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Chair's Foreword  

Over the last 18 months many Australians have observed with awe and admiration 

the incredible work of medical scientists in finding vaccines and new treatments to 

a virus that has taken the lives or impacted the health of millions around the 

world.  

Many of the innovations and medical understandings developed during the 

COVID -19 pandemic will have long -term benefits for health treatments for other 

conditions beyond COVID -19. 

These innovations reflect the new frontier of medicine which is giving many hope 

for better treatments and technologies for conditions ranging from cancers to rare 

diseases. At its forefront is the development of personalised or precision medicine 

which is being delivere d as our understanding of fields like genomics grows.  

This report examines the opportunities to deliver better health care for Australians 

through our regulatory and health technology assessment process for both 

medicines and technologies. 

At its heart are the needs of patients - Australians who are born with or who 

acquire conditions, many of which have so far eluded highly effective treatments. 

Everything in this report is about providing better options and hope for 

Australians with medical conditions.  

AuÚÛÙÈÓÐÈɯÏÈÚɯÓÖÕÎɯ×ÙÐËÌËɯÐÛÚÌÓÍɯÖÕɯÏÈÝÐÕÎɯÖÕÌɯÖÍɯÛÏÌɯÞÖÙÓËɀÚɯÉÌÚÛɯÏÌÈÓÛÏɯÚàÚÛÌÔÚȭɯ

By any measure we do. Our success in protecting Australians during a global 

pandemic is the latest evidence of both the strengths of our health care system and 

the quality and  dedication of all those who work in health care.  

However, no nation and no health system can rest on its laurels. With innovation 

happening at a fast pace, governments at both the state and federal level have a 

duty to ensure that Australians continue to have access quickly to medicines and 

medical technology and that our health systems facilitate that outcome rather than 
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hinder it. Australians can also benefit by being at the forefront of innovation 

through clinical trials and a strong domestic research, development and 

manufacturing capacity.  

Medical in novation has grown exponentially in recent years and pharmaceutical 

and Medtech companies are eager to bring new medicines and devices to market 

as efficiently as possible. The Committee also heard from clinical experts and 

patient groups and their familie s who urged us to support a more flexible system 

to provide for timely access to the latest medicines, devices and treatments. 

One of the challenges facing the existing system is the trend towards delivering 

precision medicine to patients. Precision medicine is an emerging approach for 

disease treatment and prevention that takes into account individual variabilities in 

genes, environment and lifestyle for each person.  This offers great hope for 

patients from a broad spectrum of conditions and diseases, including patients with 

rare diseases. However, these developments were not envisaged when the current 

regulatory and reimbursement system was designed and legislated.  

The Committee recommends the creation of a Centre for Precision Medicine and 

Rare Disease within the Department of Health, to provide advice on research 

priorities, education and training for clinicians and patients, and the development 

of a comprehensive horizon scanning unit for new medicines and novel medical 

technologies. The Committee also recommends that a new pathway for cell and 

gene therapy be established to simplify the Health Technology Assessment (HTA) 

processes.  

The Committee heard from patients and their families about the need for more 

patient involvement in the approvals decisio n-making process for new drugs and 

novel medical technologies. Patients have a crucial perspective on what treatments 

work best for them, including important lifestyle benefits, but this has traditionally 

not been given enough attention within the regulato ry and reimbursement system. 

The Committee recommends reforms that will strengthen the central role of 

patients in the assessment system. 

Many submitters to the inquiry suggested that there is little measurement and 

publication of how well the regulatory a nd reimbursement system is performing. 

The Committee believes this should be more transparent and recommends the 

Department of Health annually publish data on HTA processing times and 

benchmark these against other nations with advanced HTA processes. 

The Committee heard from patients and clinicians who were frustrated that some 

medicines and technologies are available overseas and not in Australia, with 

companies seemingly deciding not to sell their products in Australia for 

commercial reasons. This is a particular issue that arises for orphan drugs and 
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drugs for rare diseases. The Committee recommends changes to encourage 

companies to enter the Australian market with their products and technologies. 

This includes changes to the fee structure for applications to the TGA and HTA 

processes ɬ particularly for orphan drugs and smaller companies, including 

Australian start -ups.  

The Committee also recommends the creation of an annually capped fund with 

clear and transparent eligibility rules to provide funding for  applications by 

patients, clinicians and non-profits, where there is no realistic prospect of a 

company serving as a sponsor. 

The approval processes for new medicines and novel medical technologies are 

very complex, and this report discusses different way s to streamline them to 

provide better and faster patient access to treatments. While it is often difficult to 

achieve this without compromising on patient safety, efficacy or cost effectiveness, 

the Committee believes there are areas where major changes are necessary and 

possible. One example of this is the Life Saving Drugs Program (LSDP) for 

treatments for very rare diseases, which despite the urgent patient need, currently 

requires a lengthy two -step application process. The Committee recommends that 

this process be streamlined into a one step process to establish a new pathway to 

the LSDP Expert Panel or to establish an alternate pathway by adjusting the 

Pharmaceutical Benefits Scheme section 100 program.  

Another cause of complexity in the approvals sy stem for medicines and medical 

technologies is the interaction between the Commonwealth and the states and 

territories. The Committee found that there are several areas where the Australian 

Government can work better with the states and territories. An imp ortant example 

of this is newborn screening, which has the potential to ensure early intervention 

and more accurate diagnosis. The Committee recommends that the Australian 

Government lead efforts to complete the standardisation of this screening across 

the country, based on new understandings of genomic testing, and to review the 

newborn screening program every two years to keep pace with new medical 

developments.  

Clinical trials are another area where Australia has considerable strong 

comparative advantages. Ensuring Australia remains a top-tier country for trials 

not only develops our own research capacity but, more importantly, can ensure 

early access to life changing drugs and technologies. 

The Committee has recommended changes to streamline the system and ensure 

Australia is an even more attractive location for clinical trials. These include the 

immediate harmonisation of ethics and governance approvals into one online 

platform and the establishment of a national clinical trials regi ster. 
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The research and development (R&D) of new medicines and medical technologies 

attracted considerable attention during this inquiry, and the Committee makes a 

number of recommendations to support stronger and more collaborative R&D. 

Patient groups advocated strongly for the repurposing of existing medicines to 

treat alternate disease or conditions. The Committee recognises this is an area that 

requires a more flexible vision for the future and recommends the establishment of 

a new pathway that incentivi ses the repurposing of drugs for all diseases.  

This report is being delivered in an ever -changing environment. The Australian 

Government is reviewing the National Medicines Policy (NMP) and a further 

major review of HTA processes has been announced. It is our hope that many of 

the recommendations in this report can be implemented in the short -term and not 

await the outcome of these further reviews. We have also identified medium term 

issues that should be central to the HTA review. 

It was clear to the Committee that there was a great deal of momentum behind the 

push to improve the regulatory and reimbursement system ɭ not just a general 

desire for change, but a wealth of ideas for reform and a willingness to make the 

efforts and compromises necessary to implement them. The Committee hopes that 

this report captures those ideas, and paves the way for the improvements needed 

to provide Australians with the best possible health care now and into the future. 

Indeed, the Committee inquiry has already triggered cha nge as government 

agencies have heard and considered the evidence we received. 

I want to thank everyone who took the time to give evidence to this inquiry.   

We were moved by the testimony of patients and their families and inspired by the 

work of our researchers and medical scientists. We were impressed by the 

professionalism of those working in the medicines and technology sectors and 

appreciative of the obvious dedication, co-operation and knowledge of those 

within the Department of Health who assisted o ur deliberations in public and 

private hearings and through their submissions.  

I would also like of thank my fellow Committee members for their close 

engagement and their knowledgeable contributions that each member made to this 

inquiry. In particular, I w ish to thank the Deputy Chair, Dr Mike Freelander MP, 

for his expertise, good judgement and good humour. In an area of such 

significance, the fact that we have emerged with a bipartisan and unanimously 

adopted report speaks to the commitment of all Committ ee members. 

Finally, I want to thank our committee secretariat staff, particularly Kate Portus, 

Rebecca Gordon and Peter Richardson. This was the largest inquiry undertaken by 

the Committee during my five years as Chair and they have supported our work 
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wit h exceptional dedication and quality ɬ and occasionally some patience and 

forbearance! 

The new frontier of medicine and technology is an exciting one for the health care 

we provide as a nation. Acting now to build on our obvious strengths in health will 

have enduring benefits for all Australians.  

Mr Trent Zimmerman  MP  
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ICTC ɭ International Clinical Trial Collaborations  
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MRI ɭ Magnetic resonance imaging  

MSAC ɭ Medical Services Advisory Committee  
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MTAA ɭ Medical Technology Association of Australia  
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List of Recommendations  

Recommendation 1  

11.1 The Committee recommends the Australian Government establish a Centre 

for Precision Medicine and Rare Diseases within the Department of Health.  

 The objective of the Centre should be to ensure that the capacity of the 

Department of Health is enhanced to provide Australians with timely 

access to new drugs and novel medical technologies, including for rare 

diseases, and that the HTA process and government research agenda 

aligns with this outcome.  

 The Centre should provide advice to the Department of Health an d the 

Australian Medical Research Advisory Board on research priorities.  

 The Centre should provide education and training information 

including support for patients and a comprehensive horizon scanning 

unit for new medicines and novel medical technologies.  

 The Centre should provide advice to governments on the establishment 

of a dedicated regulatory Health Technology Assessment pathway for 

cell and gene technologies, in consultation with state and territory 

governments, industry, patients and other relevant  stakeholders. The 

Centre should regularly provide advice to government on the 

effectiveness of those pathways and areas for further reform. 

Recommendation 2  

11.2 The Committee recommends that, consistent with Recommendation 1 and 

the establishment of a Centre for Precision Medicine and Rare Diseases, the 
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Health Technology Assessment (HTA) process for cell and gene therapies be 

simplified to establish a clear and certain pathway for such therapies.  

 This simplified process shoul d be considered together with a new HTA 

pathway for cell and gene therapy.  

 Building on the Medical Research Fund Genomics Mission, the 

Australian Government and state and territory governments should 

establish a jointly funded national genomics testing pro gram to provide 

equitable access to genomic testing nationwide. As part of the program, 

governments should ensure the provision of genomics counselling for 

all patients. 

 The Australian Government should prioritise and simplify the 

regulation of cell and gene therapy pathways for clinical trials in 

Australia.  

Recommendation 3  

11.3 The Committee recommends the Australian Government establish an Office 

of Clinical Evaluation within the Department of Health to assess the best 

and most effective care for patients in the context of new and emerging 

health technologies. 

 The Office should enable evaluation of both pharmacological and non -

pharmacological interventions, combination products and products with 

different sponsors. It ÚÏÖÜÓËɯÈÓÚÖɯÌÚÛÈÉÓÐÚÏɯÈɯɁÓÐÝÐÕÎɯÌÝÐËÌÕÊÌɂɯÍÜÕÊÛÐÖÕɯ

to ensure Health Technology Assessment is based on the most up-to-

date global health practices. 

 The Office, in consultation with relevant stakeholders, should conduct a 

ÙÌÝÐÌÞɯÖÍɯÏÖÞɯÛÏÌɯ#Ì×ÈÙÛÔÌÕÛɀÚɯ'ÌÈÓÛh Technology Assessment system 

assesses combination products, particularly combinations with different 

sponsors, with a focus on: 

- Value attribution between the different products  

- Challenges to cooperation between sponsors due to competition law 

- Disincentiv es for a sponsor with an already listed product to 

participate in its combination listing  
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 The Office should consider collaboration with the National Institute for 

Health and Care Excellence (NICE) in the United Kingdom to establish 

similar clinical evaluat ion processes in Australia that links in with 

Australian Health Technology Assessment processes. 

 The Office should cooperate and share information with the state and 

territory governments to ensure that patients receive treatment where it 

is safest and most efficacious for them and that there are no gaps in 

continuity of care.  

Recommendation 4  

11.4 The Committee recommends that the assessment process for the Life Saving 

Drugs Program (LSDP) be streamlined and delays in access to treatments be 

reduced by ensuring that a sponsor only need lodge one application for one 

Health Technology Assessment pathway. The Committee recommends 

either: 

 Providing sponsors with an immediate pathway to the LSDP Expert 

Panel (instead of waiting for a PBAC determination), or 

 Providing a pathway by adjusting the Pharmaceutical Benefits Scheme 

section 100 program, with specific criteria, as with other section 100 

programs. 

The Committee believes it is critical that consideration be given to how the 

LSDP will integrate with an increasing number of precision medicine 

applications into the future.  

Recommendation 5  

11.5 The Committee recommends that the Australian Government develop a 

labour market and skills strategy to expand  the number of health economists 

in Australia. This could include encouraging training within Australia as 

well as seeking expertise from overseas. 

Recommendation 6  

11.6 The Committee recommends that the Department of Health i ncrease its 

efforts to educate and engage with patients, clinicians, industry and the 
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public and develop education campaigns on all aspects of the regulation and 

reimbursement system. 

11.7 The Committee recommends that the Department of Health improve 

info rmation available on the websites of the Therapeutic Goods 

Administration (TGA) and its Health Technology Assessment (HTA) bodies 

for all users including patients, clinicians, industry and the public. This 

would include:  

 Using plain English language, infog raphics and videos to explain 

general processes and timelines 

 $ß×ÓÈÕÈÛÐÖÕÚɯÖÕɯÛÏÌɯ3& ɯÈÕËɯÈÓÓɯ'3 ɀÚɯÞÌÉÚÐÛÌÚɯÖÍɯÏÖÞɯÛÏÈÛɯÌÕÛÐÛàɯÍÐÛÚɯ

into the overall regulation and reimbursement system, similar to the 

,ÌËÐÊÈÓɯ2ÌÙÝÐÊÌÚɯ ËÝÐÚÖÙàɯ"ÖÔÔÐÛÛÌÌɀÚɯAustralian Government HTA 

Processes factsheet. 

 The Department of Health expanding the Pharmaceutical Benefits 

Scheme Medicines Status website to include technologies funded 

through the Medicare Benefits Schedule or create an equivalent website 

for such technologies. 

Recommendation 7  

11.8 The Committee recommends that the Department of Health and the 

National Blood Authority, in consultation with state and territory 

governments, reform the Health Technology Assessment processes for blood 

produc ts to provide better alignment with the Health Technology 

Assessment system, including: 

 Publication of guidance documents for applicants  

 Establishment of timelines for applications, and publication of an 

assessment cycle calendar 

 Creation of a parallel Therapeutic Goods Administration and Health 

Technology Assessment process. 
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Recommendation 8  

11.9 The Committee recommends that the Australian Government make the 

following changes to submission fees for the Therapeutic Goods 

Administration (TGA) and the Pharmaceutical Benefits Advisory Committee 

(PBAC) and where appropriate Medical Services Advisory Committee 

(MSAC) assessments in the following separate circumstances: 

 Replace the current orphan drug fee waivers with a HECS-style fee 

waiver, in which orphan drug application fees are payable on successful 

application, only once the drug has earned the sponsor a certain amount 

of revenue. The Department of Health should determine this threshold 

value in consultation with i ndustry  

 To support smaller companies, HECS-style fee waivers for any sponsor 

company with revenue at or below $50 million per annum  

 HECS-style fee waivers for Australian start -up companies with a 

specified amount of revenue in the Australian market to promote 

innovation.  

The Committee also recommends introducing a sliding scale for fees for 

resubmissions, with fees being lower for resubmissions.  

Recommendation 9  

11.10 The Committee recommends that the Australian Government  establish a 

fund to support patients, clinicians and non -profit organisations to sponsor 

registration and reimbursement applications where there is no realistic 

prospect of a company serving as sponsor, and where the Department of 

Health is otherwise supp ortive of the application.  

 Such a fund should be targeted at treatments for conditions where low 

patient numbers in Australia serve as a market barrier and where there 

is a clinical demand and need. The fund should be available for 

applications to repurpo se previously listed medicines and technologies. 

 The fund should be annually capped with clear and transparent 

eligibility rules.  
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Recommendation 10 

11.11 The Committee recommends that the Australian Government amend the 

National Health Act 1953 (Cth) to give the Pharmaceutical Benefits Advisory 

Committee the power to authorise Managed Access Programs. The 

eligibility criteria for these Managed Accessed Programs should be aligned 

as far as possible with the eligibility criteria  for the Therapeutic Goods 

 ËÔÐÕÐÚÛÙÈÛÐÖÕɀÚɯ×ÙÖÝÐÚÐÖÕÈÓɯÙÌÎÐÚÛÙÈÛÐÖÕȭ 

Recommendation 11 

11.12 The Committee recommends that the Department of Health conduct a 

comprehensive consultation process with industry to establish a mo re 

flexible way forward for the repurposing of drugs in Australia. This should 

include: 

 Establishing a new pathway that incentivises the repurposing of drugs 

for all diseases, not just rare disease. 

Recommendation 12 

11.13 The Committee recommends that the Therapeutic Goods Administration 

make the following changes to its Orphan Drugs Program:  

 Provide automatic access to the Priority Review Pathway for all 

medicines granted an orphan drug designation  

 Treat paediatric patient p opulations as separate to adult patient 

populations for the purposes of the eligibility criteria  

 Better account for the extra costs incurred by a sponsor in expanding its 

medicine to paediatric indications, for the purposes of assessing 

commercial viabilit y as part of the eligibility criteria  

 Where the prevalence of a disease is unknown in Australia, accept 

evidence of prevalence in other comparable countries or, in diseases of 

extremely low prevalence, worldwide for the purposes of the eligibility 

criteria . 
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Recommendation 13 

11.14 The Committee recommends that the Department of Health reform its 

regulatory and reimbursement processes to enable therapeutic goods to be 

registered and reimbursed by molecular indication in additio n to by disease 

indication. This should include legislative change if necessary.  

Recommendation 14 

11.15 The Committee recommends that the Australian Government reconsider the 

current cost recovery funding model for the Ther apeutic Goods 

Administration, paying attention to future staffing and IT infrastructure 

needs in an environment where demand on its services and systems are 

expected to increase in future years. The Committee recommends funding 

specifically for:  

 IT systems upgrades, to modernise and match the IT capability of other 

overseas Tier 1 regulators. 

 An expansion of its staffing capacity in areas of new medical and 

technological advances including for horizon scanning.  

 The release of TGA Australian Public Assessment Reports at the same 

time as a prescription medicine is listed. 

 The implementation of the HECS-style fee waivers outlined in 

Recommendation 8. 

Recommendation 15 

11.16 The Committee recommends that the Australian Government e nsure the 

membership of the Pharmaceutical Benefits Advisory Committee and 

Medical Services Advisory Committee provides the appropriate expertise 

for all applications. This should include the possibilities of enhanced cross -

membership between the two commi ttees and the appointment of 

temporary members to consider individual applications.  

 Recognising the nature of health challenges in Indigenous communities, 

membership should include representation from Aboriginal and Torres 

Strait Islander Peoples. 
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Recommendation 16 

11.17 The Committee recommends that the Department of Health investigate 

further opportunities for the formation of an international Health 

Technology Assessment consortium similar to the Access Consortium to 

streamline the regulatory process for certain medicines and medical 

technologies. This investigation should include discussions with 

representatives of the Health Technology Assessment bodies of the United 

Kingdom, Canada and other countries with systems sÐÔÐÓÈÙɯÛÖɯ ÜÚÛÙÈÓÐÈɀÚȭ 

 The Committee recommends that the Therapeutic Goods 

Administration work with the United States Food and Drug 

Administration and other overseas regulators to establish an equivalent 

of Project Orbis for non-cancer rare diseases, or to expand Project Orbis 

to include such diseases.  

Recommendation 17 

11.18 The Committee recommends that the Australian Government establish a 

scheme that supports the domestic medical technology sector, similar to the 

Food and #ÙÜÎɯ ËÔÐÕÐÚÛÙÈÛÐÖÕɀÚɯ!ÙÌÈÒÛÏÙÖÜÎÏɯ#ÌÝÐÊÌÚɯ/ÙÖÎÙÈÔɯÐÕɯÛÏÌɯ

United States. 

Recommendation 18 

11.19 Recognising the vital role that vaccines play in addressing many diseases, 

including its importance in providing protection aga inst Covid -19, the 

Committee recommends that the Department of Health conduct a review of 

the National Immunisation Program. This review should focus on reforming 

existing approaches used to value vaccines to ensure early and rapid 

deployment of vaccines in Australia.  

Recommendation 19 

11.20 The Committee recommends that the Australian Government continue to 

address the following matters in its reforms to the Prostheses List: 

 The lack of coverage for non-implantable devices under the current 

arrangements. 
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 Improving coordination between the Medical Services Advisory 

Committee and the Prostheses List Advisory Committee to provide 

faster access for patients. 

Recommendation 20 

11.21 The Committee recommends that the Australian Government establish a last 

resort mechanism for directly securing ongoing supply of medicines that 

meet a high clinical need and lack suitable alternatives that are at risk of 

being delisted from the Pharmaceutical Benefits Scheme. 

Recommendation 21 

11.22 The Committee recommends: 

 The federal, state and territory health authorities complete the 

standardisation of newborn screening across Australia 

 As part of that process, the Australian Government w ork with states and 

territories to expand the newborn screening program based on new 

understandings of genomic testing for conditions and international best 

practice 

 That the Australian Government in collaboration with states and 

territories, conduct revie ws every two years to determine whether the 

screening program should be further expanded based on new 

Australian and international scientific and medical knowledge.  

While not in the terms of reference for this inquiry, the Committee 

recognises and supports the calls from rare disease patient groups for more 

funding for treatment pathways for actionable disorders across states and 

territories, where identified through newborn screening.  

Recommendation 22 

11.23 The Committee recommends that all levels of government prioritise and 

implement with urgency the harmonisation of Human Research Ethics 

Committee (HREC) and Site-Specific Assessment submissions into one 

Australian online platform and enable parallel review by HRECs and 

Research Governance Offices. 
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 The platform should be developed within the purview of the Australian 

Commission on Safety and Quality in Health Care.  

 This work should be a continuation from the work prepared as part of 

the National Clinical Trials Governance F ramework.  

Recommendation 23 

11.24 The Committee recommends that all levels of government jointly provide 

funding for the development of a national clinical trial register. It should 

include: 

 Development of a sophisticated dig ital platform to collect and facilitate 

patient identification, patient recruitment, patient retention and 

completion rates for clinical trials.  

 Linked data from existing national registers and consideration should be 

given to whether the register is best operated by a government agency 

or an existing Non -Government Organisation, or an academic body with 

appropriate experience. 

Recommendation 24 

11.25 The Committee recommends the Australian Government develop policies 

that encourage modernising digital technologies and practices to position 

Australia as the premier destination for international clinical trials. This 

would include developing national standards for the use of e -consent, e-

signature, and electronic medical records to enable remote monitoring and 

participation in clinical trials across Australia.  

 National standards should include standardising clinical costs and fees 

that are competitive with international fees.  

Recommendation 25 

11.26 The Committee recommends the Australian Government should develop a 

national standard approach, including nationally agreed systems and 

standard operating procedures to support and strengthen the capacity to 

conduct clinical tele-trials in rural, regio nal and remote areas.  

 This approach should be developed in consultation with industry and 

allied health workers.  
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 This would include the need for education and training opportunities 

for General Practitioners and all allied health workers engaging in 

clinical trials using tele -trials and multi -centre trials. 

Recommendation 26 

11.27 The Committee recommends the Australian Government should continue to 

fund Clinical Trial Networks with a particular focus on developing seed 

funding for Indigenous Health Clinical Trial Networks.  

Recommendation 27 

11.28 The Committee recommends the Australian Government reform data 

exclusivity provisions in Australia with a view to extending data exclusivity 

for orphan drugs and vaccines to a period of up to 10 years. The Australian 

Government should:  

 Develop additional reforms to data exclusivity timeframes to support 

research and development into new drugs and novel medical 

technologies in areas of unmet need. 

 Consider future funding initiatives for novel drug discovery and 

support research and development partnerships in Australia. This 

would assist new drugs and novel medical technologies in early stage 

and pre-commercial development.  

 In partnership with the sta tes and territories, develop and implement a 

pilot scheme for value-based payments for new antimicrobial drugs. 

This pilot should apply the lessons learned from the Australian 

&ÖÝÌÙÕÔÌÕÛɀÚɯ×ÐÓÖÛɯÚÊÏÌÔÌɯÍÖÙɯ×ÈàÔÌÕÛɯÍÖÙɯ'Ì×ÈÛÐÛÐÚɯ"ɯËÙÜÎÚȮɯÈÚɯÞÌÓÓɯ

as from overseas antimicrobial drug schemes. 

 Promote the recent research and development tax initiatives 

internationally as a way of encouraging industry to look to Australia for 

future investments in the healthcare sector. 

 Conduct a full review of the patent box sch eme every two years after 

implementation to ensure it is operating effectively and driving 

increased expenditure and innovation within Australia.  
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 Collaborate with the states and territories to review the funding of the 

research and development sector in health care to distribute funding in a 

methodical way that provides sufficient support throughout the 

ÙÌÚÌÈÙÊÏɯÍÜÕËÐÕÎɯȿ×Ð×ÌÓÐÕÌÚɀȭɯ 

- Noting the work underway through the Modern Manufacturing 

Program, the Committee supports the development of an updated 

roadmap to facilitate the manufacturing and commercialisation of 

novel drugs and technologies in Australia.  

Recommendation 28 

11.29 The Committee recommends that:  

 The Department of Health integrate the patient voice upfront into the 

Health Technology Assessment system. Earlier patient engagement with 

the Health Technology Assessment system would include: 

- Representation from peak patient bodies that is refreshed every 

three ɬ five years 

- Representation of Aboriginal and Torres Strai t Islander Peoples. 

 The Department of Health implement a notification system for all HTA 

bodies and the TGA to advise relevant patient groups of the receipt of 

an application. 

 The Department of Health provide patients and stakeholders with a 

concise sponsoÙɀÚɯÚÜÉÔÐÚÚÐÖÕɯÚÜÔÔÈÙàɯÛÖɯÏÌÓ×ɯÍÈÊÐÓÐÛÈÛÌɯÛÏÌÐÙɯÖÞÕɯ

involvement in the Health Technology Assessment process. 

 The Department of Health should consider making patient evidence 

compulsory for certain applications, and should consider the role of 

patient evidence in the decisions of the Therapeutic Goods 

Administration.  

 The Department of Health should notify relevant patient groups of the 

outcome of the assessment process by all HTA bodies. 

 The Department of Health be funded to implement these 

recommendations. 
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 The Australian Government provide funding for organisations to 

support participation in the HTA process, including for very rare 

disease patient groups that have limited capacity for fundraising or 

access to alternative funding. 

Recommendation 29 

11.30 The Committee recommends that: 

 The Committee recommends that the Australian Government amend the 

National Health Act 1953 (Cth) to formalise the role and powers of the 

Pharmaceutical Benefits Advisory Committee Executive. The scope of 

ÛÏÌɯ$ßÌÊÜÛÐÝÌɀÚɯÙÖÓÌɯÈÕËɯ×ÖÞÌÙÚɯÚÏÖÜÓËɯÉÌɯËÌÛÌÙÔÐÕÌËɯÉàɯÈÎÙÌÌÔÌÕÛɯ

between the Executive and the Department of Health. 

 The Department of Health produce a pre -submission advice framework 

for submissions to the Therapeutic Goods Administration, 

Pharmaceutical Benefits Advisory Committee, Medical Services 

Advisory Committee and other Health Technology Assessment bodies, 

explaining the interaction between those bodies and their evidentiary 

and other requirements, to be provided to sponsors before they make 

their submissions. 

 The independent Health Technology Assessment Review reassess 

relevant aspects of the Health Technology Assessment process to ensure 

there are future pathways for treatments and therapies that do not fit 

neatly into the current system such as rare cancers, antimicrobials, 

orphan drugs, and precision medicines. 

- It is imperative that appropriate clear pathways are considered for 

inclusion for paediatric medicines and technologies.  

- The Committee is of the clear view that precision medicine approval 

pathways will require a different application assessment than 

current approaches designed for treatments for common conditions, 

with large data sets and comparative evaluations. 

 The Department of Health publish data on application processing times  

and positive recommendation rates for the Pharmaceutical Benefits 

Advisory Committee and other Health Technology Assessment bodies. 

In addition:  
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- The Department of Health should publish Health Technology 

Assessment processing times annually, benchmarked against other 

nations with advanced HTA processes. 

 The Australian Government, in collaboration with relevant stakeholders, 

develop a suite of clear and measurable benchmarks to track the 

"ÖÔÔÖÕÞÌÈÓÛÏɀÚɯÐÔ×ÓÌÔÌÕÛÈÛÐÖÕÚɯÖÍɯÛÏÌɯÙÌÊÖÔÔÌÕËÈÛÐÖÕÚɯÔÈËÌɯÉàɯ

the Commi ttee and accepted by the Australian Government. 

- These agreed benchmarks along with measurable KPIs/metrics 

should be developed in such a way as to best facilitate the 

Department of Health, including its agencies and other relevant 

statutory bodies, in the tabling of an annual update to the Australian 

Parliament. 

Recommendation 30 

11.31 3ÏÌɯ"ÖÔÔÐÛÛÌÌɯÙÌÊÖÔÔÌÕËÚɯÛÏÈÛɯÛÏÌɯ ÜÚÛÙÈÓÐÈÕɯ&ÖÝÌÙÕÔÌÕÛɀÚɯÐÕËÌ×ÌÕËÌÕÛɯ

Health Technology Assessment Review (which is scheduled to commerce in 

July 2022) consider and develop reforms in the following areas: 

 Reducing the frequency and need for applications to HTA bodies to be 

resubmitted.  

 Streamlining the interaction between hospitals and the Health 

Technology Assessment system 

 Streamlining the interaction of the Therapeutic Goods Administration, 

the Pharmaceutical Benefits Advisory Committee, the Medical Services 

Advisory Committee and other Health Technology Assessment bodies  

 Cooperation and harmonisation between Australian Hea lth Technology 

Assessment bodies and equivalent bodies overseas 

 Improving the measurement of the performance of the Pharmaceutical 

Benefits Advisory Committee and the publication of data on that 

performance 

 Improving the mechanisms for communication betwee n sponsors and 

the Pharmaceutical Benefits Advisory Committee during the submission 

process 
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 Increasing the use of Managed Access Programs to facilitate earlier 

access to innovative medicines  

 Increasing the use of Real World Evidence in Health Technology 

Assessment 

 Improving flexibility when choosing a comparator in Health Technology 

Assessment 

 Introducing a scoping process that includes patients and clinicians at an 

early stage to agree on the framework that the submission will be 

considered. This process could draw on the approach taken by the 

4ÕÐÛÌËɯ*ÐÕÎËÖÔɀÚɯ-ÈÛÐÖÕÈÓɯ(ÕÚÛÐÛÜÛÌɯÍÖÙɯ'ÌÈÓÛÏɯÈÕËɯ"ÈÙÌɯ$ßÊÌÓÓÌÕÊÌ 

 Improving the independent review process for HTA decisions, including 

the potential for this to be made available to groups of patients and 

clinician s in addition to sponsors. 

Recommendation 31 

11.32 The Committee recommends that: 

 The Department of Health should consider, in consultation with state 

and territory governments, industry, patients and clinicians, the 

introduc tion of fees for Medical Services Advisory Committee 

applications on a cost recovery basis, if this is necessary to increase the 

speed and effectiveness of assessments. If fees are introduced they 

should have similar features to those recommended by the Committee 

for Pharmaceutical Benefits Advisory Committee fees (including those 

arrangements outlined at Recommendation 8). 

 The Medical Services Advisory Committee increase the involvement of 

clinicians in its assessments of technologies with which its members lack 

relevant expertise. 

 The Department of Health introduce an equivalent to the Managed 

Access Programs for medical devices. The details of this scheme 

including eligibility criteria and duration should be formulated in 

consultation with patient g roups, clinicians and industry.  
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 The Therapeutic Goods Administration introduce parallel processing of 

applications with the Medical Services Advisory Committee.  

 The Medical Services Advisory Committee increase opportunities for 

sponsors of particularly co mplex applications to present to it at its 

meetings and expand the opportunities for pre -submission meetings. 

 The Medical Services Advisory Committee consider developing 

international collaboration for complex assessment proposals. 

 The Department of Health  expand the independent Health Technology 

Assessment Review in July 2022 to include Medical Service Advisory 

Committee processes. 

 The Medical Services Advisory Committee publish a full calendar 

timeline of meeting agenda and outcomes, including dates when 

minutes and Public Summary Documents will be made public.  

 The Medical Services Advisory Committee publish additional guidance 

for sponsors of digital health technologies. 

 The Department of Health establish a benchmarking system for MSAC 

assessments, including benchmarking against comparable overseas 

organisations. 
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1. Introduction  

1.1  ÜÚÛÙÈÓÐÈɀÚɯÙÌÎÜÓÈÛÖÙàɯÚàÚÛÌÔɯÍÖÙɯÉÙÐÕÎÐÕÎɯÕÌÞɯÔÌËÐÊÐÕÌÚɯÈÕËɯdevices to 

patients is regarded as being thorough and robust and is well respected 

internationally. Australians should be proud of our healthcare system. The 

Committee heard this from stakeholders, including the pharmaceutical 

industry, patient advocacy gr oups and clinicians throughout the inquiry. 

Many witnesses congratulated the staff working within the Department of 

Health, including the Therapeutic Goods Administration (TGA) for their 

professionalism and dedication working on the regulation and 

reimburs ement systems. 

1.2 Along with this praise came suggestions for improvements to make 

 ÜÚÛÙÈÓÐÈɀÚɯÏÌÈÓÛÏÊÈÙÌɯÚàÚÛÌÔɯÌÝÌÕɯÉÌÛÛÌÙȭɯ ɯÚÐÎÕÐÍÐÊÈÕÛɯÊÏÈÓÓÌÕÎÌɯÍÖÙɯ

 ÜÚÛÙÈÓÐÈɀÚɯÙÌÎÜÓÈÛÖÙàɯÚàÚÛÌÔɯÞÈÚɯÛÖɯÌÚÛÈÉÓÐÚÏɯÔÖÙÌɯÍÓÌßÐÉÓÌɯ×ÈÛÏÞÈàÚɯÛÖɯ

enable our system to keep pace with medical and technological advances, 

including precision medicine, that are available now.  

1.3 Numerous stakeholders raised the issue of the length of time it takes for a 

new medicine to get approved and listed on the Pharmaceutical Benefits 

Scheme (PBS). The Australian system was compared with other 

international regulatory systems and the findings were variable depending 

upon which factors were included for comparison. It became clear to the 

Committee that international regulatory systems are all u nique and 

complex. 

1.4 Access to medicines and therapies for rare disease and precision medicine 

was discussed as a significant challenge that required solutions to enable 

more equity for patients. Some of the challenges for rare disease and 

precision medicine access raised issues relating to research and 

development, clinical trials and the status of using real world evidence.  
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1.5 The Committee launched this inquiry in August 2020 just months after the 

declaration that the world was living with the COVID -19 pandemic. At the 

ÛÐÔÌɯÛÏÈÛɯÛÏÌɯ"ÖÔÔÐÛÛÌÌɯÞÈÚɯÙÌÝÐÌÞÐÕÎɯ ÜÚÛÙÈÓÐÈɀÚɯÙÌÎÜÓÈÛÖÙàɯÚàÚÛÌÔȮɯÛÏÌɯ

Therapeutic Goods Administration and the Department of Health were fast 

tracking approval processes for certain drugs to assist with the treatment of 

COVID -19 patients in Australia. Many submissions noted this 

unprecedented collaboration with international and Australian regulators, 

pharmaceutical companies and clinical researchers. It was suggested that 

lessons could be learned from the pandemic and that our regulatory systems 

should be streamlined and adapted to cope with the flood of new healthcare 

innovations coming in the near future.  

1.6 The Committee was mindful of the increasing globalisation of the 

pharmaceutical and medical devices industries and the rapid p ace of 

innovation and change within the healthcare sector and how this impacted 

ÏÌÈÝÐÓàɯÖÕɯ ÜÚÛÙÈÓÐÈɀÚɯÙÌÎÜÓÈÛÖÙàɯÚàÚÛÌÔȭɯ(ÕɯÈËËÐÛÐÖÕȮɯÛÏÌɯ"ÖÔÔÐÛÛÌÌɯ

ÙÌÊÖÎÕÐÚÌËɯÛÏÈÛɯ ÜÚÛÙÈÓÐÈɀÚɯÈÎÌÐÕÎɯ×Ö×ÜÓÈÛÐÖÕɯÈÕËɯÎÙÖÞÐÕÎɯÉÜÙËÌÕɯÖÍɯ

chronic diseases reinforced the importance of continued and ongoing 

investment in the timely access to new medicines and devices. 

1.7 Stakeholders urged the Australia Government to consider the 

recommendations from this report together with the National Medicines 

Policy Review that recommenced in August 2021. These two reviews present 

an opportunity to continue this collaborative approach to reform and work 

towards a more streamlined system to access medicines and devices in 

Australia. This report lists the recommendations in the fin al chapter. 

About the inquiry  

Objectives and scope 

1.8 On 13 August 2020, the Minister for Health, the Hon Greg Hunt MP, 

referred the Inquiry into the approval processes for new drugs and novel medical 

technologies in Australia (the inquiry) to the Standin g Committee on Health, 

Aged Care and Sport (the Committee). The inquiry included a particular 

focus on approval processes and novel medical technologies for the 

treatment of rare diseases and conditions where there is high and unmet 

clinical need. 

1.9 As part of the inquiry, the Committee examined the range of new drugs and 

emerging novel medical technologies that are in development and 



3 
 

 

progressing through the regulatory system in Australia and in other 

countries of the world.  

1.10 Other focus areas included: 

 Examining the approval processes of new drugs and medical 

technologies including whether these processes could be made more 

efficient without compromising safety, quality and efficacy  

 Measures that could make Australia more attractive for clinical trials; 

and 

 Incentives to research and commercialise new drugs and novel medical 

technologies. 

1.11 The Committee appreciated receiving informative submissions from 

individuals, family members, patient advocacy groups, and peak bodies 

from small and large disease/patient groups who spoke of changes that were 

ÕÌÌËÌËɯÛÖɯÔÈÒÌɯ ÜÚÛÙÈÓÐÈɀÚɯÈÊÊÌÚÚɯÛÖɯÕÌÞɯËÙÜÎÚɯÈÕËɯÔÌËÐÊÈÓɯËÌÝÐÊÌÚɯÔÖÙÌɯ

equitable and efficient. These submissions provided the Committee with 

ÐÕÚÐÎÏÛÚɯÐÕÛÖɯÛÏÌɯÐÔ×ÖÙÛÈÕÊÌɯÖÍɯÐÕÊÖÙ×ÖÙÈÛÐÕÎɯȿÛÏÌ ×ÈÛÐÌÕÛɯÝÖÐÊÌɀɯÐÕÛÖɯÛÏÌɯ

approval process. 

1.12 The Committee thanks all stakeholders who were generous with their time 

ÈÕËɯ×ÈÛÐÌÕÊÌɯÐÕɯÉÙÐÕÎÐÕÎɯÛÏÌɯ"ÖÔÔÐÛÛÌÌɯÜ×ɯÛÖɯÚ×ÌÌËɯÞÐÛÏɯ ÜÚÛÙÈÓÐÈɀÚɯ

regulatory and reimbursement system. This inquiry was complex and 

technical and required the Committee to have a comprehensive 

understanding of the system before it could consider making any 

recommendations to adjust it.  

Inquiry conduct  

1.13 On 18 August 2020, the Committee issued a media release announcing the 

inquiry an d calling for submissions. The Committee invited submissions 

from government agencies, industry groups and pharmaceutical companies, 

research centres and universities, patient advocacy groups and healthcare 

providers, and the general public.  

1.14 The inquiry received 207 submissions and an additional 30 supplementary 

submissions and one exhibit, which are listed in Appendix A and B.  

1.15 The Committee held public hearings over 13 days, as outlined below. A list 

of witnesses and organisations who attended these public hearings is listed 

in Appendix C.  

Table 1.1 Public hearings held  
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Date Place 

3 September 2020 Canberra ACT 

5 February 2021 Canberra ACT 

11 March 2021 Sydney NSW 

12 March 2021 Sydney NSW 

26 March 2021 Canberra ACT 

22 April 2021 Melbourne VIC  

23 April 2021 Melbourne VIC  

7 May 2021 Sydney NSW 

17 May 2021 Brisbane QLD 

18 May 2021 Brisbane QLD 

18 June 2021 Canberra ACT 

24 June 2021 Canberra ACT 

7 July 2021 Canberra ACT 

Report structure  

1.16 This report consists of eleven chapters. The final chapter is a list of 

recommendations: 

 Chapter 2 provides a general overview of the recent reviews conducted, 

and the agreements entered into, by the Australian Government in 

ÙÌÓÈÛÐÖÕɯÛÖɯ ÜÚÛÙÈÓÐÈɀÚɯÏÌÈÓÛÏɯ×ÙÖÎÙÈÔÚɯÈÕËɯregulatory frameworks, 

ÞÏÐÊÏɯÏÈÝÌɯÏÈËɯÈɯÉÌÈÙÐÕÎɯÖÕɯÛÏÌɯ"ÖÔÔÐÛÛÌÌɀÚɯËÌÓÐÉÌÙÈÛÐÖÕÚɯÈÕËɯ

subsequent recommendations in this report. 

 

 Chapter 3 presents a high level overview of the regulatory and 

reimbursement frameworks, the general understanding of how these  

systems work, and where there are gaps in the system. 

 

 "ÏÈ×ÛÌÙɯƘɯËÌÚÊÙÐÉÌÚɯÛÏÌɯÊÖÕÊÌ×ÛɯÖÍɯÛÏÌɯȿ×ÈÛÐÌÕÛɯÝÖÐÊÌɀȮɯÏÖÞɯÐÛɯÐÚɯÊÜÙÙÌÕÛÓàɯ

drawn on in decision -ÔÈÒÐÕÎɯÉàɯ ÜÚÛÙÈÓÐÈɀÚɯ#Ì×ÈÙÛÔÌÕÛɯÖÍɯ'ÌÈÓÛÏɯÈÕËɯ

in overseas models, and what further improvements to gov ernment 

engagement with the patient voice could look like.  
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 Chapter 5 provides an overview of the Therapeutic Goods 

Administration including the general themes to have emerged 

throughout the inquiry, including the regulation of medicines and 

medical devices, and the financial and technical aspects of its regulation. 

 

 Chapter 6 outlines the Heath Technology Assessment (HTA) system. It 

discusses the processes of the Pharmaceutical Benefits Advisory 

Committee. Some of the main issues discussed include: the application 

process, length of time for review, fees, provisional access and 

international regulators.  

 

 Chapter 7 explores the Medical Services Advisory Committee, another 

advisory committee in the HTA system that focuses on medical devices 

and services. Again, issues of flexibility, length of time for review, 

resourcing and application processes are discussed, as with its approach 

to real world evidence. The chapter also looks at the Prostheses List 

Advisory Committee and the future of the Prostheses List.  

 

 Chapter 8 explores the important issue of rare disease, focussing on 

Government initiatives, potential HTA alternative pathways, the Life 

Saving Drugs Program, newborn screening and limitations on data, 

research and clinical trials. 

 

 Chapter 9 looks at clinical trials in Australia including our regulations 

and challenges, why we have a competitive advantage, and discusses 

what is needed for Australia to be ready for a surge in demand for novel 

medicines and devices in the clinical trial sector. 

 

 Chapter 10 discusses research and development in Australia and what 

the Australian Government is doing to fund initiatives, what research 

incentives are available, the need for further and greater horizon 

scanning, and the regulatory hurdles attached to the repurpo sing of 

drugs. 
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2. Recent reviews and agreements  

The Therapeutic Goods Administration and updates to the Health 

Technology Assessment process 

2.1 The Committee was aware that there has been a number of reviews and 

ÙÌÍÖÙÔÚɯÖÍɯ ÜÚÛÙÈÓÐÈɀÚɯËÐÍÍÌÙÌÕÛɯÏÌÈÓÛÏɯ×ÙÖÎÙÈÔÚɯÜÕËÌÙÛÈÒÌÕɯÚÐÕÊÌɯƖƔƕƗȮɯ

including the Expert Panel Review of Medicines and Medical Devices Regulation 

(Sansom Review).  

2.2 The Sansom Review was engaged to assess the current regulatory 

framework and make recommendations on options to improve the way in 

which therapeutic goods are regulated in Australia. 1 

2.3 In response to the Sansom Review, the Government provided $20.4 million 

over four years (including $9.5 million in capital funding) from 2016 ɬ17 to 

improve the regulation of therapeutic goods in Australia. The ongoing cost 

of the measure from 2017ɬƕƜɯÐÚɯÛÖɯÉÌɯÔÌÛɯÉàɯÛÏÌɯ3& ɀÚɯÊÖÚÛɯÙÌÊÖÝÌÙàɯ

arrangements.2 

2.4 The Department of HealtÏɯȹÛÏÌɯ#Ì×ÈÙÛÔÌÕÛȺɯÌÔ×ÏÈÚÐÚÌËɯÛÏÈÛɯ ÜÚÛÙÈÓÐÈɀÚɯ

regulatory and HTA processes continue to deliver good outcomes for 

Australians because they are subject to continuing review and improvement. 

Recent improvements to HTA processes include:   

 greater collaboration across HTA committees and the Department to 

align regulatory and reimbursement processes 

 
1 Department of Health, Canberra, March 2015, Review of Medicines and Medical Devices 

Regulation, Report on the regulatory framework for medicines and medical devices, p. vii.  

2 Australian Government, Budget Papers No. 2, Budget Measures: Budget Paper No. 2: 2016ɬ17, p. 

106.   
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 improved mechanisms for consumer involvement and engagement in 

HTA  

 a Strategic Agreement with Medicines Australia that has streamlined 

medicines listing processes and reduced the time to listing by an average 

of 3.5 months 

 the development of a Health Products Portal to reduce duplication and 

red tape through a digital solution for applicants engaging with both 

regulatory and reimbursement processes 

 ÛÏÌɯƖƔƖƔɪƖƙɯ-ÈÛÐÖÕal Health Reform Agreement which provides specific 

arrangements to ensure Australians with some of the rarest conditions 

ÏÈÝÌɯÈÊÊÌÚÚɯÛÖɯÕÌÞȮɯÓÐÍÌɪÚÈÝÐÕÎɯÏÐÎÏÓàɯÚ×ÌÊÐÈÓÐÚÌËɯÛÏÌÙÈ×ÐÌÚɯÐÕɯ×ÜÉÓÐÊɯ

hospitals 

 the use of Managed Access Programs to provide early access to clinically 

important medicines  

 ×ÖÚÛɪÔÈÙÒÌÛɯÙÌÝÐÌÞÚɯÛÖɯÐÕÍÖÙÔɯÖ×ÛÐÔÈÓɯÈÕËɯÚÜÚÛÈÐÕÈÉÓÌɯÜÚÌɯÖÍɯÓÐÚÛÌËɯ

medicines.3 

National Medicines Policy Review  

2.5 The Department describes Australia's National Medicines Policy (NMP) as a 

ȿÊÖÖ×ÌÙÈÛÐÝÌɯÌÕËÌÈÝÖÜÙɯÛÖ bring about better health outcomes for all 

 ÜÚÛÙÈÓÐÈÕÚȮɯÍÖÊÜÚÐÕÎɯÌÚ×ÌÊÐÈÓÓàɯÖÕɯ×ÌÖ×ÓÌɀÚɯÈÊÊÌÚÚɯÛÖȮɯÈÕËɯÞÐÚÌɯÜÚÌɯÖÍȮɯ

ÔÌËÐÊÐÕÌÚȭɀ4 

2.6 The NMP was published in 2000 and aims to deliver positive health 

outcomes for all Australians through their access to and appropriate use of 

medicines. It has four main pillars:  

 timely access to the medicines that Australians need, at a cost that 

individuals and the community can afford  

 medicines meeting appropriate standards of quality, safety and efficacy  

 quality use of  medicines 

 maintaining a responsible and viable medicines industry. 5 

 
3 Department of Health, Submission 15, pages 6-7. 

4       Department of Health, Canberra, 

www1.health.gov.au/internet/main/publis hing.nsf/Content/national -medicines-policy , viewed 

21 September 2021. 

5 Department of Health, Canberra, National Medicines Policy, p. 1, 

www1.health.g ov.au/internet/main/publishing.nsf/Content/national -medicines-policy ,  

https://www1.health.gov.au/internet/main/publishing.nsf/Content/national-medicines-policy
https://www1.health.gov.au/internet/main/publishing.nsf/Content/national-medicines-policy
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2.7 In recognition of the changing medicines landscape over the past 20 years, 

the Minister for Health made an election commitment in 2019 to review the 

NMP. The aim of the review is to ÐËÌÕÛÐÍàɯÈÕàɯÎÈ×ÚɯÐÕɯÛÏÌɯ×ÖÓÐÊàɀÚɯÖÉÑÌÊÛÐÝÌÚȮɯ

partnership approach and accountabilities.  

2.8 3ÏÌɯÙÌÝÐÌÞɯÖÍɯÛÏÌɯ-,/ɯÞÈÚɯËÌÓÈàÌËɯËÜÌɯÛÖɯÛÏÌɯ".5(#ɪƕƝɯ×ÈÕËÌÔÐÊȭ6 The 

Department informed the Committee that the Review of the NMP will re -

commence in August 2021.7 

2.9 The Minister for Health has established an Expert Advisory Committee to 

lead the Review of the NMP for the Department. The Committee is chaired 

by Deputy Chief Medical Officer, Professor Michael Kidd AM. Its members 

include Professor Lloyd Sansom AO; Mrs Janette Donovan; Dr Sarah 

Dineen-Griffin and Mr David Herd.  

2.10 This review will support a refresh of the NMP as a high -level policy 

framework, to ensure that the changes in the health system environment are 

addressed, and where applicable, the policy updated to take account of these 

changes.8 

Post-market review of the Life Saving Drugs Program  

2.11 3ÏÌɯ ÜÚÛÙÈÓÐÈÕɯ&ÖÝÌÙÕÔÌÕÛɀÚɯ+ÐÍÌɯ2ÈÝÐÕÎɯ#ÙÜÎÚɯ/ÙÖÎÙÈÔɯȹ+2#/Ⱥɯ×ÙÖÝÐËÌÚɯ

subsidised access for eligible patients with rare and life -threatening diseases 

to essential and very expensive medicines. Persons with these rare diseases 

often require medicines that have a very high cost per patient. These 

medicines often fail to meet the comparative cost effectiveness criteria 

required fo r Pharmaceutical Benefits Scheme (PBS) funding. The LSDP 

provides eligible patients with access to these life-saving medicines at no 

expense to the patients or their families.9 

2.12 In April 2014, the then Minister for Health announced the Post -market 

Review of the Life Saving Drugs Program (LSDP Review), providing an 

opportunity to review the program to ensure that Australians with very rare 

conditions continue to have subsidised access to much-needed, expensive 

 
6 Department of Health, Submission 15, p. 26. 

7 Department of Health, Submission 15.6, p. 5. 

8 Department of Health, Canberra, www.consultations.health.gov.au/technology -assessment-

access-division/national -medicines-policy -review/  viewed 27 September 2021. 

9 Australian Government response to the Post-market review of the Life Saving Drugs Program 

www.pbs.gov.au/reviews/lsdp -report/government -response-to-lsdp-review.pdf  viewed 

4  October 2021. 

http://www.consultations.health.gov.au/technology-assessment-access-division/national-medicines-policy-review/
http://www.consultations.health.gov.au/technology-assessment-access-division/national-medicines-policy-review/
http://www.pbs.gov.au/reviews/lsdp-report/government-response-to-lsdp-review.pdf
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medicines. The LSDP Review examined important issues such as access and 

equity, value for money and the future administration of the program. 10 

2.13 A number of recommendations were made including that consideration be 

given to the value of medicines for rare diseases to consider matters beyond 

cost-effectiveness ɬ ȿÛÏÌÚÌɯ×ÙÐÕÊÐ×ÓÌÚɯÈÙÌɯÈÓÙÌÈËàɯÌÔÉÌËËÌËɯÐÕɯÛÏÌɯÈ××ÙÖÈÊÏɯ

used by the PBAC (Pharmaceutical Benefits Advisory Committee) in its 

ËÌÊÐÚÐÖÕɯÔÈÒÐÕÎɯÉÜÛɯÛÏÐÚɯÞÖÜÓËɯÉÌÕÌÍÐÛɯÍÙÖÔɯÉÌÐÕÎɯÔÖÙÌɯÛÙÈÕÚ×ÈÙÌÕÛȭɀɯ

%ÜÙÛÏÌÙȮɯȿÊÖÕÚÐËÌÙÈÛÐÖÕɯÚÏÖÜÓËɯÉÌɯÎÐÝÌÕɯÛÖɯÌÕhancing the medicines 

submission process for rare disease therapies by adopting a collaborative 

multi -stakeholder approach early in the assessment cycle, before the 

ÔÌËÐÊÐÕÌɯÚÜÉÔÐÚÚÐÖÕɯÐÚɯÍÖÙÔÈÓÓàɯÚÜÉÔÐÛÛÌËɯÍÖÙɯÊÖÕÚÐËÌÙÈÛÐÖÕɯÉàɯÛÏÌɯ/! "ȭɀ11 

2.14 In response to the LSDP Review, the Australian Government agreed to 

ensure that eligible patients retain ongoing access to medicines currently 

available through the LSDP; a pathway to consider new medicines which 

includes fit -for-purpose clinical effectiveness and cost effectiveness 

assessment; and the future integrity and sustainability of the program. 12 

Strategic Agreement 2022 ɬ 2027 with Medicines Australia  

2.15 In early September 2021, Medicines Australia signed a new, five-year 

Strategic Agreement with the Aus tralian Government (MA Strategic 

Agreement) to deliver greater long -term policy certainty for patients, 

industry and the Government. The Committee was pleased to note that the 

MA Strategic Agreement will ensure that this report and the review into the 

NMP will play a role in improving the HTA processes.  

2.16 Aims for the MA Strategic Agreement are as follows:  

 Provide timely access to new medicines and vaccines. 

 Ensure patients have greater involvement in decision making for 

medicines access. 

 Modernise processes to keep pace with advancing science and 

innovative technologies. 

 
10 Department of Health, Canberra, www.pbs.gov.au/pbs/reviews/life -saving-drugs viewed 

4  October 2021. 

11 Department of Health, Canberra, Post-market review of the Life Saving Drugs Program, June 

2014 ɬ June 2015,  https://www.pbs.gov.au/reviews/lsdp -report/lsdp -review -report.pdf  viewed 

4  October 2021. 

12 Department of Health, Canberra, Australian Government resp onse to the Post-market review of 

the Life Saving Drugs Program https://www.pbs.gov.au/reviews/lsdp -report/government -

response-to-lsdp-review.pdf   viewed 4 October 2021. 

http://www.pbs.gov.au/pbs/reviews/life-saving-drugs
https://www.pbs.gov.au/reviews/lsdp-report/lsdp-review-report.pdf
https://www.pbs.gov.au/reviews/lsdp-report/government-response-to-lsdp-review.pdf
https://www.pbs.gov.au/reviews/lsdp-report/government-response-to-lsdp-review.pdf


11 
 

 

 Address the changing international policy environment on access.  

 Keep Australia as a global priority for the launch of new and innovative 

medical treatments.13 

2.17 Key measures for the MA Strategic Agreement include:  

  ÕɯÐÕËÌ×ÌÕËÌÕÛɯÙÌÝÐÌÞɯÖÍɯ'3 ɯ×ÙÖÊÌÚÚÌÚɯÞÐÓÓɯÌÕÚÜÙÌɯ ÜÚÛÙÈÓÐÈɀÚɯ'3 ɯ

system evolves to keep pace with advancements in medical 

technologies. The Review will run from July 2022 ɬ June 2023, with 

recommendations to be implemented by July 2024. 

 The HTA Review will elevate the patient voice by including a patient 

representative on the Review Committee.  

 An enhanced Patient Engagement Process will be created to incorporate 

patient views early in the PBAC system. 

 The House Standing CoÔÔÐÛÛÌÌɯÖÕɯ'ÌÈÓÛÏȮɯ ÎÌËɯ"ÈÙÌɯÈÕËɯ2×ÖÙÛɀÚɯ

inquiry and the review of the National Medicines Policy will play a role 

ÐÕɯÐÔ×ÙÖÝÐÕÎɯ ÜÚÛÙÈÓÐÈɀÚɯ'3 ɯ×ÙÖÊÌÚÚÌÚȭ 

 Pricing reforms will provide clear purchasing and pricing arrangements 

with innovative medicines and v accines manufacturers to ensure 

Australia has a viable supply of medicines.  

 The New Medicines Funding Guarantee, agreed in 2020, will deliver 

$2.8 billion of PBS funding for new and amended listings over the 

forward estimates without the need for offsets.  

 Medicines Australia will run an annual Horizon Scanning Forum from 

2022 to identify major advances in healthcare over the next 3-5 years. 

 Security of supply measures will help to reduce medicine shortages. 

 Hospital price disclosure will support ongoing sustainability and 

supply.  

 A pharmaceutical industry representative will be appointed to the 

Medical Services Advisory Committee. 14 

Strategic Agreement 2022 ɬ 2027 with the Generic and Biosimilars 

Medicines Association  

2.18 In early September 2021, the Australian Government and the Generic and 

Biosimilar Medicines Association (GBMA) signed off on a new five year 

strategic agreement (GBMA Strategic Agreement), brought forward by one 

 
13 Medicines Australia, Strategic Agreement Factsheet for MPs, Submission 141.2, pages 1-2. 

14 Medicines Australia, Strategic Agreement Factsheet for MPs, Submission 141.2, pages 1-2. 
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year out of concern for patients who are struggling to access vital medicines 

during to the global pandemic disrupting international supply of medicines.  

2.19 In essence, the GBMA Strategic Agreement will strengthen the PBS for 

patients and ensure improved stability and viability for the medicines 

industry. It will also en sure pharmacy shelves across Australia are stocked 

and that some Australians will have early access to new life changing 

medicines regardless of where they live. 

2.20 The generic and biosimilar industry contributes more than two thirds of all 

medicines dispensed on the PBS each year. 

2.21 The GBMA has reconfirmed its commitment to working with Government 

ÖÕɯÛÏÌɯȿ1Ì×ÜÙ×ÖÚÐÕÎɯÖÍɯ,ÌËÐÊÐÕÌÚɀɯÐÕÐÛÐÈÛÐÝÌɯÐÕɯÖÙËÌÙɯÛÖɯÌß×ÈÕËɯ×ÈÛÐÌÕÛɯ

access to some medicines.15 

 
15 Generic and Biosimilar Medicines Association, Generic Medicines Facts, 

www.gbma.com.au/generic -facts/, viewed 27 September 2021. 

http://www.gbma.com.au/generic-facts/
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3. Understanding the System  

Access to new drugs and medical technologies  

Regulation of therapeutic goods  

3.1 3ÏÌɯ ÜÚÛÙÈÓÐÈÕɯ&ÖÝÌÙÕÔÌÕÛɯÙÌÎÜÓÈÛÌÚɯȿÛÏÌÙÈ×ÌÜÛÐÊɯÎÖÖËÚɀȮɯÞÏÐÊÏɯÈÙÌɯ

ÉÙÖÈËÓàɯËÌÍÐÕÌËɯÈÚɯÎÖÖËÚɯȿÍÖÙɯÛÏÌÙÈ×ÌÜÛÐÊɯÜÚÌɀȭ1 This means use in human 

beings for: 

 Preventing, diagnosing, curing or alleviating a disease 

 Influencing, inhibiting or modifying a physiological process  

 Testing susceptibility to a disease or ailment 

 Influencing, controlling or preventing conception  

 Testing for pregnancy 

 Replacing or modifying parts of the anatomy. 2 

3.2 Therapeutic goods fall into four categories: 

 Medicines : goods that achieve their intended action by 

pharmacological, chemical, immunological or metabolic means 3  

 Biologicals : goods that contain or are derived from human cells or 

tissues4  

 Medical devices : devices (including supporting software) used for 

diagnosis, prevention, monitoring, treatment or alleviation of a disease, 

 
1 Therapeutic Goods Act 1989 (Cth) s. 3. 

2 Department of Health, Submission 15, p. 4; Therapeutic Goods Act 1989 (Cth) s. 3.  

3 Therapeutic Goods Act 1989 (Cth) s. 3. 

4 Therapeutic Goods Act 1989 (Cth) s. 32A. 
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injury or disability; investigation, replacement or modificati on of the 

anatomy or a physiological process; or control of conception5 

 Other therapeutic goods .6  

3.3 Under the Therapeutic Goods Act 1989 (Cth) the responsibility for regulation 

of such goods technically rests with the Secretary of the Department of 

Health (the Department), but in practice this responsibility is delegated to 

the Therapeutic Goods Administration (TGA), which forms part of the 

Department. 7 The TGA ensures that therapeutic goods are safe and fit for 

purpose.8 

3.4 The TGA is required to recover its costs through fees and charges for all 

activities that fall within the scope of the Therapeutic Goods Act 1989 (Cth) 

including its public health responsibilities. 9 A small amount of appropriation 

funding is provided for other ac tivities. For example, in the 2019/20 Mid-

Year Economic and Financial Outlook statement, the Government provided 

$33 million over four years (including $6.6 million in 2020/21) for work on 

improvement of patient safety through regulatory measures for opioi ds and 

to partially defray the costs of the TGA Special Access Scheme, Orphan 

Drugs Program and mandatory reporting of shortages of critical medicines. 10 

3.5 Unless an exception applies, therapeutic goods must be entered on the 

Australian Register of Therapeutic Goods (ARTG) before they can be 

imported, exported, supplied or advertised. 11 There are two categories of 

medicines: 

 Higher risk medicines ɭ all prescription medicines, most over -the-

counter medicines and some complimentary medicines ɭ are 

ȿÙÌÎÐÚÛÌÙÌËɀȮɯÞÏÐÊÏɯÐÕÝÖÓÝÌÚɯÛÏÌÔɯÉÌÐÕÎɯÈÚÚÌÚÚÌËɯÉàɯÛÏÌɯ3& ɯÍÖÙɯØÜÈÓÐÛàȮɯ

safety and efficacy  

 
5 Therapeutic Goods Act 1989 (Cth) s. 41BD. 

6 Therapeutic Goods Act 1989 (Cth) s. 3. 

7 Therapeutic Goods Act 1989 (Cth) s. 9A; Department of Health, Submission 15, p. 4.  

8 Department of Health, Submission 15, p. 4.  

9 Therapeutic Goods Administration (TGA), TGA regulatory framework, Canberra, September 2020, 

https://www.tga.gov.au/tga -regulatory -framework  viewed 23 September 2021. 

10  Department of Health, Submission  15.6, p. 1.  

11 Department of Health, Submission  15, p. 4. 

https://www.tga.gov.au/tga-regulatory-framework
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 Lower risk medicines ɭ medicines containing pre-approved, low risk 

ingredients for which limited claims of efficacy are made ɭ can simply 

be listed.12  

3.6 Biologicals are classified into four classes on the basis of risk to patients. 

Biologicals in Classes 1 and 4 are listed in Schedule 16 of the Therapeutic 

Goods Regulations 1990 (Cth), whereas Classes 2 and 3 are defined by method 

of preparation and intended use. 13 Class 1 biologicals are lowest risk and 

only require the sponsor to certify that they meet the necessary 

requirements, while the remaining classes require the submission of a full 

dossier of evidence which is evaluated by the TGA, including its Advisory 

Committ ee on Biologicals if necessary.14 

3.7 Medical devices are also classified on the basis of risk to patients, with the 

classes being Class I, Class IIa, Class IIb, Class III and Class AIMD (Active 

Implantable Medical Devices) from lowest to highest risk. In vitro diagnostic 

(IVD) medical devices are classified separately, although likewise on the 

ÉÈÚÐÚɯÖÍɯÙÐÚÒȮɯÐÕÛÖɯÊÓÈÚÚÌÚɯƕȮɯƖȮɯƗȮɯƘȭɯ#ÌÝÐÊÌÚɯÜÕËÌÙÎÖɯȿÊÖÕÍÖÙÔÐÛàɯÈÚÚÌÚÚÔÌÕÛɀȮɯ

which means the sponsor must provide evidence that the device conforms to 

ÈɯÚÌÛɯÖÍɯȿ$ÚÚÌÕÛÐÈÓɯ/ÙÐÕÊÐ×ÓÌÚɀȭɯ3ÏÌɯÓÌÝÌÓɯÖÍɯÌÝÐËÌÕÊÌɯÙÌØÜÐÙÌËɯËÌ×ÌÕËÚɯÖÕɯÛÏÌɯ

classification of the device.15 

Therapeutic Goods Administration pathways  

3.8 3ÏÌɯ3& ɯÏÈÚɯÈɯÕÜÔÉÌÙɯÖÍɯÖ×ÛÐÖÕÚȮɯËÌÚÊÙÐÉÌËɯÈÚɯȿ×ÈÛÏÞÈàÚɀȮɯÍÖÙɯÚ×ÖÕÚÖÙÚɯ

which wish to have their therapeutic g ood included on the ARTG. These 

include the following pathways that are described below:  

 Standard review 

 Parallel process 

 
12 Department of Health, Submission  15, pages 4-5. 

13 TGA, Classification of biologicals, Canberra, November 2020, www.tga.gov.au/classification -

biologicals, viewed 28 July 2021. 

14 TGA, Applying for Inclusion of a Class 1 biological in the ARTG, Canberra, November 2020, 

www.tga.gov.au/classification -biologicals, viewed 28 July 2021; TGA, Applying for inclusion of a 

Class 2, 3 or 4 biological on the ARTG ɬ a step-by-step guide, Canberra, November 2020, 

www.tga.gov.au/applying -inclusion -class-2-3-or-4-biological -artg-step-step-guide, viewed 28 

July 2021.   

15 TGA, Overview of medical devices and IVD regulation, Canberra, October 2020, 

www.tga.gov.au/sme -assist/medical-devices-regulation -introduction , viewed 31 August 2021. 

http://www.tga.gov.au/classification-biologicals
http://www.tga.gov.au/classification-biologicals
http://www.tga.gov.au/classification-biologicals
http://www.tga.gov.au/applying-inclusion-class-2-3-or-4-biological-artg-step-step-guide
http://www.tga.gov.au/sme-assist/medical-devices-regulation-introduction
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 Orphan drug 16 fee waiver 

 Priority review  

 Provisional approval  

 Comparable Overseas Regulator 

 A 

 B 

 The Access Consortium 

 Project Orbis. 

3.9 Standard review  for prescription medicines is an eight phase process 

designed to prove the quality, safety and efficacy of the medicine. These 

phases include submission of a full dossier of evidence by the sponsor, two 

rounds of assessment by the TGA, a request for information or documents 

ÍÙÖÔɯÛÏÌɯ3& ɯÛÖɯÛÏÌɯÚ×ÖÕÚÖÙȮɯÈÕËɯÙÌÝÐÌÞɯÉàɯÖÕÌɯÖÍɯÛÏÌɯ3& ɀÚɯÌß×ÌÙÛɯ

advisory committees. The process is designed to take an average of 330 

calendar days in total, or 11 months.17 

3.10 The parallel process  is available for medicines and vaccines that meet 

certain criteria, and means that they are effectively considered by the TGA 

for regulatory approval and the Pharmaceutical Benefits Advisory 

Committee (PBAC) for reimbursement at the same time. Nonetheless the 

PBAC generally requires a positive indication from the TGA before it 

ÊÖÕÚÐËÌÙÚɯÛÏÌɯÈ××ÓÐÊÈÛÐÖÕɯÈÛɯÖÕÌɯÖÍɯÐÛÚɯÔÌÌÛÐÕÎÚȮɯÈÕËɯÛÏÌɯ/! "ɀÚɯÍÐÕÈÓɯ

ËÌÊÐÚÐÖÕɯÔÜÚÛɯÈÊÊÖÙËɯÞÐÛÏɯÛÏÌɯ3& ɀÚȭ18 

3.11 An orphan drug designation  offers waiver of application fees for the 

designated drug.19 It is available for prescription medicines (including 

vaccines and in vivo diagnostic agents20) that meet the following criteria:  

 
16 An orphan drug is a ph armaceutical agent developed to treat medical conditions which, because 

they are so rare, would not be profitable to produce without government assistance.  

17 TGA, Prescription medicines registration process, Canberra, August 2021, 

www.tga.gov.au/prescription -medicines-registration -process 

, viewed 30 August 2021. 

18 Department of Health, TGA and PBAC parallel process and requirements, Canberra, December 2020, 

www.pbs.gov.au/info/publication/factsheets/shared/tga -pbac-parallel -process, viewed 31 

August 2021.  

19 TGA, Orphan drug designation, Canberra, August 2018, www.tga.gov.au/publication/orphan -

drug -designation, viewed 28 July 2021.  

20 In vivo diagnostic testing is a procedure that is performed in the body to identify a disease or 

medical condition. Introducing the in vivo diagnostic biological into the body will elicit a 

response which is observed or measured and determines the result of the test. 

http://www.tga.gov.au/prescription-medicines-registration-process
http://www.pbs.gov.au/info/publication/factsheets/shared/tga-pbac-parallel-process
http://www.tga.gov.au/publication/orphan-drug-designation
http://www.tga.gov.au/publication/orphan-drug-designation
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 The application is for a new orphan indication (specific therapeutic use), 

if the medicine is already registered, or is for only one indication, if the 

medicine is unregistered  

 The indication is the treatment, prevention or diagnosis of a life -

threatening or seriously debilitating condition  

 If the medicine is unregistered, it is not medically plausible that it could 

treat, prevent or diagnose the condition in any class of patients besides 

the one included in the application  

 It is not likely to be financial ly viable for the sponsor to market the 

medicine in Australia unless the fees are waived, or, if the medicine is 

unregistered, the condition affects fewer than five in 10,000 individuals 

in Australia (for treatment) or is not likely to be supplied to more than 

five in 10,000 individuals in Australia (for diagnosis or prevention)  

 The medicine has not been refused registration in Australia, the United 

Kingdom (UK), Canada, the United States (US) or Europe for safety 

reasons 

 There are no therapeutic goods for the treatment, prevention or 

diagnosis of the condition on the ARTG (unless provisionally 

registered), or there is substantial evidence that the medicine is 

significantly safer, more efficacious or better for patient care than the 

goods that are on the ARTG.21 

3.12 Priority review  offers a faster assessment of certain medicines. It is available 

for prescription medicines that meet four criteria:  

 The medicine contains an active ingredient that has not previously been 

included in an ARTG entry, or does not ha ve the same indications as 

any medicine on the ARTG 

 The medicine treats, prevents or diagnoses a life-threatening or seriously 

debilitating condition  

 There are no therapeutic goods for the treatment, prevention or 

diagnosis of the condition on the ARTG (un less provisionally 

registered), or there is substantial evidence that the medicine is 

significantly safer or more efficacious than the goods that are on the 

ARTG 

 
21 TGA, Orphan drug designation eligibility criteria, Canberra, April 2021, 

www.tga.gov.au/publication/orphan -drug -designation-eligibility -criteria 

, viewed 28 July 2021. 

http://www.tga.gov.au/publication/orphan-drug-designation-eligibility-criteria
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 There is substantial evidence that the medicine represents a major 

therapeutic advance.22 

3.13 If a priority review designation is granted the TGA aims to complete its 

assessment within a target timeframe of 150 working days, which is up to 

three months faster than the standard timeframe. The assessment itself is as 

thorough as a standard assessment, and the sponsor must provide a full 

dossier of evidence.23 

3.14 Priority review  is also available for medical devices that meet three criteria:  

 The device monitors, treats, prevents or diagnoses a life-threatening or 

seriously debilitating conditio n 

 There is no device for that purpose on the ARTG or there is substantial 

evidence that it represents a significant improvement in safety or 

performance over devices already on the ARTG 

 The device is a breakthrough technology and there is evidence that it 

offers a major clinical advantage over existing technology, or there is 

evidence that it offers a major clinical advantage over alternatives 

registered on the ARTG, or if the device is an IVD its early availability 

will result in a major public health bene fit. 24 

(ÍɯÈɯ×ÙÐÖÙÐÛàɯÈ××ÓÐÊÈÕÛɯËÌÛÌÙÔÐÕÈÛÐÖÕɯÐÚɯÔÈËÌȮɯÛÏÌɯËÌÝÐÊÌɯÐÚɯÎÙÈÕÛÌËɯȿÍÙÖÕÛ-of-

ØÜÌÜÌɀɯÚÛÈÛÜÚɯÛÏÙÖÜÎÏɯ3& ɯ×ÙÖÊÌÚÚÌÚȮɯÔÌÈÕÐÕÎɯÐÛɯÐÚɯÛÖ×ɯ×ÙÐÖÙÐÛàȭ25 

 

3.15 Provisional approval  is available for prescription medicine submissions that 

meet five criteria:  

 The submission is for a new medicine or new indication of an already 

registered medicine 

 The medicine treats a serious condition 

 The medicine compares favourably to existing therapeutic goods 

 
22 TGA, Priority determination eligibility criteria, Canberra, April 2021, 

www.tga.gov.au/publication/priority -determination -eligibility -criteria , viewed 27 July 2021.  

23 TGA, Priority review pathway: prescription medicines, Canberra, August 2018, 

www.tga.gov.au/publication/priority -determination -eligibility -criteria , viewed 27 July 2021. 

24 TGA, Priority applicant guidelines for medical devices (including IVDs), Canberra, viewed 27 July 

2021. 

25 TGA, Priority applicant guidelines for medical devices (including IVDs), Canberra, December 2020,  

www.tga.gov.au/priori ty-applicant -guidelines-medical-devices-including -ivds, viewed 27 July 

2021. 

http://www.tga.gov.au/publication/priority-determination-eligibility-criteria
http://www.tga.gov.au/publication/priority-determination-eligibility-criteria
http://www.tga.gov.au/priority-applicant-guidelines-medical-devices-including-ivds
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 The medicine represents a major therapeutic advance 

 The sponsor provides evidence of a plan to submit comprehensive 

clinical data on the medicine. 

The provisional approval initially lasts for two years, with the possibility of 

two extensions of two years each. It must then transition to full registration 

to remain on the ARTG.26 

3.16 The Comparable Overseas Regulator (COR)  report -based process shortens 

the registration timeframe for prescription medicines (including biologicals) 

using work already done by a COR.27 The TGA publishes a set of criteria it 

uses to determine which regulators are CORs; 28 as of August 2021 these 

were the regulators of Canada, Japan, Singapore, Switzerland, the UK, the 

US and the European Union.29 Two COR processes are available: 

 COR-A : for certain medicines approved less than one year ago by the 

COR, the sponsor need only provide the COR assessment reports, the 

proposed Australian label, product information and, if required, a risk 

ÔÈÕÈÎÌÔÌÕÛɯ×ÓÈÕȭɯ3ÏÌɯ3& ɀÚɯÛÐÔÌÍÙÈÔÌɯÐÚɯƕƖƔɯÞÖÙÒÐÕÎɯËÈàÚ 

 COR-B: for other medicines, including all approved more t han one year 

ago, the sponsor must also provide some additional data. The timeframe 

is 175 working days.30 

3.17 Use of CORs is standard for medical devices, with more than 90 per cent of 

devices approved this way (Class 1 devices, which are the most basic, 

 
26 TGA, Provisional approval pathway: prescription medicines, Canberra, March 2018, 

www.tg a.gov.au/provisional -approval -pathway -prescription -medicines, viewed 24 August 

2021.  

27 TGA, Comparable Overseas Regulators (CORs): timeframes and milestones, Canberra, October 2019, 

www.tga.gov.au/comparable -overseas-regulators-cors-timeframes-and-milestones, viewed 24 

August 2021. 

28 TGA, Comparable Overseas Regulators (CORs) for prescription medicines, Canberra, October 2019, 

www.tga.gov.au/comprable -overseas-regulators-cors-prescription -medicines, viewed 24 August 

2021.   

29 Health Canada, Pharmaceuticals and Medicines Devices Agency, Health Science Authority 

Singapore, SwissMedic, Medicines and Healthcare Products Regulatory Agency, Food and Drug 

Administration, and European Medicines Agency: TGA, List of countries and jurisdictions 

determined to be Comparable Overseas Regulators (CORs), Canberra, October 2019, 

www.tga.gov.au/list -countries-and-jurisdictions -determined -be-comparable-overseas-

regulators-cors, viewed 24 August 2021.  

30 TGA, Comparable Overseas Regulators (CORs): timeframes and milestones, Canberra, October 2019, 

www.tga.gov.au/comparable -overseas-regulators-cors-timeframes-and-milestones, viewed 24 

August 2021. 

http://www.tga.gov.au/provisional-approval-pathway-prescription-medicines
http://www.tga.gov.au/comparable-overseas-regulators-cors-timeframes-and-milestones
http://www.tga.gov.au/comprable-overseas-regulators-cors-prescription-medicines
http://www.tga.gov.au/list-countries-and-jurisdictions-determined-be-comparable-overseas-regulators-cors
http://www.tga.gov.au/list-countries-and-jurisdictions-determined-be-comparable-overseas-regulators-cors
http://www.tga.gov.au/comparable-overseas-regulators-cors-timeframes-and-milestones
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excepted).31 Much as in the case of medicines, there are two options: the 

3& ɯÞÐÓÓɯÌÐÛÏÌÙɯÈÊÊÌ×ÛɯÛÏÌɯ".1ɀÚɯÊÌÙÛÐÍÐÊÈÛÐÖÕɯÈÚɯÊÖÕÍÖÙÔÐÛàȮɯÖÙɯÞÐÓÓɯÜÚÌɯÛÏÌɯ

".1ɀÚɯÈÚÚÌÚÚÔÌÕÛɯÐÕɯÊÖÕËÜÊÛÐÕÎɯÐÛÚɯÖÞÕɯÈÉÙÐËÎÌËɯÊÖÕÍÖÙÔÐÛàɯÈÚÚÌÚÚÔÌÕÛȭɯ

The list of CORs is similar to the list for m edicines, although there are some 

differences.32 

3.18 The Access Consortium  is a coalition of international regulators, which the 

Committee heard was driven by the TGA. 33 Its other members are Canada, 

Singapore, Switzerland and, since 1 January 2021, the UK.34 The Consortium 

has aligned regulatory approaches and technical requirements.35 New 

medicines that are submitted to multiple members of the Consortium are 

evaluated jointly, such as one member evaluating the clinical aspect of the 

application and another evaluating the manufacturing aspect. This saves 

time and effort for the regulators, and simplifies applications for sponsor 

companies.36 

3.19 Project Orbis  is a project of the US Food and Drug Administration (FDA) for 

new, clinically significant oncology medicines. As well as Australia and the 

US countries involved include Can ada, Singapore, Switzerland and Brazil. 

The Project aims for medicines to be submitted, reviewed and approved at 

the same time in the participating countries. 37 In the words of Adjunct 

Professor John Skerritt, Deputy Secretary, Health Products Regulation, 

Department of Health,:  

ȱÞÌɯËÖÕɅÛɯÚ×ÓÐÛɯÛÏÌɯÞÖÙÒɯÜ×ȭɯ6ÌɯÈÊÛÜÈÓÓàɯÐÕËÌ×ÌÕËÌÕÛÓàɯÌÝÈÓÜÈÛÌɯÐÛȮɯÉÜÛȮɯ

because the US FDA has so many more resources than everyone else, our 

 
31 Department of Health, Submission  15, p. 37.  

32 TGA, Comparable Overseas Regulators for medical device applications, Canberra, May 2021, 

www.tga.gov.au/comparable -overseas-regulators-medical-device-applications, viewed 31 

August 2021.  

33 Adjunct Prof John Skerritt, Deputy Secretary, Health Products Regulation, Department of 

Health, Committee Hansard, Canberra, 3 September 2020, p. 3. 

34 TGA, Australia-Canada-Singapore-Switzerland- United Kingdom (Access) Consortium, Canberra, June 

2021, www.tga.gov.au/australia -canada-singapore-switzerland -united -kingdom -access-

consortium , viewed 26 July 2021.  

35 Department of Health, Submission  15, p. 30. 

36 Adjunct Prof Skerritt, Committee Hansard, Canberra, 3 September 2020, p. 3. 

37 Department of Health, Submission  15, p. 31. 

http://www.tga.gov.au/comparable-overseas-regulators-medical-device-applications
http://www.tga.gov.au/australia-canada-singapore-switzerland-united-kingdom-access-consortium
http://www.tga.gov.au/australia-canada-singapore-switzerland-united-kingdom-access-consortium
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doctors are able to engage in conversations, say, with the oncologists at the 

FDA who have  been evaluating the drug.38 

3.20 Nine medicines were approved through the Project between its launch in 

mid -2019 and September 2020.39 

Off -label use of therapeutic goods 

3.21 When a therapeutic good is entered on the ARTG, one or more indications, 

meaning specific therapeutic uses, are included in the entry.40 The good 

cannot be marketed for any indication that has not been so included. 

However a prescriber is permitted to issue prescriptions for any indication 

her or she sees fit, provided he or she has tÏÌɯ×ÈÛÐÌÕÛɀÚɯÐÕÍÖÙÔÌËɯÊÖÕÚÌÕÛɯÛÖɯ

do so. The use of a therapy for an indication that is not included in its ARTG 

ÌÕÛÙàɯÐÚɯÒÕÖÞÕɯÈÚɯȿÖÍÍ-ÓÈÉÌÓɀɯÜÚÌȭ41 Such use is particularly common in the 

treatment of rare and paediatric diseases.42 

Access to unapproved therapeutic goods 

3.22 There are also a number of ways in which patients can access a therapeutic 

good that is not on the ARTG. These are: 

 Authorised Prescriber Scheme : this scheme allows authorised medical 

practitioners to supply unapproved therapeutic good s for a particular 

medical condition to a particular class of patients 43 

 Special Access Scheme (SAS): this scheme allows registered health 

practitioners to access unapproved therapeutic goods for a single 

patient. There are three SAS pathways: 

 
38 Committee Hansard, Canberra, 3 September 2020, p. 4.  

39 Department of Health, Submission  15, p. 31. 

40 TGA, Permitted indications for listed medicines guidance, Canberra, March 2021, 

www.tga.gov.au/book -page/permitted -indications -listed-medicines, viewed 27 July 2021.  

41 TGA, Special Access Scheme: frequently asked questions, Canberra, April 2021, 

www.tga.gov.au/special -access-scheme-frequently -asked-questions, viewed 27 July 2021. 

42 Centre for Law and Genetics, University of Tasmania and Sydney Health Law and Sydney 

Health Ethics, University of Sydney, Submission  179, p. [11]; Leukaemia Foundation, 

Submission 103, p. [6]; Luminesce Alliance, Submission 32, p. 21.  

43 TGA, Authorised Prescribers, Canberra, 2021, www.tga.gov.au/form/authorised -prescribers, 

viewed 22 July 2021.  

http://www.tga.gov.au/book-page/permitted-indications-listed-medicines
http://www.tga.gov.au/special-access-scheme-frequently-asked-questions
http://www.tga.gov.au/form/authorised-prescribers
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- Category A: for a seriously ill patient, a prescribing medical 

practitioner (or a health practitioner on behalf of a prescribing medical 

practitioner) can supply the good, then notify the TGA  

- Category B: for a patient who does not meet the Category A definition 

ÖÍɯȿÚÌÙÐÖÜÚÓàɯÐÓÓɀȮɯÈÕËɯÞÏÖɯÙÌØÜÐÙÌÚɯÈɯÎÖÖËɯÛÏÈÛɯËÖÌÚɯÕÖÛɯÏÈÝÌɯÈÕɯ

ȿÌÚÛÈÉÓÐÚÏÌËɯÏÐÚÛÖÙàɯÖÍɯÜÚÌɀɯÜÕËÌÙɯ"ÈÛÌÎÖÙàɯ"ȮɯÈɯÏÌÈÓÛÏɯ×ÙÈÊÛÐÛÐÖÕÌÙɯÊÈÕɯ

apply to the TGA for permission to supply the good, providing a 

clinical justification  

- Category C: certain types of health practitioners can supply specified 

goods that have an established history of use, then notify the TGA44  

 Clinical trials : these are trials to determine the safety and/or efficacy of a 

therapeutic good45 

 Personal Importation Scheme : subject to certain conditions, an 

individual may import an unapproved therapeutic good for his or her 

personal use or that of his or her immediate family, in a quantity not 

ÌßÊÌÌËÐÕÎɯÛÏÙÌÌɯÔÖÕÛÏÚɀɯÚÜ××ÓàɯÈÛɯÈÕàɯÖÕÌɯÛÐÔÌ46 

 Medicine shortages : special arrangements can be put in place if there is 

ÈɯÕÈÛÐÖÕÈÓɯÚÏÖÙÛÈÎÌɯÖÍɯÈɯ×ÈÙÛÐÊÜÓÈÙɯÔÌËÐÊÐÕÌȮɯÈÚɯÐÕËÐÊÈÛÌËɯÉàɯÛÏÌɯ3& ɀÚɯ

medicine shortage reports database47 

Reimbursement  

3.23 The Australian Government has a number of reimbursement programs 

through which it provides Australians access to reimbursed or subsidised 

therapeutic goods/and or services. These reimbursement programs include:  

 For medicines: 

- the Pharmaceutical Benefits Scheme (PBS) 

- Repatriation Pharmaceutical Benefits Scheme (RPBS), and 

-  Life Saving Drugs Program (LSDP). 

 For vaccines: 

- the National Immunisation Program (NIP)  

 
44 TGA, Special Access Scheme, Canberra, April 2021, www.tga.gov.au/form/special -access-scheme, 

viewed 29 July 2021.  

45 TGA, Clinical trials, Canberra, August 2021, www.tga.gov.au/clinical -trials , viewed 12 October 

2021.  

46 TGA, Personal importation scheme, Canberra, March 2015, www.tga.gov.au/personal -importation -

scheme, viewed 22 July 2021. 

47 TGA, Accessing medicines during a shortage, Canberra, May 2020, www.tga.gov.au/accessing-

medicines-during -shortage 

, viewed 26 July 2021.  

http://www.tga.gov.au/form/special-access-scheme
http://www.tga.gov.au/clinical-trials
http://www.tga.gov.au/personal-importation-scheme
http://www.tga.gov.au/personal-importation-scheme
http://www.tga.gov.au/accessing-medicines-during-shortage
http://www.tga.gov.au/accessing-medicines-during-shortage
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 For devices 

- the Medicare Benefits Schedule (MBS)48  

- National Diabetes Supply Scheme (NDSS) 

 For blood products:  

- the national blood arrangements (in partnership with state and 

territory governments). 49  

 For prostheses: 

- the Prostheses List (PL), which stipulates the prostheses that private 

health insurers must completely cover and the amount of the benefit 

to be paid.50  

3.24 The Government determines which therapeutic goods to reimburse through 

a process known as health technology assessment (HTA). One definition of 

HTA describes it as: 

The systematic evaluation of properties, effects, and/or impacts of health 

technology. It is a multidisciplinary process to evaluate the social, economic, 

organisational and ethical issues of a health intervention or health technology. 

The main purpose of conducting an assessment is to inform policy decision-

making. 51 

3.25 Other countries that conduct HTA in some way include England and Wales, 

Scotland, Canada, Ireland, France, Belgium, the Netherlands, Sweden, 

Poland, South Korea and the US.52  The Australian Government has a 

number of bodies that conduct HTA, which are discussed below.    

Pharmaceutical Benefits Advisory Committee  

Role and composition 

 
48 The MBS does not reimburse devices per se, only services, however when a device is required 

for a particular service its cost is included in the amount reimbursed: Medical Technology 

Association of Australia (MTA A), Submission 148, pages 42-44.   

49 Pharmacy Guild of Australia, Submission 108, p. 2; MTAA, Submission 148, p. 38; CSL Behring, 

Submission 145, p. 9 

50 Department of Health, Prostheses List, Department of Health, Canberra, July 2021, 

https://www.health.go v.au/resources/publications/prostheses-list, viewed 23 July 2021.  

51 Centre for Law and Genetics, University of Tasmania, and Sydney Health Law and Sydney 

Health Ethics, Sydney University, Submission  179, p. [20]. 

52 Macquarie University Centre for the Heal th Economy, Submission 62, p. 6.  
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3.26 The PBAC is established by the National Health Act 1953 (Cth).53 It 

recommends drugs to the Minister for Health (the Minister) for listing on the 

PBS and vaccines for inclusion in the NIP. The PBS subsidised 208.5 million 

prescriptions in 2019-20, highligh ting the key role it plays in healthcare. In 

the  2021-22 Federal Budget, $43 billion was budgeted for the PBS over four 

years.54 

3.27 Under the Act, the PBAC must to consist of a Chair and between 11 and 20 

other members, including at least one representative from each of the 

following categories:  

 Industry  

 Consumers 

 Health economists 

 Practising community pharmacists  

 General practitioners 

 Clinical pharmacologists  

 Specialists55  

3.28 As of August 2021 the PBAC was at its full complement of 21 members. The 

Chair, Professor Andrew Wilson (Prof Wilson), is an epidemiologist and the 

Deputy Chair, Ms Jo Watson, is a consumer advocate. The other members 

consist of a psychiatrist, an industry nominee, a nephrologist, a geriatrician 

and clinical pharmacologist, three  medical oncologists, an endocrinologist, a 

rheumatologist, two haematologists, a health economist, clinical 

epidemiologist and cognitive neurologist, another consumer advocate, two 

general practitioners, a community pharmacist, a cardiologist and an 

infectious diseases expert.56 The Chair and Deputy Chair gave evidence 

before the Committee for this inquiry. 57 

 
53 s. 100A.  

54 The Hon Greg Hunt MP, Minister for Health and Aged Care, and Senator the Hon Richard 

"ÖÓÉÌÊÒȮɯ,ÐÕÐÚÛÌÙɯÍÖÙɯ2ÌÕÐÖÙɯ ÜÚÛÙÈÓÐÈÕÚɯÈÕËɯ ÎÌËɯ"ÈÙÌɯ2ÌÙÝÐÊÌÚɯÈÕËɯ,ÐÕÐÚÛÌÙɯÍÖÙɯ2×ÖÙÛȮɯȿ!ÜËÎÌÛɯ

2021ɬ22: Generational changÌɯÈÕËɯÙÌÊÖÙËɯÐÕÝÌÚÛÔÌÕÛɯÐÕɯÛÏÌɯÏÌÈÓÛÏɯÖÍɯ ÜÚÛÙÈÓÐÈÕÚɀȮɯMedia Release, 

11 May 2021.  

55 National Health Act 1953 (Cth) ss. 100A(2)-(3).  

56 Department of Health, Pharmaceutical Benefits Advisory Committee (PBAC) Membership, Canberra, 

July 2021, www.pbs.gov.au/info/industry/listing/participants/pbac  

, viewed 3 August 2021. 

57 See Committee Hansard, Canberra, 24 June 2021.  

http://www.pbs.gov.au/info/industry/listing/participants/pbac
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3.29 The PBAC also has two subcommittees, the Drug Utilisation Subcommittee 

and the Economics Subcommittee. Each subcommittee is chaired by a PBAC 

member and includes the Chair and Deputy Chair of the PBAC, but most of 

the rest of their members are not members of the full PBAC. The Drug 

Utilisation Subcommittee assesses projected usage and financial cost for 

drugs submitted for reimbursement, and colle cts and analyses data on actual 

usage of listed drugs, including in comparison to overseas.58 The Economics 

Subcommittee assesses clinical and economic evaluations of medicines 

submitted for reimbursement, and provides technical advice to the PBAC. 59 

3.30 The PBAC has also developed a non-ÚÛÈÛÜÛÖÙàɯÉÖËàɯÊÈÓÓÌËɯÛÏÌɯȿ$ßÌÊÜÛÐÝÌɀȮɯ

which consists of the Chair, Deputy Chair and the Chairs of the two 

subcommittees.60 /ÙÖÍɯ6ÐÓÚÖÕɯËÌÚÊÙÐÉÌËɯÛÏÌɯ×ÜÙ×ÖÚÌɯÖÍɯÛÏÐÚɯÉÖËàɯÈÚɯÛÖɯȿÛÖɯÛÙàɯ

and take some of the stuff that could be dealt with, that doesn't require 

detailed discussion, out of the committee meetings to be dealt with in the 

ÌßÌÊÜÛÐÝÌȭɀ61 

Process 

3.31 The PBAC Guidelines provide comprehensive guidance to sponsors on how 

to submit a product for listing on the PBS or inclusion in the NIP. As of 

September 2021 these had last been updated in September 2016.62 

3.32 The full PBAC meets three times per year, usually in March, July and 

October. A calendar for its meetings is published on its website. The process  

differs for different types of application, but includes opportunities for pre -

submission meetings between the sponsor and the PBAC secretariat, 

publication of the meetin g agenda online and opportunity for consumers to 

comment on that agenda, the subcommittee meetings and opportunities for 

the sponsor to provide additional information and to comment on the 

consumer comments and advice of the subcommittees (and the Australian 

 
58 Department of Health, Drug Utilisation Sub Committee (DUSC), Canberra, July 2021, 

www.pbs.gov.au/info/industry/listing/participants/drug -utilisation -subcommittee, viewed 3 

Augus t 2021.  

59 Department of Health, Economics Sub Committee, Canberra, May 2021, 

www.pbs.gov.au/info/industry/listing/participants/economics -subcommittee-esc,, viewed 3 

August 2021.  

60 Department of Health, Submission 15.4, p. 6. 

61 Committee Hansard, Canberra, 24 June 2021, p. 5. 

62 Department of Health, Guidelines for preparing submissions to the Pharmaceutical Benefits Advisory 

Committee (PBAC), Canberra, September 2016, pbac.pbs.gov.au, viewed 30 August 2021.  

http://www.pbs.gov.au/info/industry/listing/participants/drug-utilisation-subcommittee
http://www.pbs.gov.au/info/industry/listing/participants/economics-subcommittee-esc
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Technical Advisory Group on Vaccines (ATAGI), in the case of vaccine 

products). Post-meeting, the meeting minutes are provided to the sponsors, 

there are opportunities for a meeting with the PBAC and Independent 

1ÌÝÐÌÞɯÖÍɯ/! "ɀÚɯËÌÊÐÚÐÖÕȮɯÈÕËɯËÙÈÍÛɯ/ÜÉÓic Summary Documents are 

provided to the sponsors before being eventually published online. 63 

3.33 There are six categories of submissions for listing on the PBS or NIP. The 

most complex are Category 1, which involve a first in class medicine or 

vaccine, a medicine or vaccine for a new population, a drug with a co -

dependent technology that requires an integrated co-dependent submission 

to PBAC and the Medical Services Advisory Committee (MSAC), or a drug 

or vaccine with a TGA provisional determination. Thes e submissions were 

the primary focus of this Inquiry, but the other categories range in simplicity 

ÈÓÓɯÛÏÌɯÞÈàɯÜ×ɯÛÖɯȿ ××ÓÐÊÈÛÐÖÕÚɯÍÖÙɯÈɯÕÌÞɯÉÙÈÕËɯÖÍɯÈÕɯÌßÐÚÛÐÕÎɯ

×ÏÈÙÔÈÊÌÜÛÐÊÈÓɯÐÛÌÔɀȮɯÞÏÐÊÏɯÎÖɯÚÛÙÈÐÎÏÛɯÛÖɯÛÏÌɯ#Ì×ÈÙÛÔÌÕÛɯÖÍɯ'ÌÈÓÛÏɯÈÕËɯ

have no PBAC involvement.64 

3.34 Two important submission pathways for the purposes of this inquiry are:  

 The parallel process with the TGA 

 The integrated co-dependent submission process. 

3.35 The parallel process  involves consideration of a medicine or vaccine by the 

/! "ɯÈÛɯÛÏÌɯÚÈÔÌɯÛÐÔÌɯÈÚɯÛÏÌɯ3& ȭɯ ÚɯËÐÚÊÜÚÚÌËɯÈÉÖÝÌȮɯÛÏÌɯ3& ɀÚɯËÌÊÐÚÐÖÕɯ

ÌÍÍÌÊÛÐÝÌÓàɯÛÙÜÔ×Úɯ/! "ɀÚɯÐÕɯÛÏÌɯÚÌÕÚÌɯÛÏÈÛɯÛÏÌɯÓÈÛÛÌÙɯËÌ×ÌÕËÚɯÖÕɯÈÕËɯÔÜÚÛɯ

accord with the former. 65 

3.36 The integrated co-dependent submission process is available for co-

dependent technologies, where one technology must be considered by the 

PBAC and another by the MSAC. A joint evaluation document is prepared 

ÈÕËɯÊÖÕÚÐËÌÙÌËɯÈÛɯÈɯÑÖÐÕÛɯÔÌÌÛÐÕÎɯÖÍɯÛÏÌɯ/! "ɀÚɯ$ÊÖÕÖÔÐÊɯ2ÜÉÊÖÔÔÐÛÛÌÌ 

ÈÕËɯÛÏÌɯ,2 "ɀÚɯ$ÝÈÓÜÈÛÐÖÕɯ2ÜÉÊÖÔÔÐÛÛÌÌȭɯ3ÏÌɯÍÜÓÓɯ/! "ɯÔÌÌÛÚɯÛÏÙÌÌɯ

ÞÌÌÒÚɯÉÌÍÖÙÌɯÛÏÌɯÍÜÓÓɯ,2 "ȮɯȿÞÏÐÊÏɯÎÐÝÌÚɯÌÕÖÜÎÏɯÛÐÔÌɯÍÖÙɯÛÏÌɯ/! "ɯÛÖɯÙÈÐÚÌɯ

 
63 Department of Health, PBS calendars, Canberra, August 2021, 

www.pbs.gov.au/info/industry/useful -resources/pbs-calendar, viewed 31 August 2021. 

64 Department of Health, 4.1 Types of submissions, Canberra, 

www.pbs.gov.au/info/industry/listing/pro cedure-guidance/4-presubmission-requirements/4-1-

types-of-submissions, viewed 31 August 2021.  

65 Department of Health, TGA and PBAC parallel process and requirements, Canberra, December 2020, 

www.pbs.gov.au/info/publication/factsheets/shared/tga -pbac-parallel -process, viewed 31 

August 2021. 

http://www.pbs.gov.au/info/industry/useful-resources/pbs-calendar
http://www.pbs.gov.au/info/industry/listing/procedure-guidance/4-presubmission-requirements/4-1-types-of-submissions
http://www.pbs.gov.au/info/industry/listing/procedure-guidance/4-presubmission-requirements/4-1-types-of-submissions
http://www.pbs.gov.au/info/publication/factsheets/shared/tga-pbac-parallel-process
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any questions if needed for MSAC consideration, for the applicant to 

comment on the questions and for the MSAC to ÊÖÕÚÐËÌÙɯÐÛÚɯÈËÝÐÊÌȭɀ66 

Life Saving Drug Expert Panel 

Role and composition 

3.37 The Life Saving Drug (LSDP) Expert Panel considers applications for 

medicines to be listed on the LSDP. It advises the Commonwealth Chief 

Medical Officer on such applications, who t advises the Minister. The LSDP 

has been in operation for over 20 years. 

3.38 Members are appointed by the Minister. As of August 2021, the LSDP Expert 

Panel was chaired by Professor Andrew Roberts, a researcher and clinical 

haematologist, and former member of the PBAC. Its five other members 

consist of two clinical experts, a nephrologist and paediatrician, one of 

whom is also a member of the PBAC and the MSAC, a health economist, 

industry nominee and consumer nominee. 67 

Process 

3.39 To be eligible for listing on the LSDP a medicine must met the following 

criteria:  

 It has been approved by the TGA to treat a disease with a prevalence of 

1 in 50,000 people or less (about 500 people or less Australia-wide)  

 3ÏÌɯËÐÚÌÈÚÌɯÊÈÕɯÉÌɯÐËÌÕÛÐÍÐÌËɯȿÞÐÛÏɯÙÌÈÚÖÕÈÉÓÌɯËÐÈÎÕÖÚÛÐÊɯ×ÙÌÊÐÚÐÖÕɀɯÈÕËɯ

has been shown to reduce life expectancy 

 $ÝÐËÌÕÊÌɯ×ÙÌËÐÊÛÚɯÛÏÈÛɯÜÚÌɯÖÍɯÛÏÌɯÔÌËÐÊÐÕÌɯÞÐÓÓɯÌßÛÌÕËɯÛÏÌɯ×ÈÛÐÌÕÛɀÚɯÓÐÍÌ 

 The PBAC has accepted the clinical effectiveness of the medicine but 

rejected listing it on the PBS for cost effectiveness reasons 

 There is no other medicine listed on the PBS or available for public 

hospital inpatients for life -extending treatment of the disease (there can 

be such a medicine already listed on the LSDP) 

 There is no suitable and cost-effective non-medicin e treatment for the 

condition (such as surgery or radiotherapy)  

 The cost of the medicine would be an unreasonable financial burden for 

the patient or his or her guardian.  

 
66 Department of Health, Submission 15.6, p. [23]. 

67 Department of Health, Life Saving Drugs Program Expert Panel, Canberra, July 2021, 

www.health.gov.au/committees -and-groups/life -saving-drugs-program -expert-panel, viewed 24 

August 2021.  

http://www.health.gov.au/committees-and-groups/life-saving-drugs-program-expert-panel
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3.40 The starting point for a LSDP application is the release of the PBAC minutes, 

advising that the PBAC accepts the clinical effectiveness of the medicine but 

has rejected it for cost effectiveness reasons. The sponsor must make the 

LSDP application within four weeks of the publication of those minutes. The 

LSDP Expert Panel secretariat then takes two weeks to prepare an overview, 

and publishes an agenda for the Expert Panel meeting four weeks before 

that meeting. Interested parties such as patients, families and clinicians can 

then provide their comments on the agenda prior to the hearin g. The Expert 

Panel meet to consider the medicine and hold a stakeholder forum. Two 

ÞÌÌÒÚɯÓÈÛÌÙɯÛÏÌɯ/ÈÕÌÓɯÚÌÕËÚɯÐÛÚɯÈËÝÐÊÌɯÈÕËɯÈɯȿÊÖÕÚÜÔÌÙɯÚÜÔÔÈÙàɀɯÛÖɯÛÏÌɯ

sponsor. The sponsor has a week to respond.68 

3.41 Finally, the Chief Medical Officer provides a reco mmendation to the 

Minister two to six weeks after the sponsor response, at which point a 

notification is published online that the recommendation is with the 

Minister. From the publication of the PBAC minutes to the Minister 

receiving the recommendation is  therefore a total time of 15-19 weeks.69 

3.42 The Department of Health provided the Committee with a flowchart 

summarising the LSDP application process.70 

Jurisdictional Blood Committee  

Role and composition 

3.43 The Jurisdictional Blood Committee ȹ)!"ȺɯȿÐÚɯÙÌÚ×ÖÕÚÐÉÓÌɯÍÖÙɯÈÓÓɯÑÜÙÐÚËÐÊÛÐÖÕÈÓɯ

ÐÚÚÜÌÚɯÙÌÓÈÛÐÕÎɯÛÖɯÛÏÌɯÕÈÛÐÖÕÈÓɯÉÓÖÖËɯÚÜ××Óàɀȭ71 It is chaired by a Deputy 

Secretary of the Commonwealth Department of Health and has nine other 

members ɭ one other official from that Department and a representa tive 

 
68 Department of Health, Life Saving Drugs Program for medicine sponsors, Canberra, February 2021, 

www.health.gov.au/initiatives -and-programs/life -saving-drugs-program/fo r-medicine-sponsors, 

viewed 24 August 2021. 

69 Department of Health, Life Saving Drugs Program for medicine sponsors, Canberra, February 2021, 

www.health.gov.au/initiatives -and-programs/life -saving-drugs-program/for -medicine-sponsors, 

viewed 24 August 2021.  

70 Department of Health, Submission 15.6, p. [16].  

71 Department of Health, Life Saving Drugs Program for medicine sponsors, Canberra, February 2021, 

www.health.gov.au/initiatives -and-programs/life -saving-drugs-program/for -medicine-sponsors, 

viewed 24 August 2021. 

http://www.health.gov.au/initiatives-and-programs/life-saving-drugs-program/for-medicine-sponsors
http://www.health.gov.au/initiatives-and-programs/life-saving-drugs-program/for-medicine-sponsors
http://www.health.gov.au/initiatives-and-programs/life-saving-drugs-program/for-medicine-sponsors
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from each state and territory.72 The national blood arrangements supply 

ȿȱÍÙÌÚÏɯÉÓÖÖËɯÊÖÔ×ÖÕÌÕÛÚȮɯ×ÓÈÚÔÈ-derived and recombinant products and 

diagnostic reagents (blood-ÙÌÓÈÛÌËȺɀȮɯÈËÔÐÕÐÚÛÌÙÌËɯÉàɯÛÏÌɯ-ÈÛÐÖÕÈÓɯ!ÓÖÖËɯ

Authority (NBA), a statutory Commonw ealth agency.73 The products funded 

are those listed on the National Product Price List, which are two thirds 

funded by the Commonwealth and one third by the states and territories. 74 

Process  

3.44 3ÏÌɯÚ×ÖÕÚÖÙɯÊÈÕɯÚÜÉÔÐÛɯÈɯɀ-ÈÛÐÖÕÈÓɯ!ÓÖÖËɯ2Ü××Óàɯ"ÏÈÕÎÌɯ/ÙÖ×ÖÚÈÓɀɯÛÖɯÛÏÌɯ

NBA at any time for a Cycle 1 evaluation, which considers the submission at 

a high level to determine whether it should be referred to the JBC. There is 

no timeframe within which it must be evaluated. If more evidence or 

analysis is required, the product undergoes a Cycle 2 evaluation, which can 

ÊÖÕÚÐËÌÙɯÛÏÌɯ×ÙÖËÜÊÛɀÚɯÚÈÍÌÛàȮɯÌÍÍÐÊÈÊàɯÖÙɯÊÖÚÛɯÌÍÍÌÊÛÐÝÌÕÌÚÚȮɯÈÊÊÖÙËÐÕÎɯÛÖɯ

terms of reference developed by the JBC. If still further analysis is required, 

the product may then be referred to  the MSAC - discussed below - for a full 

ÌÝÈÓÜÈÛÐÖÕȭɯ3ÏÌɯ,2 "ɀÚɯÈËÝÐÊÌɯÐÚɯÛÏÌÕɯÊÖÕÚÐËÌÙÌËɯÉàɯÛÏÌɯ)!"ȭɯ(ÍɯÛÏÌɯ)!"ɯ

agrees to fund the product, the NBA may then run a competitive tender 

process for its supply.75 

Medical Services Advisory Committee  

Role and composition 

3.45 The MSAC is a non-statutory committee appointed by the Minister that was 

formed in 1998. It recommends medical services to the Minister for public 

reimbursement, principally through listing on the Medicare Benefits 

Schedule (MBS).76 

 
72 National Blood Authority, Jurisdictional Blood Committee (JBC), National Blood Authority, 

Canberra, undated, www.blood.gov.au/jbc , viewed 9 August 2021.  

73 CSL Behring, Submission 145, p. 9. 

74 National Blood Auth ority, What blood products are suppliedɭNational Product Price List, Canberra, 

July 2021, www.blood.gov.au/national -product -price-list , viewed 30 August 2021.  

75 CSL Behring, Submission 145, p. 12. CSL Behring refers to a JBC guidelines document for 

applications, but this does not appear to be available publically.   

76 Department of Health, What is MSAC?, Canberra, July 2016, 

http://www.msac.gov.au/internet/msac/publishing.nsf/Content/factsheet -04 

, viewed 3 August 2021.  

http://www.blood.gov.au/jbc
http://www.blood.gov.au/national-product-price-list
http://www.msac.gov.au/internet/msac/publishing.nsf/Content/factsheet-04
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3.46 The MSAC uses a 24 week process and meets three times a year.77 It also has 

two subcommittees: 

 The ESC (Evaluation Subcommittee) considers the clinical evidence and 

economic assessment presented in an assessment report in detail, 

provide advice on the quality , validity and relevance of the assessment, 

and identify any issues that MSAC will consider, for example, where 

evidence may be weak 

 The PICO (Population, Intervention, Comparator and Outcome) 

Advisory Subcommittee (PASC) is a 22 week pre-assessment process 

that is non-compulsory and occurs before a submission is put to the 

MSAC. It captures any current clinical practice and identifies any 

impacted healthcare resources.78 

3.47 As of August 2021, the MSAC consisted of 23 members. It is chaired by 

Professor Robyn Ward, a medical oncologist, and has two Co-Deputy 

Chairs, Professor Kwun Fung, a thoracic and sleep physician, and Professor 

Tim Davis, an endocrinologist. Its remaining members consist of two 

cardiologists, an academic pharmacist, a rheumatologist, two general 

practitioners, a nephrologist, a general surgeon, a geneticist and genetic 

pathologist, two consumer representatives, a pathologist, two health 

economists, a diagnostic radiographer and nuclear medicine technologist 

turned health economist, a cardiac anaesthetist, a nuclear medicine specialist 

and a cardiothoracic surgeon.79 

3.48 It is through MBS services that many medical devices are reimbursed ɭ that 

is, the cost of a device is included in the cost of a service ɭ but the Medical 

Technology AssÖÊÐÈÛÐÖÕɯÖÍɯ ÜÚÛÙÈÓÐÈɯȹ,3  ȺɯÕÖÛÌËɯÛÏÈÛɯȿ,!2ɯÐÛÌÔÚɯ

frequently incorporate the cost of diagnostic devices but not therapeutic 

ËÌÝÐÊÌÚɀɯÈÕËɯÛÏÈÛɯÛÏÌÙÌɯÈÙÌɯÈɯÝÈÙÐÌÛàɯÖÍɯÖÛÏÌÙɯÔÌÊÏÈÕÐÚÔÚɯÛÏÙÖÜÎÏɯÞÏÐÊÏɯ

 
77 Department of Health, PASC, ESC, MSAC key dates, Canberra, July 2021, 

www.msac.gov.au/internet/msac/publishing.nsf/Content/pasc -calendar-key-dates 

, viewed 31 August 2021. 

78 Department of Health, MSAC and its sub-committees, Department of Health, Canberra, July 2017, 

http://www.msac.gov.au/internet/msac/publishing.nsf/Content/Factsheet -05, viewed 20 

September 2021. 

79 Department of Health, MSAC membership, May 2021, Canberra, 

http://www.msac.gov.au/internet/msac/publishing.nsf/Content/msac -membership 

, viewed 3 August 2021.  

http://www.msac.gov.au/internet/msac/publishing.nsf/Content/pasc-calendar-key-dates
http://www.msac.gov.au/internet/msac/publishing.nsf/Content/Factsheet-05
http://www.msac.gov.au/internet/msac/publishing.nsf/Content/msac-membership
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devices are funded.80 One of these mechanisms, the Prostheses List, is 

discussed further below.   

3.49 In addition to performing HTA for the MBS, the MSAC also provides advice 

in relation to other forms of funding. 81 Instances of this include assessment 

of blood products for the national blood arrangements, descri bed above, and 

the assessment of Highly Specialised Therapeutics jointly funded by the 

Commonwealth, state and territory governments and delivered in public 

hospitals.82 The most discussed example of the latter in this inquiry was 

CAR-T cell therapy.83 

Process 

3.50 The MSAC encourages engagement between the sponsor and its secretariat 

prior to the making of an application, which can include a meeting. Once an 

application is received and accepted as suitable to proceed, the MSAC 

begins targeted and public consultation . If the application is new it will then 

proceed to the PASC, which involves the formulation with input from the 

Ú×ÖÕÚÖÙɯÖÍɯÈɯËÙÈÍÛɯ/(".ɯ"ÖÕÍÐÙÔÈÛÐÖÕȮɯÛà×ÐÊÈÓÓàɯÉàɯÈɯȿ'3 ɯ&ÙÖÜ×ɀɯ

contracted by the Department. Once ratified by the PASC the PICO 

Confirmation is published online for further public consultation.   

3.51 The sponsor can then develop its own assessment report, or the Department 

ÊÈÕɯÊÖÕÛÙÈÊÛɯÈÕɯȿ'3 ɯ&ÙÖÜ×ɀɯÛÖɯ×ÙÌ×ÈÙÌɯÖÕÌȭɯ(ÍɯÛÏÌɯÍÖÙÔÌÙɯÖ×ÛÐÖÕɯÐÚɯÊÏÖÚÌÕɯ

the Department then contracts an HTA Group to c ritique the assessment 

report, with the sponsor being able to see and comment on the critique prior 

to consideration of the application by the ESC. If the latter option is chosen 

the sponsor has input into the development of the report, and then can 

comment on the report prior to consideration of the application by the ESC. 

3ÏÌɯ$2"ɯÊÖÕÚÐËÌÙÚɯÛÏÌɯÈÚÚÌÚÚÔÌÕÛɯÙÌ×ÖÙÛɯÈÕËɯ×ÙÌ×ÈÙÌÚɯÛÏÌɯȿ$2"ɯÙÌ×ÖÙÛɀȮɯÈɯ

copy of which is provided to the sponsor. Some resubmitted applications 

can skip the PASC and ESC stages. 

3.52 ThÌɯÍÜÓÓɯ,2 "ɯÊÖÕÚÐËÌÙÚɯÛÏÌɯ$2"ɯÙÌ×ÖÙÛȮɯÛÏÌɯÚ×ÖÕÚÖÙɀÚɯÊÖÔÔÌÕÛÚɯÖÕɯÐÛȮɯ

ÍÌÌËÉÈÊÒɯÙÌÊÌÐÝÌËɯÉàɯ,2 "ɀÚɯÊÖÕÚÜÓÛÈÛÐÖÕÚɯÈÕËɯÖÛÏÌÙɯËÖÊÜÔÌÕÛÚȭɯ(ÕɯÊÌÙÛÈÐÕɯ

 
80 MTAA, Submission  148, pages 7, 38.  

81 Department of Health, What is MSAC?, Canberra, July 2016, 

http://www.msac.gov.au/internet/msac/publishing.nsf/Content/factsheet -04 

, viewed 4 August 2021. 

82 Department of Health, Submission 15.6, p. [12].  

83 Department of Health, Submission 15, p. 11. 

http://www.msac.gov.au/internet/msac/publishing.nsf/Content/factsheet-04
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circumstances the sponsor may request or be requested to present orally at 

the MSAC meeting. The MSAC itself does not make a final decision on the 

application, but rather provides advice to the Minister. A Public Summary 

Document explaining the rationale for its advice is published on its website 

sometime after the meeting.84 

3.53 Like the PBAC, the MSAC has detailed guidelines for applicants, which 

were updated in May 2021.85 

Prostheses List Advisory Committee  

Role and composition  

3.54 The Prostheses List Advisory Committee (PLAC) makes recommendations 

to the Minister on the listing of devices on the PL and related m atters.86 The 

PL specifies devices private health insurers must cover (given the fulfilment 

of certain conditions) and the minimum benefit that must be paid. The 

regulations specify that the device must be surgically implanted. Therefore, 

external prostheses such as prosthetic limbs are ineligible for listing, as are 

certain surgically implanted devices such as diagnostic devices and some 

cosmetic implants.  

3.55 The PL is updated at least three times a year. 87 As of August 2021 the 

current List was contai ned in Schedule 1 of the Private Health Insurance 

(Prostheses) Rules (No. 2) 2021 (Cth). Rule 12 of those Rules makes clear that 

the Minister can take advice from the PLAC, but is not bound to follow it.  

3.56 PLAC members are appointed by the Minister. As of August 2021 the PLAC 

consisted of its Chair, Professor Terry Campbell AM, a cardiologist, a 

consumer representative, nine expert members being experts in orthopaedic 

 
84 Department of Health, Engaging with MSAC: information for applicants, Canberra, May 2021, 

www.msac.gov.au/internet/msac/publishing.nsf/Content/Information -for-Applicants , viewed 31 

August 2021.  

85 Department of Health, Guidelines for preparing assessments for the MSAC, Canberra, May 2021, 

www.msac.gov.au/internet/msac/publishing.nsf/Content/MSAC -Guidelines, viewed 1 

September 2021. 

86 Department of Health, Prostheses List Advisory Committee (PLAC), Canberra, December 2020, 

www.health.gov.au/committees -and-groups/prostheses-list -advisory -committee-plac, viewed 24 

August 2021.  

87 Department of Health, Prostheses cover under private health insurance, Canberra, October 2020, 

www.health.gov.au/health -topics/private -health-insurance/what -private -health-insurance-

covers/prostheses-cover-under-private -health-insurance, viewed 24 August 2021.  

http://www.msac.gov.au/internet/msac/publishing.nsf/Content/Information-for-Applicants
http://www.msac.gov.au/internet/msac/publishing.nsf/Content/MSAC-Guidelines
http://www.health.gov.au/committees-and-groups/prostheses-list-advisory-committee-plac
http://www.health.gov.au/health-topics/private-health-insurance/what-private-health-insurance-covers/prostheses-cover-under-private-health-insurance
http://www.health.gov.au/health-topics/private-health-insurance/what-private-health-insurance-covers/prostheses-cover-under-private-health-insurance


33 
 

 

surgery, spinal surgery, epidemiology, cardiology, thoracic  medicine, 

bioengineering, vascular medicine, health economics and a representative of 

the MSAC, five advisory members being representatives of private hospitals, 

not-for-profit insurers and the device suppliers, and two invited attendees 

representing device suppliers and private in surers. Its meetings are also 

attended by representatives of the Department of Health (including the 

3& ȺɯÈÕËɯ#Ì×ÈÙÛÔÌÕÛɯÖÍɯ5ÌÛÌÙÈÕÚɀɯ ÍÍÈÐÙÚȭ88 

Process 

3.57 The PLAC meets at least three times a year.89 It has Clinician Advisory 

Groups (CAGs) for cardiac, cardiothoracic , knee, hip, ophthalmic, spinal, 

specialist orthopaedic and vascular products, each of which includes a 

patient representative in addition to expert clinicians, which advise it on the 

clinical effectiveness of the products it considers. It also has a Panel of 

Clinical Experts, which assesses products outside the categories for which 

CAGs have been established. Sponsors are able to comment of the 

assessment by the CAG or Panel, which is then provided to the PLAC for its 

final decision.90 Certain complex applications, such as for devices used in 

services that are not listed on the MBS, are referred to the MSAC.91 

Ad hoc 

3.58 3ÏÌɯ"ÖÔÔÐÛÛÌÌɯÈÓÚÖɯÏÌÈÙËɯÛÏÈÛɯÖÊÊÈÚÐÖÕÈÓÓàɯÛÏÌɯ&ÖÝÌÙÕÔÌÕÛɯÊÖÕËÜÊÛÚɯȿÈËɯ

ÏÖÊɀɯ'3 ɯÖÜÛÚÐËÌɯÛÏÌɯÚÛÙÜÊÛÜÙÌÚɯËÌÚÊÙÐÉÌËɯÈÉÖÝÌȮɯÍor example for a glucose 

 
88 Department of Health, Prostheses List Advisory Committee (PLAC), December 2020, 

www.health.gov.au/committees -and-groups/prostheses-list -advisory -committee-plac, viewed 24 

August 2021. 

89 Department of Health, Prostheses List Advisory Committee (PLAC), Canberra, December 2020, 

www.health.gov.au/committees -and-groups/prostheses-list -advisory -committee-plac, viewed 31 

August 2021. 

90 DepartÔÌÕÛɯÖÍɯ'ÌÈÓÛÏȮɯȿ/ÙÖÚÛÏÌÚÌÚɯ+ÐÚÛɯɬ guide to listing and benefits for prosthesesɀȮɯCanberra, 

February 2017, pages 19-20, 22, 

www.health.gov.au/sites/def ault/files/documents/2020/06/prostheses-list -guide.pdf  

, viewed 12 October 2021.  

91 #Ì×ÈÙÛÔÌÕÛɯÖÍɯ'ÌÈÓÛÏȮɯȿ/ÙÖÚÛÏÌÚÌÚɯ+ÐÚÛɯ ËÝÐÚÖÙàɯ"ÖÔÔÐÛÛÌÌɯȹ/+ "Ⱥɯ3ÌÙÔÚɯÖÍɯ1ÌÍÌÙÌÕÊÌɀȮɯ

Canberra, undated, pages 1-2, www1.health.gov.au/internet/main/publishing.nsf/Content/  

12D65D189A8D6991CA25816400224C9A/$File/PLAC_Terms-of-Reference.pdf, viewed 12 

October 2021.  

http://www.health.gov.au/committees-and-groups/prostheses-list-advisory-committee-plac
http://www.health.gov.au/committees-and-groups/prostheses-list-advisory-committee-plac
http://www.health.gov.au/sites/default/files/documents/2020/06/prostheses-list-guide.pdf
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monitoring system for people with type 1 diabetes in partnership with the 

supplier. 92 

/ÈÙÛÐÊÐ×ÈÕÛÚɀɯÜÕËÌÙÚÛÈÕËÐÕÎɯÖÍɯÛÏÌɯÊÜÙÙÌÕÛɯÚàÚÛÌÔ 

3.59 One of the major themes to emerge from the evidence received by the 

Committee was that many of those who rely upon or interact with 

 ÜÚÛÙÈÓÐÈɀÚɯÊÜÙÙÌÕÛɯÙÌÎÜÓÈÛÖÙàɯÈÕËɯÙÌÐÔÉÜÙÚÌÔÌÕÛɯÚàÚÛÌÔɯÚÛÙÜÎÎÓÌɯÛÖɯ

understand it.  

3.60 Cystic Fibrosis Australia, the Aust ralian Patient Advocacy Alliance and 

Lymphoma Australia all submitted that clinicians lack knowledge of the 

TGA and access options for treatments, and that they should receive 

education on these issues and the broader HTA process.93  The two former 

organisÈÛÐÖÕÚɯÈÓÚÖɯÞÈÕÛÌËɯÛÖɯÚÌÌɯÔÖÙÌɯȿÚÜ××ÖÙÛȮɯÌËÜÊÈÛÐÖÕɯÈÕËɯÜ×ËÈÛÌÚɀɯÍÖÙɯ

patients with an interest in a product undergoing HTA. 94 

3.61 3ÏÌɯÎÙÈÕËÍÈÛÏÌÙɯÖÍɯÈɯÎÐÙÓɯÞÐÛÏɯÊàÚÛÐÊɯÍÐÉÙÖÚÐÚɯÚÛÈÛÌËɯÛÏÈÛɯȿÝÌÙàɯÚ×ÌÊÐÍÐÊɯ

information on the development and assessment of new ËÙÜÎÚɀɯÐÚɯÈÝÈÐÓÈÉÓÌɯ

in the US, but not in Australia, and that patients and carers should be 

supported and educated through the HTA process. 95 The Patient Voice 

Initiative likewise suggested that it is difficult for patients to find about what 

treatments are available and how the system for providing access to new 

treatments works.96 

3.62 MS Australia described one of the relevant government websites as 

ȿÐÔ×ÌÕÌÛÙÈÉÓÌɀɯÈÕËɯÙÌÊÖÔÔÌÕËÌËɯÛÏÈÛɯÛÏÌɯ&ÖÝÌÙÕÔÌÕÛȯ 

ȱ×ÙÖÝÐËÌɯÛÏÖÚÌɯËÐÙÌÊÛÓàɯÈÍÍÌÊÛÌËɯɬ patients and clinicians ɬ with appropriate, 

clear, accessible publically available information on HTA processes plus 

updates and feedback throughout the process.97 

 
92 Abbott Diabetes Care, Submission 191, p. 1. 

93 Cystic Fibrosis Australia (CFA), Submission 8, p. [2]; Australian Patient Advocacy Alliance 

(APAA), Submission 67, p. [4]; Lymphoma Australia, Submission 143, pages [2]-[3].   

94 CFA, Submission 8, p. [4]; APAA, Submission 67, p. [4].  

95 Name withheld, Submission 22, pages [1]-[2]. 

96 Patient Voice Initiative, Submission 71, p. 1.  

97 MS Australia, Submission 85, p. 10. 
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3.63 .ÕɯÈɯÉÙÖÈËÌÙɯÓÌÝÌÓȮɯ7+'ɯ ÜÚÛÙÈÓÐÈɯÚÜÎÎÌÚÛÌËɯÛÏÈÛɯȿÈËËÐÛÐÖÕÈÓɯÚÜ××ÖÙÛɯÈÕËɯ

education for advocacy groups would be beneficial to ensure meaningful 

ÊÖÕÚÜÓÛÈÛÐÖÕɯÈÕËɯÊÖÓÓÈÉÖÙÈÛÐÖÕɯÞÐÛÏɯ×ÖÓÐÊàÔÈÒÌÙÚȭɀ98 

3.64 The Metabolic Dietary Disorders Association ( MDDA) drew the 

"ÖÔÔÐÛÛÌÌɀÚɯÈÛÛÌÕÛÐÖÕɯÛÖɯÈÊÛÐÖÕɯƖȭƘȭƗȭƕɯÖÍɯÛÏÌɯ-ÈÛÐÖÕÈÓɯ2ÛÙÈÛÌÎÐÊɯ ÊÛÐÖÕɯ/ÓÈÕɯ

for Rare Diseases:  

Ensure the HTA Consumer Evidence and Engagement Unit provides 

education and support to people living with a rare disease and their families 

and carers, and/or rare disease organisations to support them to take a more 

active role in HTA processes99 

3.65 Rare Voices Australia (RVA) commended the new Consumer Evidence and 

$ÕÎÈÎÌÔÌÕÛɯ4ÕÐÛȮɯÞÏÐÊÏɯÚÐÛÚɯÞÐÛÏÐÕɯÛÏÌɯ#Ì×ÈÙÛÔÌÕÛȮɯÈÚɯȿÈɯÎÙÌÈÛɯÐÕÐÛÐÈÛÐÝÌɀȮɯ

buÛɯÈËËÌËɯÛÏÈÛɯȿÔÖÙÌɯÊÓÈÙÐÛàɯÈÙÖÜÕËɯȻ'3 ȼɯËÌÊÐÚÐÖÕ-ÔÈÒÐÕÎɯÐÚɯÝÐÛÈÓɀɯÈÕËɯ

that there is still a major problem with lack of transparency in that regard. 100 

Concerns about transparency were also raised by a number of submitters 

from industry, including Specialise d Therapeutics Australia for the PBAC 

and MSAC and Edwards Lifesciences for the MSAC and PLAC.101 

3.66 A number of patient organisations went so far as to call for direct financial 

support from the Government for their work in assisting patients to navigate  

and participate in the system. 

3.67 2"-Ɩ ɯ ÜÚÛÙÈÓÐÈɯÚÛÈÛÌËɯÛÏÈÛɯȿÍÜÕËÐÕÎɯÖÍɯÙÈÙÌɯÖÙÎÈÕÐÚÈÛÐÖÕÚɯÛÖɯÖÍÍÌÙɯ×ÌÌÙɯ

support and education is required so each [organisation] is not reinventing 

ÛÏÌɯÞÏÌÌÓȰɀ102 ausEE Inc recommended that the Government recognise and 

strengthen the role played by rare disease patient organisations by 

ȿ×ÙÖÝÐËÐÕÎɯÙÌÚÖÜÙÊÌÚɯÈÕËɯÍÜÕËÐÕÎɯÖ××ÖÙÛÜÕÐÛÐÌÚȰɀ103 and the CF Pipeline 

/ÈÛÐÌÕÛɯ(ÕÛÌÙÌÚÛɯ&ÙÖÜ×ɯ×ÙÖ×ÖÚÌËɯȿÐÕÝÌÚÛÔÌÕÛɯÐÕɯÊÈ×ÈÊÐÛàɯÉÜÐÓËÐÕÎɯÍÖÙɯ×ÈÛÐÌÕÛɯ

ÎÙÖÜ×ÚɀɯÛÖɯÌÕÈÉÓÌɯÛÏÌÔɯÛÖɯÊÖÕÛÙÐÉÜÛÌɯÉÌÛter to HTA processes.104 

 
98 XLH Australia, Submission 81, p. [1].  

99 Metabolic Dietary Disorders Association (MDDA), Submission 109, p. [8].  

100 Rare Voices Australia (RVA), Submission 86, p. 10.  

101 Specialised Therapeutics Australia, Submission 7, pages 14-15, 17-18; Edwards Lifesciences, 

Submission 83, p. 35.  

102 SCN2A Australia, Submission 127, p. [3].  

103 ausEE Inc, Submission 73, p. 5. 

104 CF Pipeline Patient Interest Group, Submission 169, p. 3. 
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3.68 The Committee heard calls for more education for industry, typically 

focusing on specific features of the system. The PFIC Network, for example, 

ÈÚÒÌËɯÛÏÌɯ&ÖÝÌÙÕÔÌÕÛɯÛÖɯȿÙÈÐÚÌɯÈÞÈÙÌÕÌÚÚɯÈÔÖÕÎɯÐÕËÜÚÛÙàɯÈÕËɯÙÈÙÌɯËÐÚÌÈÚÌɯ

organisatÐÖÕÚɯÈÚɯÛÖɯÛÏÌɯÈÝÈÐÓÈÉÐÓÐÛàɯÖÍɯÛÏÌɯ'3 ɯ ÊÊÌÚÚɯ/ÖÐÕÛɀȭ105 The Centre 

for Law and Genetics, University of Tasmania and Sydney Health Law and 

2àËÕÌàɯ'ÌÈÓÛÏɯ$ÛÏÐÊÚȮɯ4ÕÐÝÌÙÚÐÛàɯÖÍɯ2àËÕÌàɯÊÈÓÓÌËɯÍÖÙɯȿÌËÜÊÈÛÐÖÕɯÖÍɯÛÏÖÚÌɯ

ÐÕÝÖÓÝÌËɯÐÕɯÏÌÈÓÛÏɯÛÌÊÏÕÖÓÖÎàɯÐÕÕÖÝÈÛÐÖÕɀɯÐÕ relation to combination 

products, which are discussed below.106 Finally, the MTAA recommended 

education and training for Australian medical technology companies on the 

3& ɀÚɯÙÌÊÌÕÛÓàɯÐÕÛÙÖËÜÊÌËɯ×ÙÐÖÙÐÛàɯÙÌÝÐÌÞɯÖ×ÛÐÖÕɯÍÖÙɯÔÌËÐÊÈÓɯËÌÝÐÊÌÚȭ107 

3.69 The clearest evidence that many participants struggle to understand 

 ÜÚÛÙÈÓÐÈɀÚɯÙÌÎÜÓÈÛÖÙàɯÈÕËɯÙÌÐÔÉÜÙÚÌÔÌÕÛɯÚàÚÛÌÔɯÞÌÙÌɯÛÏÌɯÕÜÔÉÌÙɯÖÍɯ

submissions and statements in public hearings that proposed changes that 

the Department has already made. This was highlighted by Ad junct Prof 

Skerritt of the TGA, who told the Committee in his second appearance: 

Actually, if I could be self -ÊÙÐÛÐÊÈÓȮɯÐÛɯÔÌÈÕÚɯÛÏÈÛɯÞÌɯÏÈËÕɀÛɯÙÌÈÊÏÌËɯÖÜÛɯÌÕÖÜÎÏȭɯ

6ÌɯÏÈÝÌɯÈÊÛÜÈÓÓàɯÞÙÐÛÛÌÕɯÛÖɯÈÓÓɯÛÏÖÚÌɯ×ÌÖ×ÓÌȮɯÕÖÛɯÚÈàÐÕÎɯȿ'ÌàȮɯàÖÜɀÙÌɯÞÙÖÕÎȮɀɯ

but saying cleÈÙÓàȯɯȿ6ÌɯÏÈÝÌÕɀÛɯÊÖÔÔÜÕÐÊÈÛÌËɯÌÕÖÜÎÏȭɯ'ÌÙÌɀÚɯÚÖÔÌɯ

ÐÕÍÖÙÔÈÛÐÖÕȮɯÈÕËɯÞÌɀÙÌɯÏÈ××àɯÛÖɯÔÌÌÛȭɯ(ÕËÌÌËȮɯÚÖÔÌɯÖÍɯÛÏÌÔɯÏÈÝÌɯÈÓÙÌÈËàɯ×ÜÛɯ

appointments in the diary to meet in the coming weeks, which is really 

good.108 

Gaps in the current system  

Combination products  

3.70  ɯÊÖÔÉÐÕÈÛÐÖÕɯ×ÙÖËÜÊÛɯÐÚɯÈɯ×ÙÖËÜÊÛɯȿÊÖÔ×ÖÚÌËɯÖÍɯÈÕàɯÊÖÔÉÐÕÈÛÐÖÕɯÖÍɯÈɯ

ËÌÝÐÊÌȮɯÔÌËÐÊÐÕÌɯÈÕËɯÉÐÖÓÖÎÐÊȭɀ109 A number of terms were used in the 

evidence to refer to a similar concept, including co-dependent technology, 

ÞÏÐÊÏɯÞÈÚɯËÌÚÊÙÐÉÌËɯÈÚɯȿÈɯÔÌËÐÊÈÓɯÛÌÊÏÕÖÓÖÎàɯÖÙɯÚÌÙÝÐÊÌɯÛÏÈÛɯÙÌÓÐÌÚɯÖÕɯ

another technology to achieve its intended purpose or enhance its effect. ȿ110 

 
105 PFIC Network, Submission 19, p. [2]. 

106 Centre for Law and Genetics, University of Tasmania and Sydney Health Law and Sydney 

Health Ethics, University of Sydney, Submission 179, p. [21]. 

107 MTAA, Submission 148, pages 35, 58.  

108 Committee Hansard, Canberra, 18 June 2021, p. 15.  

109 Roche Australia (Roche), Submission 92, p. 28. 

110 Roche, Submission 92, p. 28. 
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3.71 .ÕÌɯÚÜÉÔÐÛÛÌÙɯÊÖÔÔÌÕÛÌËɯÛÏÈÛɯÜÕËÌÙɯ ÜÚÛÙÈÓÐÈɀÚɯÊÜÙÙÌÕÛɯÙÌÎÜÓÈÛÖÙàɯÚÊÏÌÔÌɯ

ȿÊÖÔÉÐÕÈÛÐÖÕɯ×ÙÖËÜÊÛÚɯÈÙÌɯÕÖÛɯÊÓÌÈÙÓàɯËÌÍÐÕÌËȱÐÕÊÙÌÈÚÌËɯÊÓÈÙÐÛàɯÈÙÖÜÕËɯ

ÛÌÙÔÐÕÖÓÖÎàɯÈÕËɯÙÌÎÜÓÈÛÖÙàɯ×ÈÛÏÞÈàÚȱÞÖÜÓËɯÉÌɯÐÔÔÌÕÚÌÓàɯÉÌÕÌÍÐÊÐÈÓȭɀ111 

3.72 Several submitters raised the regulation and reimbursement of combination 

×ÙÖËÜÊÛÚɯÈÚɯÈɯ×ÈÙÛÐÊÜÓÈÙɯ×ÙÖÉÓÌÔɯÍÖÙɯ ÜÚÛÙÈÓÐÈɀÚɯÊÜÙÙÌÕÛɯÚàÚÛÌÔȭ112 The 

,àÌÓÖÔÈɯÈÕËɯ1ÌÓÈÛÌËɯ#ÐÚÌÈÚÌÚɯ1ÌÎÐÚÛÙàɯÕÖÛÌËɯÛÏÈÛɯÛÏÌɯÊÜÙÙÌÕÛɯȿËÙÜÎɯ

ÙÌÐÔÉÜÙÚÌÔÌÕÛɯÔÖËÌÓɯÞÈÚɯÈËÖ×ÛÌËɯ×ÙÐÖÙɯÛÖɯÛÏÌɯÈËÝÌÕÛɯÖÍȱÛÏÌɯÊÖÕÊÌ×ÛɯÖÍɯ

multi -ÈÎÌÕÛɯÖÙɯÊÖÔÉÐÕÈÛÖÙÐÈÓɯÛÙÌÈÛÔÌÕÛÚȭɀ113 Medicines Australia explained 

that use of such combination treatments is increasing and that they are not 

ÈËÌØÜÈÛÌÓàɯÝÈÓÜÌËɯÉàɯÊÜÙÙÌÕÛɯ'3 ɯ×ÙÖÊÌÚÚÌÚȮɯÉÜÛɯȿÙÌÊÌÕÛɯÈÛÛÌÔ×ÛÚɯÛÖɯ

examine and resolve this ongoing concern ÏÈÝÌɯÔÈËÌɯÓÐÛÛÓÌɯ×ÙÖÎÙÌÚÚȭɀ114 

3.73 Johnson & Johnson echoed this view, noting that while the PBS currently 

includes some combination therapies, which were recommended by the 

PBAC, there are difficulties in listing many others, including its unsuccessful 

attempt to list daratumumab as a treatment for multiple myeloma in 

combination with another medicine. 115  UCB Australia gave the example of a 

combination therapy it has developed for epilepsy, which combines the off -

patent drug alprazolam with ȿÈÕɯÐÕÕÖÝÈÛÐÝÌɯËÌÓÐÝÌÙàɯÚàÚÛÌÔɀȮɯÌß×ÓÈÐÕÐÕÎɯÐÛɯÐÚɯ

ÊÖÕÊÌÙÕÌËɯÛÏÈÛɯÛÏÌɯ/! "ɯÞÐÓÓɯÕÖÛɯȿÈËÌØÜÈÛÌÓàɯÛÈÒÌɯÐÕÛÖɯÈÊÊÖÜÕÛɯÛÏÌɯÊÖÚÛɯÖÍɯ

ÛÏÌɯÈÕÊÐÓÓÈÙàɯÌØÜÐ×ÔÌÕÛɯÜÚÌËɯÛÖɯËÌÓÐÝÌÙɯÛÏÌɯÔÌËÐÊÈÛÐÖÕȭɯȿ116 (ÛɯÜÙÎÌËɯÛÏÈÛɯȿÛÏÌɯ

ÝÈÓÜÌɯÖÍɯÛÏÌɯËÌÝÐÊÌɀɯÐÕɯÈɯÊÖÔÉÐÕÈÛÐÖÕɯÛÏÌÙÈ×àɯÚÏÖÜÓË ÉÌɯÚÌÌÕɯÈÚɯȿÈɯÊÙÐÛÐÊÈÓɯ

×ÈÙÛɯÖÍɯÛÏÌɯÖÝÌÙÈÓÓɯÌÍÍÌÊÛÐÝÌÕÌÚÚɯÖÍɯÛÏÌɯÛÏÌÙÈ×àɀȭ117 

3.74 Amgen Australia submitted that combination therapies pose two major 

problems, which it described as: 

 Value attribution problem: the problem of appropriately attributing 

value between the multiple sponsors of the components of the 

combination  

 
111 Centre for Law and Genetics, University of Tasmania, and Sydney Health Law and Sydney 

Health Ethics, University of Sydney, Submission 179, p. [21]. 

112 ARCS Australia, Submission 41, p. 5; Sanofi, Submission 99, p. 5. 

113 Myeloma and Related Diseases Registry, Submission 12, p. [2]. 

114 Medicines Australia, Submission 141, p. 12. 

115 Johnson & Johnson, Submission 134, pages 8-9.  

116 UCB Australia, Submission 74, p. 2. 

117 UCB Australia, Submission 74, p. 3. 
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 Incentive problem: the problem of the listing of a medicine in 

combination indication lowering the price of existing indications of that 

medicine, disincentivising combination listings. 118 

3.75 (ÛɯÙÌÊÖÔÔÌÕËÌËɯÛÏÈÛɯÛÏÌɯ&ÖÝÌÙÕÔÌÕÛɯȿËÌÝÌÓÖ×ɯÈÕËɯÐÔ×ÓÌÔÌÕÛɯÈɯÛÙÈÕÚ×ÈÙÌÕÛɯ

framework and guidance on the assessment of high cost combination 

ÙÌÎÐÔÌÕÚɯÛÏÈÛɯÞÐÓÓɯÚÖÓÝÌɯÛÏÌɯÒÌàɯ×ÙÖÉÓÌÔÚɯÓÐÔÐÛÐÕÎɯ×ÈÛÐÌÕÛɯÈÊÊÌÚÚȭɀ119 

3.76 Neuroendocrine Cancer Australia likewi se encouraged the development of a 

ȿÊÖÔÉÐÕÌËɯÎÖÝÌÙÕÈÕÊÌɯÍÙÈÔÌÞÖÙÒɀɯÍÖÙɯÛÏÌɯÈ××ÙÖÝÈÓɯÈÕËɯÍÜÕËÐÕÎɯÖÍɯȿÏÖÓÐÚÛÐÊɯ

ÛÙÌÈÛÔÌÕÛÚɀȭ120 It focused particularly on theranostics, a specific category of 

combination product which consist of two radioactive substances, one  

diagnostic and one therapeutic, suggesting that the TGA, PBAC and MSAC 

ÔÜÚÛɯȿÞÖÙÒɯÛÖÎÌÛÏÌÙɀɯÖÕɯÛÏÌɯÈ××ÙÖÝÈÓɯÖÍɯÚÜÊÏɯ×ÙÖËÜÊÛÚȭ121 

3.77 Like Amgen Australia, Novartis Australia and New Zealand (Novartis) 

identified the uncertainty of value determination as a  major challenge for 

reimbursement of combination products, as it deters the sponsor of a 

therapy that is already listed from cooperating in the combination listing. It 

proposed three solutions: 

 ȿ ɯÍÙÈÔÌÞÖÙÒɯÍÖÙɯÈÛÛÙÐÉÜÛÐÕÎɯÝÈÓÜÌɯÞÐÛÏÐÕɯÛÏÌɯÊÖÔÉÐÕÈÛÐÖÕɀ 

 ȿ  ÔÌÈÕÚɯÖÍɯÍÈÊÐÓÐÛÈÛÐÕÎȱÐÕÛÌÙÊÖÔ×ÈÕàɯÈÎÙÌÌÔÌÕÛɀɯÞÐÛÏÖÜÛɯÉÙÌÈÊÏÐÕÎɯ

the Competition and Consumer Act 2010 (Cth) (that is, anti -cartel law) 

 ȿ3ÏÌɯÈÉÐÓÐÛàɯÖÍɯÊÖÔ×ÈÕÐÌÚɯÛÖɯÏÈÝÌɯËÐÍÍÌÙÌÕÛɯ×ÙÐÊÌÚɯÍÖÙɯÈɯÛÏÌÙÈ×àɯÞÐÛÏÐÕɯ

ÛÏÌɯÚÈÔÌɯÐÕËÐÊÈÛÐÖÕɀȭ122 

3.78 Roche Australia staÛÌËɯÛÏÈÛɯȿÛÏÌÙÌɯÈÙÌɯÚÖÔÌɯÔÌÛÏÖËÖÓÖÎÐÊÈÓɯÐÚÚÜÌÚɯÈÚÚÖÊÐÈÛÌËɯ

with the HTA for co -dependent technologies that make the process 

ÜÕÞÖÙÒÈÉÓÌɀȮɯÈÕËɯÚÜÎÎÌÚÛÌËɯÛÏÈÛɯÛÏÐÚɯÐÚɯÈɯ×ÈÙÛÐÊÜÓÈÙɯ×ÙÖÉÓÌÔɯÍÖÙɯÎÌÕÖÔÐÊɯ

panel tests, which test for many genetic mutations simultane ously.123 This is 

because of the difficulty of assessing the cost effectiveness of such tests, 

amongst other challenges.124 (ÛɯÙÌÊÖÔÔÌÕËÌËɯÛÏÈÛɯÛÏÌɯ&ÖÝÌÙÕÔÌÕÛɯȿÙÌÝÐÌÞɯ

how economic evaluations for co-dependent technologies are conducted to 

 
118 Amgen Australia (Amgen), Submission 82, p. 7.  

119 Amgen, Submission 82, p. 7. 

120 Neuroendocrine Cancer Australia, Submission 155, p. 13.  

121 Neuroendocrine Cancer Australia, Submission 155, pages 13-14.   

122 Novar tis Australia and New Zealand (Novartis), Submission 138, p. [3].  

123 Roche, Submission 92, p. 20. 

124 Roche, Submission 92, p. 21.  
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ensure they are feasible and identify a pragmatic solution to valuing test 

ÊÖÚÛÚɯÍÖÙɯÙÈÙÌɯÎÌÕÌÛÐÊɯÔÜÛÈÛÐÖÕȭɀ125 

3.79 3ÏÌɯ6ÌÚÛÌÙÕɯ ÜÚÛÙÈÓÐÈÕɯ#Ì×ÈÙÛÔÌÕÛɯÖÍɯ'ÌÈÓÛÏɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯȿÍÖÙɯÈÙÌÈÚɯÖÍɯ

innovation where there is an interface between drugs and novel therapies 

such as CAR-3ɯÛÏÌÙÈ×àȮɯÊÜÙÙÌÕÛɯÈÚÚÌÚÚÔÌÕÛɯ×ÈÛÏÞÈàÚȱÔÈàɯÕÌÌËɯÛÖɯÉÌɯ

ÊÓÈÙÐÍÐÌËȭɀɯ(Ûɯ×ÙÖ×ÖÚÌËɯÛÏÈÛɯÛÏÐÚɯÐÚÚÜÌɯÉÌɯÙeferred to the interjurisdictional 

working group on HTA elements of the National Health Reform Agreement, or 

ÈÓÛÌÙÕÈÛÐÝÌÓàɯÛÏÈÛɯÛÏÌÙÌɯÉÌɯÊÙÌÈÛÌËɯȿÈÕɯÈËÑÜÕÊÛȮɯÖÙɯÌß×ÌÙÛɯÈËÝÐÚÖÙàɯ

ÊÖÔÔÐÛÛÌÌȱÛÖɯÈËÝÐÚÌɯÖÕɯÛÏÌÚÌɯÒÐÕËÚɯÖÍɯÛÏÌÙÈ×ÐÌÚɯÐÕÛÖɯÛÏÌɯÍÜÛÜÙÌȭɀ126 

3.80 Bayer Australia and New Zealand identified a more concrete challenge for 

the assessment of many combination products, namely that the MSAC 

outcome of a submission of a diagnostic combination component is not 

ÈÝÈÐÓÈÉÓÌɯÐÕɯÛÐÔÌɯÍÖÙɯÛÏÌɯ/! "ɀÚɯÊÖÕÚÐËÌÙÈÛÐÖÕɯÖÍɯÛÏÌɯtherapeutic component, 

ÙÌØÜÐÙÐÕÎɯÈÕɯȿÈÜÛÖÔÈÛÐÊɀɯÙÌÚÜÉÔÐÚÚÐÖÕɯÖÍɯÛÏÌɯÓÈÛÛÌÙȭ127 (ÛɯÙÌÊÖÔÔÌÕËÌËɯȿÈɯ

revised schedule for co-dependent submissions in which the MSAC advice 

ÖÕɯÛÏÌɯÛÌÚÛɯÐÚɯÍÐÕÈÓÐÚÌËɯÉÌÍÖÙÌɯÛÏÌɯ/! "ɯÔÌÌÛÐÕÎȭɀ128 

3.81 Pathology Technology Australia (PTA) stated that the MSAC is 

encountering more difficulties than PBAC in assessing companion products, 

ÊÖÔÔÌÕÛÐÕÎɯÛÏÈÛɯȿÚÖɯÔÜÊÏɯÚÖɯÞÌɯÕÖÞɯÚÌÌɯÈÛɯÓÌÈÚÛɯÛÞÖɯÊÈÚÌÚɯÞÏÌÙÌɯÈɯ

companion diagnostics product is up before PBAC for a reimbursement 

ÙÈÛÏÌÙɯÛÏÈÕɯ,2 "ȭɀ129 

3.82 In contrast to the submissions just discussed, Omico: the Australian 

Genomic Cancer Medicine Centre, suggested a very different approach to 

solving the combination product challenge. It submitted that:  

Provision of comprehensive genomic profiling for all Australians with 

advanced cancers essentially nullifies the majority of co-dependent screening 

test evaluation, since the population will automatically have access to a test 

which will identify the subpopulation who will benefit. 130 

Cell and gene th erapies 

 
125 Roche, Submission 92, p. 22. 

126 Western Australian Department of Health, Submission 129, p. [2]. 

127 Bayer Australia and New Zea land (Bayer), Submission 175, p. 6. 

128 Bayer, Submission 175, p. 7. 

129 Pathology Technology Australia (PTA), Submission 178, p. [4]. 

130 Omico: the Australian Genomic Cancer Medicine Centre (Omico), Submission 184, p. [1]. 
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Funding and pathways  

3.83 Many submitters were of the view that current funding and approval 

pathways for cell and gene therapies are inadequate. AusBiotech focused its 

concerns on how the TGA approaches such therapies, noting that: 

The current TGA Ìß×ÌËÐÛÌËɯ×ÈÛÏÞÈàÚɯÛÖɯÙÌÎÐÚÛÙÈÛÐÖÕȱÈÙÌɯÈÝÈÐÓÈÉÓÌɯÍÖÙɯ

prescription medicines (which include gene therapies) but not for biologicals 

(cell and gene-modified cell therapies).  

The classification of biologicals, and drug substance versus drug product 

when it comes to cell and gene therapies, is not clear across international 

jurisdictions. The definitions affect the compilation of the Common Technical 

Document (CTD) for registration of a cell -based therapy.131 

3.84  ÜÚ!ÐÖÛÌÊÏɯÙÌÊÖÔÔÌÕËÌËɯÛÏÌɯÊÙÌÈÛÐÖÕɯÖÍɯȿÈɯËÌËÐÊated pathway for cell and 

ÎÌÕÌɯÛÏÌÙÈ×ÐÌÚɀȭ132 

3.85 ,ÌËÐÊÐÕÌÚɯ ÜÚÛÙÈÓÐÈɯÕÖÛÌËɯÛÏÈÛɯÉÐÖÓÖÎÐÊÈÓÚɯÈÙÌɯÐÕÌÓÐÎÐÉÓÌɯÍÖÙɯÛÏÌɯ3& ɀÚɯ

priority review and provisional registration, and suggested that this should 

be changed.133 

3.86 Better Access Australia noted that ȿËÐÍÍÌÙÌÕÛɯÌÝÈÓÜÈÛÐÖÕɯ×ÙÖÊÌÚÚÌÚɯÈÕËɯ

approaches to decision-making are determined by their funding mechanism 

ÈÕËɯÛÙÌÈÛÔÌÕÛɯÚÌÛÛÐÕÎȭɀɯ(ÛɯÊÖÔÔÌÕÛÌËɯÛÏÈÛɯÈÛɯÛÏÌɯÛÐÔÌɯÖÍɯÔÈÒÐÕÎɯÐÛÚɯ

submission Novartis had two different gene therapies navigating the HTA 

system, one through the PBAC and one through the MSAC. 134 In its 

ÚÜÉÔÐÚÚÐÖÕɯ-ÖÝÈÙÛÐÚɯÚÛÈÛÌËɯÛÏÈÛɯÐÛɯÏÈËɯȿÌß×ÌÙÐÌÕÊÌËɯÚÐÎÕÐÍÐÊÈÕÛɯÊÖÕÍÜÚÐÖÕɯÐÕɯ

ÈËÝÐÊÌɯÍÙÖÔɯÛÏÌɯ#Ì×ÈÙÛÔÌÕÛɯÖÝÌÙɯÛÏÌɯÊÏÖÐÊÌɯÖÍɯÌÝÈÓÜÈÛÐÖÕɯÊÖÔÔÐÛÛÌÌɀɯÍÖÙɯ

one of the therapies.135 

3.87 15 ɯÏÐÎÏÓÐÎÏÛÌËɯÛÏÌɯȿÓack of clarity and transparency around approval 

×ÈÛÏÞÈàÚɯÍÖÙɯÎÌÕÌɯÛÏÌÙÈ×àɀȮɯÊÐÛÐÕÎɯÛÏÌɯÊÖÕÚÐËÌÙÈÛÐÖÕɯÖÍɯÈɯÛÏÌÙÈ×àɯ

(apparently the one sponsored by Novartis) by the PBAC, despite it being 

under the impression from the Department that all such therapies woul d be 

evaluated by the MSAC. It explained that it was concerned that the MSAC is 

 
131 AusBiotech, Submission 114, p. 12.  

132 AusBiotech, Submission 114, p. 13.  

133 Medicines Australia, Submission 141, p. 18. 

134 Better Access Australia, Submission 160, p. 20.  

135 Novartis, Submission 138, p. [10]. 
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ȿÓÐÒÌÓàɯÛÖɯÏÈÝÌɯÕÖɯÌß×ÌÙÐÌÕÊÌɯÞÐÛÏɯÈÚÚÌÚÚÐÕÎɯÊÖÔ×ÈÙÈÛÐÝÌɯÊÜÙÙÌÕÛɯÛÏÌÙÈ×ÐÌÚȮɯ

ÖÙɯÒÕÖÞÓÌËÎÌɯÖÍɯÛÏÌɯ×ÈÙÛÐÊÜÓÈÙɯ×ÈÛÐÌÕÛɯÊÖÏÖÙÛȭɀ136 

3.88 As discussed above PTA also raised concerns aÉÖÜÛɯÛÏÌɯ,2 "ɀÚɯÊÈ×ÈÊÐÛàɯÐÕɯ

ÈÚÚÌÚÚÐÕÎɯȿ×ÌÙÚÖÕÈÓÐÚÌËɯÔÌËÐÊÐÕÌɯÈÕËɯÊÖÔ×ÈÕÐÖÕɯËÐÈÎÕÖÚÛÐÊÚɀȭ137 

3.89 Ms Julia Burlison and the Save Our Sons Duchenne Foundation both 

endorsed a recommendation from a recent report on Duchenne Muscular 

Dystrophy and Becker ,ÜÚÊÜÓÈÙɯ#àÚÛÙÖ×ÏàɯÊÈÓÓÐÕÎɯÍÖÙɯɀÊÓÌÈÙɯÍÜÕËÐÕÎɯ

ÔÌÊÏÈÕÐÚÔÚɯÍÖÙɯÎÌÕÌɯÛÏÌÙÈ×ÐÌÚɀȭ138 PTA argued that funding for genomic 

ÛÌÚÛÐÕÎɯÐÕɯ×ÈÙÛÐÊÜÓÈÙɯÐÚɯȿÐÕÈËÌØÜÈÛÌɯÈÕËɯÐÕÊÖÕÚÐÚÛÌÕÛɀȰ139 it added that there is 

no clear pathway for in vitro  diagnostic devices (a category that includes 

genomic tests).140 

3.90 3ÏÌɯ-ÌÞɯ2ÖÜÛÏɯ6ÈÓÌÚɯ&ÖÝÌÙÕÔÌÕÛɯÚÛÈÛÌËɯÛÏÈÛɯȿÛÏÌɯËÐÝÌÙÚÐÛàɯÖÍɯÈËÝÈÕÊÌÚɯÐÕɯ

diagnostics, gene and cell therapies and gene editing to date require a 

ÚÐÔ×ÓÐÍÐÌËɯÈÕËɯÊÓÌÈÙÓàɯËÌÍÐÕÌËɯÈ××ÙÖÝÈÓɯ×ÙÖÊÌÚÚɀɯÈÕËɯȿÛÏÌɯÊÜÙÙÌÕÛɯÙÌÎÜÓÈtory 

×ÈÛÏÞÈàÚȱɯÈÙÌɯÕÖÛɯÚÜÍÍÐÊÐÌÕÛÓàɯÍÓÌßÐÉÓÌɯÛÖɯÈËËÙÌÚÚɯÛÏÌɯÙÈÕÎÌɯÖÍɯÕÖÝÌÓɯÈÎÌÕÛÚɯ

and methods of manufacture and delivery that may be involved in novel 

ÈÕËɯ×ÌÙÚÖÕÈÓÐÚÌËɯÛÏÌÙÈ×ÐÌÚȭɀɯ(ÛɯÙÌÊÖÔÔÌÕËÌËɯȿÐÔ×ÓÌÔÌÕÛÈÛÐÖÕɯÖÍɯÈÓÛÌÙÕÈÛÐÝÌɯ

regulatory pathways better su ited to the bespoke nature of personalised 

ÔÌËÐÊÐÕÌȭɀ141 

3.91 /ÍÐáÌÙɯ ÜÚÛÙÈÓÐÈɯÊÖÔÔÌÕÛÌËɯÛÏÈÛɯȿÛÏÌɯÉÙÌÈËÛÏɯÈÕËɯÊÖÔ×ÓÌßÐÛàɯÖÍɯȻÎÌÕÌɯ

ÛÏÌÙÈ×ÐÌÚȼɯÞÐÓÓɯÉÙÐÕÎɯÊÏÈÓÓÌÕÎÌÚɯÛÖɯÙÌÎÜÓÈÛÖÙàɯÈÕËɯÙÌÐÔÉÜÙÚÌÔÌÕÛɯ×ÙÖÊÌÚÚÌÚɀɯ

ÈÕËɯȿÛÏÌɯÐÚÚÜÌɯÙÌÔÈÐÕÚɯÛÏÈÛɯÛÏÌÙÌɯÐÚɯÊÜÙÙÌÕÛÓàɯÕÖɯdefined HTA pathway and 

no defined reimbursement or funding mechanism for some of these 

ÐÕÕÖÝÈÛÐÝÌɯÛÙÌÈÛÔÌÕÛÚɯÈÕËɯÛÌÊÏÕÖÓÖÎÐÌÚȭɀɯ(ÛɯÙÌÊÖÔÔÌÕËÌËɯÛÏÈÛɯȿÍÐÛ-for-

×ÜÙ×ÖÚÌȱ×ÈÛÏÞÈàÚɯÈÕËɯ×ÙÖÊÌÚÚÌÚɀɯÉÌɯÌÚÛÈÉÓÐÚÏÌËȮɯȿÐÕÊÓÜËÐÕÎɯÕÖÝÌÓɯÍÜÕËÐÕÎɯ

sources and payment mechaÕÐÚÔÚɯÞÏÌÙÌɯÈ××ÙÖ×ÙÐÈÛÌȭɀɯ(ÛɯÈÓÚÖɯËÙÌÞɯÈÛÛÌÕÛÐÖÕɯ

 
136 RVA, Submission 86, p. 11.  

137 PTA, Submission 178, p. 4. 

138 Ms Julia Burlison, Submission 5, p. 2; S Save Our Sons Duchenne Foundation, Submission 33, 

pages 14-ƗƖȮɯÊÐÛÐÕÎɯ ɯ)ÈÊÒÚÖÕɯÈÕËɯ$ØÜÐÛàɯ$ÊÖÕÖÔÐÊÚȮɯȿ+ÐÝÐÕÎɯÞÐÛÏɯɯ#ÜÊÏÌÕÕÌɯȫɯ!ÌÊÒÌÙɯÐÕɯ

 ÜÚÛÙÈÓÐÈȯɯɯÚÜ××ÖÙÛÐÕÎɯÍÈÔÐÓÐÌÚɯÞÈÐÛÐÕÎɯÍÖÙɯÈɯÊÜÙÌɀȮɯ,Ê*ÌÓÓɯ%ÖÜÕËation, Sydney, April 2020, 

cdn.shopify.com/s/files/1/0506/8367/4813/files/ 

McKell_Institute_ -_Equity_Economics_-_Report_into_Duchenne_and_Becker_-_SOSDF_-

_Final_Version_PDF.pdf?v=1614568181, viewed 12 October 2021. 

139 PTA, Submission 178, p. [4]. 

140 PTA, Submission 178, p. [2].  

141 New South Wales Government, Submission 93, pages 6, 19. 



42 
 

 

to the problem that gene therapies often have long term benefits but there 

may be limited long term data available at the time of assessment, which it 

recommended solving by allowing patients access to treatment while 

simultaneously collected longer term real world evidence. 142 

3.92 The mother of a young man with Duchenne Muscular Dystrophy submitted 

ÛÏÈÛɯȿÊÖÕÚÐËÌÙÈÛÐÖÕɯÔÜÚÛɯÉÌɯÎÐÝÌÕɯÛÖɯÛÏÌɯÐÕËÐÝÐËÜÈÓÐÛàɯÖÍɯÎÌÕÌÛÐÊɯÛÏÌÙÈ×àȮɯ

that this technology be assessed differently to drug therapy, making the 

ÖÝÌÙÈÓÓɯÑÖÜÙÕÌàɯÊÏÌÈ×ÌÙɀȭ143 The Queensland Genomics Community 

Advisory Group and Duchenne Australia both emphasised the need for 

Australians to have faster access to gene therapies that become available 

overseas.144 

Genomic testing  

3.93 Another argument made by many submitters was that there needs to be 

greater government-funded provision of genomic testing. 145 Many suggested 

that this should be provided at a national level, which would mean the same 

tests in all states and territories. 146 Support was particularly strong from 

patient groups such as the Australian Pompe Association, which submitted 

ÛÏÈÛɯȿÞÐÛÏÖÜÛɯÕÌÖÕÈÛÈÓɯÛÌÚÛÐÕÎɯÐÕɯ5ÐÊÛÖÙÐÈɯÈÓÖÕÌȮɯÛÏÙÌÌɯÉÈÉÐÌÚɯÏÈÝÌɯÉÌÌÕɯÓÖÚÛɯ

in the last 14 months to Pompe because the disease was not diagnosed fast 

ÌÕÖÜÎÏɯÍÖÙɯÛÙÌÈÛÔÌÕÛɯÛÖɯÉÌɯÐÕÐÛÐÈÛÌËɯÖÙɯÞÈÚɯÚÛÈÙÛÌËɯÍÈÙɯÛÖÖɯÓÈÛÌȭɀ147 Other 

patient groups that advocated for increased testing for their respective 

conditions included Myeloproliferative Neoplasms Alliance Australia, 

Spinal Muscular  Atrophy Australia (for newborns), MND Australia, the 

Leukaemia Foundation, Rare Cancers Australia, Rare Ovarian Cancer and 

the FSHD Global Research Foundation (including prenatal testing).148 

 
142 Pfizer Australia, Submission 137, pages [4]-[5].  

143 Name withheld, Submission 131, p. [1].  

144 Queensland Genomics Community Advisory Group, Submission 44, p. 1; Duchenne Australia, 

Submission 77, p. 2. 

145 Myeloma and Related Diseases Registry, Submission 12, pages [2]-[3];  Name withheld, 

Submission 48, p. [1]; Better Access Australia, Submission 160, p. 5. 

146 Victorian Comprehensive Cancer Centre, Submission 61, p. 2; Amgen,  Submission 82, p. 6;  

Australasian Society of Clinical Immunology and Allergy (ASCIA), Submission 147, p. 5; Omico, 

Submission 184, p. [1].  

147 Australian Pompe Association, Submission 26, pages 2-3.  

148 Myeloproliferative Neoplasms Alliance Aust ralia, Submission 11, pages 5-6; Spinal Muscular 

Atrophy Australia, Submission 37, p. [1]; MND Australia, Submission 64, p. 4; Leukaemia 
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3.94 MND Australia, Research Australia, the Australasian Society  of Clinical 

Immunology and Allergy (ASCIA) and the FSHD Global Research 

Foundation all argued that expanded testing itself is insufficient, but must 

ÈÓÚÖɯÉÌɯÈÊÊÖÔ×ÈÕÐÌËɯÉàɯÈËÌØÜÈÛÌɯȿÎÌÕÌÛÐÊɯÊÖÜÕÚÌÓÓÐÕÎɀȭ149 

3.95 Research Australia, MDAA, the Prader -Willi R esearch Foundation Australia 

and the Foundation for Angelman Syndrome Therapeutics Australia all 

endorsed Action 2.4.1.2 of the National Strategic Action Plan for Rare Diseases: 

Align with and build on the existing National Health Genomics Policy Framework 

for the systematic, equitable and timely delivery of genomic services such as 

genetic testing (diagnostics) and gene therapies (treatments) and genomic 

counselling to Australians with, suspected of having, or with an increased 

chance of a rare disease.150 

3.96 MND Australia and the ASCIA also supported increased provision of 

genomic counselling in more general terms.151 

Other issues 

3.97 PTA did not mention the National Health Genomics Policy Framework, but 

ÚÜÉÔÐÛÛÌËɯÛÏÈÛɯ ÜÚÛÙÈÓÐÈɯÊÜÙÙÌÕÛÓàɯÏÈÚɯȿÕÖɯÊÖÔ×ÙÌÏÌÕÚÐÝÌɯÎÌÕÖÔÐÊÚɯ×ÖÓÐÊàɀɯ

ÈÕËɯÕÌÌËÚɯÚÜÊÏɯÈɯ×ÖÓÐÊàɯÛÖɯÎÜÐËÌɯȿÛÏÌɯÌÕËɯÛÖɯÌÕËɯÈ××ÓÐÊÈÛÐÖÕÚɯÖÍɯÎÌÕÖÔÐÊÚɯÐÕɯ

ÏÌÈÓÛÏÊÈÙÌȮɯÍÙÖÔɯÚÊÙÌÌÕÐÕÎɯÛÖɯËÐÈÎÕÖÚÛÐÊÚȮɯÛÖɯÛÏÌÙÈ×ÌÜÛÐÊÚɯÈÕËɯÔÖÕÐÛÖÙÐÕÎȭɀ152 

(ÛɯÈÓÚÖɯÊÖÔÔÌÕÛÌËɯÛÏÈÛɯ ÜÚÛÙÈÓÐÈɀÚɯȿÍÙÈÔÌÞÖÙÒɯÍÖÙɯÊÈ×ÛÜÙÌȮɯÚÛÖÙÈÎÌɯÈÕËɯÜÚÌɯ

of digital genomic data is fragmented across state-based and commercial 

ËÈÛÈÉÈÚÌÚɀɯÈÕËɯÛÏÈÛɯÊÖÕÚÐËÌÙÈÛÐÖÕɯÕÌÌËÚɯÛÖɯÉÌɯÎÐÝÌÕɯÛÖɯȿÌÚÛÈÉÓÐÚÏÐÕÎɯÈɯÚÌÊÜÙÌɯ

ÚÌÙÝÐÊÌɯÍÖÙɯÚÛÖÙÐÕÎɯÈÕËɯÚÏÈÙÐÕÎɯÎÌÕÖÔÐÊɯËÈÛÈɀɯÈÕËɯÈɯȿÊÓÌÈÙɯ×ÙÖÛÖÊÖÓɯÍÖÙɯËÈÛÈɯ

ÐÕÛÌÙÊÏÈÕÎÌȭɀ153 

3.98 1ÖÊÏÌɯ ÜÚÛÙÈÓÐÈɯ×ÜÛɯÍÖÙÞÈÙËɯÈɯ×ÙÖ×ÖÚÈÓɯÍÖÙɯÈɯȿÕÈÛÐÖÕÈÓɯÎÌÕÖÔÐÊɯÚÌÙÝÐÊÌɯÛÖɯ

bring research and clinical practice together within a quality framework and 

 
Foundation, Submission 103, pages [5], [8]; Rare Cancers Australia, Submission 166, p. [2]; Rare 

Ovarian Cancer, Submission 167, p. [2]; FSHD Global Research Foundation, Submission 200, 

pages 5, 7. 

149 MND Australia, Submission 64, p. 4; Research Australia, Submission 78, p. 6; ASCIA, 

Submission 147, p. 5; FSHD Global Research Foundation, Submission 200, p. [2].  

150 Research Australia, Submission 78, p. 6; MDDA, Submission 109, p. [2]; Submission 110, p. 5; 

Submission 153, p. [3].  

151 MND Australia, Submission 64, p. 3; ASCIA, Submission 147, p. 5. 

152 PTA, Submission 178, pages [4], [7]. 

153 PTA, Submission 178, pages [4], [5]. 
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generate the evidence to support applications for repurposing medicines in 

ÙÈÙÌɯËÐÚÌÈÚÌÚɯÈÕËɯÊÈÕÊÌÙÚȭɀɯ(Û proposed that the service would provide 

ÛÌÚÛÐÕÎɯÈÕËɯÛÙÌÈÛÔÌÕÛɯȹÞÏÌÕɯ×ÖÚÚÐÉÓÌȺɯÛÖɯ×ÈÛÐÌÕÛÚȮɯÊÖÓÓÌÊÛÐÕÎɯȿÚÛÙÜÊÛÜÙÌËɯËÈÛÈɀɯ

for research purposes and to support regulatory and reimbursement 

applications for repurposed treatments. It argued that the service wo uld also 

educate patients and the health workforce, and suggested it should initially 

focus on rare diseases and cancer. It noted that the National Health Service 

(NHS) England established such a service in 2018.154 

3.99 The Gene Therapy Advisory 2ÛÌÌÙÐÕÎɯ&ÙÖÜ×Ȯɯ2àËÕÌàɯ"ÏÐÓËÙÌÕɀÚɯ'ÖÚ×ÐÛÈÓɯ

-ÌÛÞÖÙÒɯËÌÚÊÙÐÉÌËɯÛÏÌɯȿ&ÌÕÌɯ3ÏÌÙÈ×àɯ ÚÚÌÚÚÔÌÕÛɯ3ÖÖÓɀɯÐÛɯÏÈÚɯËÌÝÌÓÖ×ÌËɯÛÖɯ

ȿ×ÙÖÝÐËÌɯÈɯÍÙÈÔÌÞÖÙÒɯÞÐÛÏɯÞÏÐÊÏɯÛÖɯÈÚÚÌÚÚɯÛÏÌɯÔÌÙÐÛÚɯÖÍɯÈɯÎÌÕÌɯÛÏÌÙÈ×àɯÍÖÙɯ

ÊÓÐÕÐÊÈÓɯÛÌÚÛÐÕÎȭɀɯ(ÛɯÜÙÎÌËɯÛÏÈÛɯÈÕɯȿÌÝÐËÌÕÊÌ-based and clearly defined set of 

ÊÙÐÛÌÙÐÈȿɯÚÜÊÏɯÈÚɯÐÛÚɯ3ÖÖÓɯÉÌɯÈËÖ×ÛÌËɯÍÖÙɯÛÏÐÚɯ×ÜÙ×ÖÚÌȭɯ(ÛɯÈÓÚÖɯÙÌÊÖÔÔÌÕËÌËɯ

ÛÏÈÛɯÔÖÙÌɯÜÚÌɯÉÌɯÔÈËÌɯÖÍɯȿÚÛÈÛÌ-ÉÈÚÌËɯ×ÈÕÌÓÚɯÖÍɯÌß×ÌÙÛÚɀɯÚÜÊÏɯÈÚɯÛÏÌɯ2ÛÌÌÙÐÕÎɯ

Group in the approval processes for gene therapies, and that the 

&ÖÝÌÙÕÔÌÕÛɯȿÍÜÕËɯÛÞÖɯÖÙ three state-based gene therapy trials with adjunct 

infrastructure to demonstrate a proof of principle approach to approve gene 

ÛÏÌÙÈ×àȭɀ155 

3.100 Medicines Australia submitted that:  

ȱÕÌÞɯÛà×ÌÚɯÖÍɯÔÌËÐÊÐÕÌÚɯÙÌØÜÐÙÌɯÚ×ÌÊÐÍÐÊɯÌß×ÌÙÛÐÚÌȮɯÐÕÍÙÈÚÛÙÜÊÛÜÙÌɯÖÙɯÈÓÐÎned 

processes to achieve access. Examples include those in the cell and gene 

therapy space, where large overseas biotechnology companies without a 

presence in Australia experience barriers to entering this market, or delay 

filing registration due to uncert ainty or factors related to the small size of the 

Australian market. 156 

Blood products  

3.101 A small number of submitters discussed the position of the national blood 

arrangements in the current system. Their views summed up by CSL 

!ÌÏÙÐÕÎɀÚɯÚÛÈÛÌÔÌÕÛɯÛÏÈÛ ȿÛÏÌɯÊÜÙÙÌÕÛɯÍÜÕËÐÕÎɯÈ××ÙÈÐÚÈÓɯ×ÙÖÊÌÚÚɯÍÖÙɯÕÌÞɯ

blood and blood -related products can be characterised as complex, 

ÜÕÊÌÙÛÈÐÕȮɯÈÕËɯÈÛɯÛÐÔÌÚɯÙÌ×ÌÛÐÛÐÝÌȭɀ157 

 
154 Roche, Submission 92, pages 25-27.  

155 &ÌÕÌɯ3ÏÌÙÈ×àɯ ËÝÐÚÖÙàɯ2ÛÌÌÙÐÕÎɯ&ÙÖÜ×Ȯɯ2àËÕÌàɯ"ÏÐÓËÙÌÕɀÚɯ'ÖÚ×ÐÛÈÓɯ-ÌÛÞÖÙÒȮɯ2ÜÉÔÐÚÚÐÖÕɯƕƔƖȮɯ

pages [1]-[2].  

156 Medicines Australia, Submission 141, p. 12. 

157 CSL Behring, Submission 145, p. 1. 



45 
 

 

3.102 Sanofi made two recommendations in this regard: introduce approval 

timelines and increase transparency; and review the current process.158 

3.103 AusBiotech submitted that access to new blood products is inferior to access 

to new medicines and medical technologies. It based that claim on the fact 

that approval of new blood products for reimbursement tak ÌÚɯȿÚÐÎÕÐÍÐÊÈÕÛÓàɯ

ÓÖÕÎÌÙɀɯÛÏÈÕɯÍÖÙɯÔÌËÐÊÐÕÌÚȮɯÈÕËɯÛÏÌɯÍÈÊÛɯÛÏÈÛɯÛÏÌÙÌɯÐÚɯÕÖɯ&ÖÝÌÙÕÔÌÕÛɯ

commitment to funding new blood products, with funding instead being 

reliant on there being capacity within the National Blood Agreement budget.  

3.104 It made two broad  ÙÌÊÖÔÔÌÕËÈÛÐÖÕÚȮɯÞÏÐÊÏɯÓÈÙÎÌÓàɯÈÓÐÎÕÌËɯÞÐÛÏɯ2ÈÕÖÍÐɀÚȯɯ

introduce statutory timelines, an appraisal cycle, assessment performance 

measures and parallel registration and reimbursement; and reform the blood 

products process in keeping with reform in approvals  for other therapeutic 

products.159 

3.105 The Haemophilia Foundation Australia (HFA) made a comprehensive 

submission on this topic, supporting retention of the current system (with 

significant reforms) and discouraging any move to incorporate blood 

products  into the PBS.160 Many of the issues it touched on such as patient 

involvement and assessment of cost effectiveness were equally applicable to 

other categories of therapeutic products, and accordingly are considered in 

later chapters of this report. Its recommendations that were uniquely 

relevant to blood products included expanding the objectives of the National 

Blood Agreement to recognise the importance of innovation, a review of the 

reimbursement process for new bleeding disorder therapies, inclusion of a 

ÏÈÌÔÈÛÖÓÖÎÐÚÛɯÖÕɯÛÏÌɯ,2 "ɀÚɯ/(".ɯ2ÜÉÊÖÔÔÐÛÛÌÌȮɯÚÌÛÛÐÕÎɯÛÐÔÌÓÐÕÌÚɯÍÖÙɯ

assessment of blood products, and introduction of parallel TGA and MSAC 

processing of blood products.161 

3.106 "2+ɯ!ÌÏÙÐÕÎɀÚɯÚÜÉÔÐÚÚÐÖÕɯÍÖÊÜÚÌËɯÖÕɯÉÓÖÖËɯ×ÙÖËÜÊÛÚȭɯ+ÐÒÌɯÛÏÌɯ'% ȮɯÐÛɯ

emphasÐÚÌËɯÛÏÈÛɯȿ×ÓÈÚÔÈ-derived products are a unique category of 

Ú×ÌÊÐÈÓÐÚÌËɯÛÏÌÙÈ×ÐÌÚɯÛÏÈÛɯÙÌØÜÐÙÌɯÈɯÉÌÚ×ÖÒÌɯ'3 ɯÈ××ÙÖÈÊÏɀȮɯÈÕËɯÛÏÈÛɯÛÏÌàɯ

are mostly used in treating rare diseases which brings further challenges as 

discussed throughout this report. 162 

 
158 Sanofi, Submission 99, p. 5. 

159 AusBiotech, Submission 114, pages 15-16. 

160 Haemophilia Foundation Australia (HFA), Submission 119, p. 5.  

161 HFA, Submission 119, pages 1-2.  

162 CSL Behring, Submission 145, p. 6. 
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3.107 CSL Behring made a number of recommendations for improvements to the 

system, including: governments committing to fund access to new blood 

products within six months of a sponsor accepting a positive 

ÙÌÊÖÔÔÌÕËÈÛÐÖÕȰɯËÌÝÖÓÜÛÐÖÕɯÖÍɯÛÏÌɯ)!"ɀÚɯ'3 ɯÙÖÓÌɯÛÖɯÈÕɯÐÕËÌpendent 

Ìß×ÌÙÛɯÊÖÔÔÐÛÛÌÌȰɯ×ÙÖÝÐÚÐÖÕɯÖÍɯÈɯȿÊÓÌÈÙÓàɯËÖÊÜÔÌÕÛÌËɯ×ÙÖÊÌÚÚɀȮɯÐÕÊÓÜËÐÕÎɯ

×ÜÉÓÐÊÈÛÐÖÕɯÖÍɯÎÜÐËÈÕÊÌɯËÖÊÜÔÌÕÛÚɯÈÕËɯÈÕɯȿÈ××ÙÈÐÚÈÓɯÊàÊÓÌɯÊÈÓÌÕËÈÙɀȰɯ

development and implementation of policies for rare disease treatments; 

allowing parallel registration and  ÙÌÐÔÉÜÙÚÌÔÌÕÛɯ×ÙÖÊÌÚÚÐÕÎȰɯÊÙÌÈÛÐÖÕɯÖÍɯȿÈɯ

ÞÌÉɯ×ÖÙÛÈÓɯÍÖÙɯÊÖÕÚÜÔÌÙɯÊÖÔÔÌÕÛÚɀȰɯÈÕËɯËÌÝÌÓÖ×ÔÌÕÛɯÈÕËɯÈ××ÓÐÊÈÛÐÖÕɯÖÍɯ

Key Performance Indicators for the blood product HTA process. 163 

Committee Comment  

3.108 Over the course of the inquiry it became apparent to the Committee just how 

ÊÖÔ×ÓÌßɯ ÜÚÛÙÈÓÐÈɀÚɯÙÌÎÜÓÈÛÖÙàɯÈÕËɯÙÌÐÔÉÜÙÚÌÔÌÕÛɯÚàÚÛÌÔɯÐÚȭɯ3ÏÌɯ

Committee appreciates that a high level of complexity is necessary given the 

broad range of medicines and technologies the system must cover and the 

difficult and complex n ature of the many of the decisions it must make.  

3.109 If the Committee recommended every change suggested over the course of 

the inquiry and those recommendations were adopted the system would 

become considerably more complex, and potentially unworkable.  Therefore 

the Committee has endeavoured to keep simplicity of the system front of 

mind in all its recommendations in this report. The Committee is supportive 

of the key measure in the Strategic Agreement 2022-2027 between Medicines 

Australia and the Austr alian Government that proposes a full independent 

review of the HTA process starting in July 2022. 

3.110 The Committee acknowledges the hard work of the Department of Health 

and its staff in making the system more comprehensible to patients and the 

general public, particularly in the case of the TGA in the face of the 

unprecedented pressure of the COVID-19 pandemic. Nonetheless, the 

Committee believes that the publically available information about the 

regulatory and reimbursement system, on the Department ÖÍɯ'ÌÈÓÛÏɀÚɯ

website, is still largely targeted at experienced industry members and their 

consultants. The Committee believes improvements should be made to the 

#Ì×ÈÙÛÔÌÕÛɯÖÍɯ'ÌÈÓÛÏɀÚɯÞÌÉÚÐÛÌÚɯÛÖɯÌß×ÓÈÐÕɯÛÏÌɯÙÌÎÜÓÈÛÖÙàɯÈÕËɯ

reimbursement system. 

 
163 CSL Behring, Submission 145, pages 1-2.  
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3.111 The Committee sympathises with MS Australia when it describes the 

#Ì×ÈÙÛÔÌÕÛɯÖÍɯ'ÌÈÓÛÏɀÚɯÞÌÉÚÐÛÌɯÈÚɯȿÐÔ×ÌÕÌÛÙÈÉÓÌȭɀ164 While it is necessary for 

the TGA and the Health Technology Assessment (HTA) websites to include 

detailed technical information for applicants, the Committee believes that 

the Department should also include plain English explanations of the TGA 

and HTA processes on their websites for the benefit of the patients and 

families, who depend on the medicines and medical devices. 

3.112 The "ÖÔÔÐÛÛÌÌɯÉÌÓÐÌÝÌÚɯÛÏÈÛɯÛÏÌɯÊÙÌÈÛÐÖÕɯÖÍɯÛÏÌɯ#Ì×ÈÙÛÔÌÕÛɀÚɯ'3 ɯ

Consumer Evidence and Engagement Unit was a significant step in the right 

direction in terms of engaging with patients, and was impressed by the 

3& ɀÚɯÌÍÍÖÙÛÚɯÛÖɯÙÌÈÊÏɯÖÜÛɯÛÖɯÚÜÉÔÐÛÛÌÙÚɯÛÖɯÛÏÐÚɯÐnquiry to educate them 

ÈÉÖÜÛɯÐÛÚɯÞÖÙÒȭɯ(ÛɯÐÚɯÛÏÌɯ"ÖÔÔÐÛÛÌÌɀÚɯÝÐÌÞɯÛÏÈÛɯÌËÜÊÈÛÐÖÕɯÈÕËɯÌÕÎÈÎÌÔÌÕÛɯÐÚɯ

an area that needs continual enhancement from the Department of Health. 

The Committee emphasises that while the Department of Health should do 

all that it can to better educate and engage with industry and clinicians, 

these groups need to continue to keep informed of how the system works. 

The Committee believes more resourcing from the Australian Government 

either directly to patient groups or through educatio n programs is required.  

3.113 For combination products, the Committee believes that the current system is 

well adapted to assessing some products, particularly where both products 

have the same sponsor and are submitted at the same time. The system 

struggl es with products from different sponsors submitted at different 

times. The Committee recognises that medical innovations in health care are 

×ÙÖÎÙÌÚÚÐÕÎɯÙÈ×ÐËÓàɯÈÕËɯ ÜÚÛÙÈÓÐÈɀÚɯ'3 ɯÚàÚÛÌÔÚɯÔÜÚÛɯÈËÈ×ÛɯØÜÐÊÒÓàɯÛÖɯ

provide an agile assessment system. Therefore the Committee recommends 

a review of the HTA system to streamline the assessment of combination 

products, particularly combination products with different sponsors.  

3.114 The national blood arrangements appear to be something of an anomaly 

within the curr ent system. The Committee believes that this added 

complexity of the reimbursement and HTA system should be reviewed as 

part of the independent review in July 2022, as proposed in the Strategic 

Agreement 2022-27. The Committee believes that all reforms made to the 

broader HTA system should be applied to the national blood arrangements, 

so that the patients who depend upon them are not disadvantaged 

compared to patients of other diseases. 

 
164 MS Australia, Submission 85, p. 10. 
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4. The Patient Voice 

Overview  

3ÏÌɯÊÖÕÊÌ×ÛɯÖÍɯȿÛÏÌɯ×ÈÛÐÌÕÛɯÝÖÐÊÌɀ 

4.1 3ÏÌɯ"ÖÔÔÐÛÛÌÌɀÚɯÐÕØÜÐÙàɯÈÛÛÙÈÊÛÌËɯÚÛÙÖÕÎɯÐÕÛÌÙÌÚÛɯÍÙÖÔɯ×ÈÛÐÌÕÛÚȮɯÛÏÌÐÙɯ

families and advocacy organisations.1 They offered many suggestions for 

improving Australi ÈɀÚɯÊÜÙÙÌÕÛɯÙÌÎÜÓÈÛÖÙàɯÈÕËɯÙÌÐÔÉÜÙÚÌÔÌÕÛɯÚàÚÛÌÔȮɯ

covering a wide range of issues, but the most dominant theme to emerge 

ÍÙÖÔɯÛÏÌÐÙɯÌÝÐËÌÕÊÌɯÞÈÚɯÛÏÌɯÐÔ×ÖÙÛÈÕÊÌɯÖÍɯȿÛÏÌɯ×ÈÛÐÌÕÛɯÝÖÐÊÌɀȭɯ-ÖɯÌßÈÊÛɯ

definition of this concept was offered to the Committee, but whe n asked 

ÞÏÌÛÏÌÙɯÛÏÌɯÊÜÙÙÌÕÛɯÚàÚÛÌÔɯȿÙÌÊÙÜÐÛÚɯÐÛɀȮɯ,Úɯ#ÌÐËÙÌɯ,ÈÊÒÌÊÏÕÐÌȮɯ$ßÌÊÜÛÐÝÌɯ

Officer, Australian Patient Advocacy Alliance (APAA), replied:  

I think it recruits a patient voice; I don't think it recruits the patient voice. 

There is certainly an attemptɭand that sounds a weaker word than it 

probably shouldɭby the department to actually consider the perspective of 

people who are affected by the healthcare system. But often they areɭagain, 

for want of a better termɭvanilla patients. They often don't includ e early on 

in the process, in the design of what they're actually looking at, patients who 

are specifically affected by that condition. I think that's a real opportunity to 

actually improve the system, whereby we can include someone who is directly 

 
1 3ÏÌɯÛÌÙÔÚɯȿ×ÈÛÐÌÕÛɀɯÈÕËɯȿÊÖÕÚÜÔÌÙɀɯÞÌÙÌɯÉÖÛÏɯÜÚÌËɯÛÏÙÖÜÎÏÖÜÛɯÛÏÌɯÐÕØÜÐÙàȮɯÈ××ÈÙÌÕÛÓàɯÞÐÛÏɯÛÏÌɯ

same meaning, and indeed some submitters used both interchangeably: Lymphoma Australia, 

Submission 143, p. [4]; Consumers Health Forum of Australia (CHF), Submission 205, p. 9. The 

ÛÌÙÔɯȿ×ÈÛÐÌÕÛɀɯÐÚɯ×ÙÌÍÌÙÙÌËɯÐÕɯÛÏÐÚɯÙÌ×ÖÙÛȮɯÉÜÛɯÙÌÍÌÙÌÕÊÌÚɯÛÖɯȿÊÖÕÚÜÔÌÙÚɀɯÚÏÖÜÓËɯÉÌɯÙÌÈËɯÈÚɯÏÈÝÐÕÎɯ

the same meaning. 
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affected, either as a patient or as a carer or parent, so that they are able to more 

meaningfully contribute to the process. 2 

4.2 The importance of family and carers noted by Ms Mackechnie was 

emphasised throughout the inquiry. Many submitters were patients 

themselves, such as Ms Fiona Mobbs and Ms Patricia Pontynen, who wrote 

to the Committee as sufferers of Type 1 Narcolepsy and Non Small-Cell 

Lung Carcinoma, a form of lung cancer, respectively.3 However the 

Committee heard from many parents and carers of pati ents who are unable 

to speak for themselves, typically because they are too young or too affected 

by their illness. These advocates included Dr Elizabeth Patterson, who 

appeared before the Committee as the mother of an adult son with Prader-

Willi Syndrome,  and Ms Michelle and Mr Eliot Jones, who wrote on behalf 

of their eight year old son Joshua, one of the many boys with Duchenne 

Muscular Dystrophy whose parents submitted to the inquiry. 4 

4.3 Patients were keen to emphasise how different their voice is from that of 

other key parties to the regulatory and reimbursement system such as 

government, sponsor companies and clinicians, and how important that 

difference makes it for their voice to be included properly in the system.  

Mr Mike Wilson, the Chief Execu tive Officer of JDRF Australia, a Type 1 

Diabetes group, told the Committee:  

The patient voice is of course one that is important, but it is also under 

recognised in most of our systems and structures in Australia today. It is not 

the same as a professional voice or a manufacturer voice, but that is its benefit. 

ȱɯ ɯ×ÈÛÐÌÕÛɅÚɯÈÚÚÌÚÚÔÌÕÛɯÖÍɯÙÐÚÒɯÐÚɯÕÖÛɯÛÏÌɯÚÈÔÌɯÈÚɯÛÏÈÛɯÖÍɯÈɯÙÌÎÜÓÈÛÖÙȭɯ(Ûɯ

should be informed by a doctor, but it is also informed by the ultimate need of 

the individual. I can assure you a patient 's assessment of urgency is very 

different to that of bodies assessing a line-up of drugs and devices awaiting 

their attention. 5 

 
2 Committee Hansard, Melbourne, 22 Apri l 2021, pages 3-4.  

3 Ms Fiona Mobbs, Submission 38, p. [2]; Ms Patricia Pontynen, Submission 60, p. 3.  

4 Prader-Willi Research Foundation Australia (PWRFA), Committee Hansard, Melbourne, 22 April 

2021, pages 10-11; Ms Michelle and Mr Eliot Jones, Submission 132.  

5 Committee Hansard, Sydney, 11 March 2021, p. 23.  
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4.4 The Committee heard from the Patient Voice Initiative, which describes itself 

ÈÚɯȿÈɯÔÜÓÛÐËÐÚÊÐ×ÓÐÕÈÙàɯÊÖÓÓÈÉÖÙÈÛÐÖÕɯÞÏÐÊÏɯadvocates for a greater patient 

ÝÖÐÊÌɯÐÕɯÏÌÈÓÛÏɯ×ÖÓÐÊàȭɀ6 It submitted that:  

ȱÙÌÚÌÈÙÊÏÌÙÚɯÈÕËɯ×ÖÓÐÊà-makers overlook critical issues when striving to 

improve health outcomes because they lack essential contextual knowledge 

which patients gain from living with a condition or using a treatment. This 

includes: 

 Outcomes that are important to patients  

 Benefits not documented in traditional evidence, including non -health 

benefits 

 Risks and adverse events not documented in traditional evidence, including 

non-health risks 

 Knowledge of service variation (especially what really happens as opposed 

to what is meant to happen), often crucially important for people outside of 

our capital cities 

 Knowledge of why some patients cannot access existing drugs and services 

 Knowledge of unmet needs 

 Knowledge of wider societal consequences.7 

4.5 Patients insisted that, far from being confined to any one particular stage of 

the regulatory and reimbursement process, the patient voice must be 

included throughout the entire s ystem.8 

The patient voice and the Therapeutic Goods 

Administration  

Current patient input into Therapeutic Goods Administration 

decision -making  

 
6 Patient Voice Initiative, Submission 71, p. 1.  

7 Patient Voice Initiative, Submission 71, p. 2.  

8 Name withheld, Submission 22, p. [2]. Queensland Genomics Community Advisory Group, 

Submission 44, p.2; GUARD Collaborative (GUARD), Submission 46, p. 2; MND Australia, 

Submission 64, pages 7-8; XLH Australia, Submission 81,p. [1]; Rare Voices Australia (RVA), 

Submission 86, p. 4; Metabolic Dietary Disorders Association (MDDA),  Submission 109, p. [7]; 

PWRFA, Submission 110, p. [4]; Lymphoma Australia, Submission 143, p. [1]; Juvenile Arthritis 

Foundation Australia (JAFA), Submission 154, p. [3]; FSHD Global Research Foundation, 

Submission 200, p. 5. 
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4.6 Adjunct Professor John Skerritt, Deputy Secretary, Health Products 

Regulation, Department of Health (Adjunct  Prof Skerritt), who leads the 

Therapeutic Goods Administration (TGA), said of the role of the patient 

voice in TGA decision-ÔÈÒÐÕÎɯÛÏÈÛɯȿ(ɯÛÏÐÕÒɯÛÏÈÛɯÐÚɯÈÕɯÈÙÌÈɯÞÌɯÕÌÌËɯÛÖɯËÖɯ

ÔÖÙÌɯÐÕȭɀ9 He stated that the most important role patient input can play in 

the 3& ɀÚɯËÌÊÐÚÐÖÕÚɯÐÚɯÛÏÙÖÜÎÏɯÛÏÌɯÐÕÊÓÜÚÐÖÕɯÖÍɯ×ÈÛÐÌÕÛ-reported outcomes. 

These enable the TGA to assess the impact a medicine or device has on 

×ÈÛÐÌÕÛÚɀɯØÜÈÓÐÛàɯÖÍɯÓÐÍÌȭɯ ÊÊÖÙËÐÕÎɯÛÖɯ ËÑÜÕÊÛɯ/ÙÖÍɯ2ÒÌÙÙÐÛÛɯÚÜÊÏɯÖÜÛÊÖÔÌÚɯ

are often more difficult to measure th an more traditional clinical trial 

outcomes, but this difficulty will be minimised in the future as there is a 

ȿÎÓÖÉÈÓɯÛÙÌÕËɀɯÛÖÞÈÙËÚɯÐÕÊÓÜËÐÕÎɯÚÜÊÏɯÖÜÛÊÖÔÌÚȭ10 

4.7 Adjunct Prof Skerritt explained that patients have a more direct voice in the 

3& ɀÚɯÈÊÛÐÝÐÛies through its advisory committees. These committees 

consider most new drugs and many new devices as part of their registration 

processes, and include consumer representatives.11 Since a 2017 

reorganisation there are seven such committees, one each for biologicals, 

chemical scheduling, complementary medicines, medical devices, medicines, 

medicines scheduling and vaccines.12 Since March 2019, the consumer 

representatives from the Advisory Committees on Medicines and Medical 

Devices have served as members of ÛÏÌɯ#Ì×ÈÙÛÔÌÕÛɯÖÍɯ'ÌÈÓÛÏɀÚɯ'ÌÈÓÛÏɯ

Technology Assessment (HTA) Consumer Consultative Committee 

alongside the consumer representatives from the Pharmaceutical Benefits 

Advisory Committee (PBAC), Medical Services Advisory Committee 

(MSAC) and Prostheses List Advisory Committee (PLAC). 13 Adjunct Prof 

2ÒÌÙÙÐÛÛɯÕÖÛÌËɯÛÏÈÛɯÛÏÌɯÔÌÔÉÌÙÚÏÐ×ɯÖÍɯÛÏÌɯ3& ɀÚɯÈËÝÐÚÖÙàɯÊÖÔÔÐÛÛÌÌÚɯÐÚɯ

term-limited, and the TGA conducts call -outs for new members, including 

engagement with consumer groups.14 

4.8 A final important role that patients already play in the regulation of 

therapeutic goods is through adverse event reporting, meaning reporting 

 
9 Committee Hansard, Canberra, 18 June 2021, p. 28. 

10 Committee Hansard, Canberra, 18 June 2021, p. 29. 

11 Committee Hansard, Canberra, 18 June 2021, p. 28. 

12 Therapeutic Goods Administration (TGA), TGA Statutory Advisory Committees, Canberra, July 

2021, www.tga.gov.au/tga -statutory -advisory -committees, viewed 12 October 2021.  

13 Department of Health, Submission 15, p. 28.  

14 Committee Hansard, Canberra, 18 June 2021, p. 28.  

http://www.tga.gov.au/tga-statutory-advisory-committees
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problems with already approved medicines and devices to the TGA. 15 The 

Department of Health (the Department) expl ained that in January 2018 the 

TGA introduced the Black Triangle scheme, which provides information 

about how patients can report adverse events on product labels, for 

ÔÌËÐÊÐÕÌÚɯÍÖÙɯÞÏÐÊÏɯȿÜÚÌɯÐÕɯÛÏÌɯÎÌÕÌÙÈÓɯ×Ö×ÜÓÈÛÐÖÕɯÐÚɯàÌÛɯÛÖɯÉÌɯÍÜÓÓàɯ

ÊÏÈÙÈÊÛÌÙÐÚÌËȭɀ16 

4.9 Adjunct Prof Skerritt told the Committee how he and other TGA officials 

had met with a group of women who were suffering from a rare cancer 

linked to TGA -approved breast implants. He explained that:  

We were working with them on how we could incorporate  their voice, and we 

have a whole program, known as the medical devices action plan, that gives 

ÛÏÌɯ×ÈÛÐÌÕÛɯÝÖÐÊÌɯÈɯÔÜÊÏɯÈɯÔÜÊÏɯÎÙÌÈÛÌÙɯÐÕ×ÜÛȱȭ6ÏÈÛɯÞÌɯÞÈÕÛÌËɯÈÕËɯÞÏÈÛɯ

ÞÌɯÈÙÌɯÈÊÏÐÌÝÐÕÎȱÞÈÚɯÛÖɯÔÈÒÌɯÚÜÙÌɯÖÍɯÖÜÙɯÊÖÔÔÜÕÐÊÈÛÐÖÕÚɯÍÖÙɯ×ÈÛÐÌÕÛÚɯ

ÈÙÖÜÕËɯÞÏÈÛɯÛÖɯËÖȱȭ'ÖÞɯËÖɯÞÌɯÚÏÈ×ÌɯÖÜÙɯÊÖÔÔÜÕÐÊÈÛÐÖÕÚȳɯ8ÖÜɯËÖÕɀÛɯÞÈÕÛɯ

to write in regulator -speak or bureaucrat-Ú×ÌÈÒȭɯ(ÕÊÙÌÈÚÐÕÎÓàȮɯÞÌɀÙÌɯÚÐÛÛÐÕÎɯ

ÈÊÙÖÚÚɯÛÏÌɯÛÈÉÓÌɯÈÕËɯÛÏÌàɀÙÌɯÈÊÛÜÈÓÓàɯÚÏÈ×ÐÕÎɯÛÏÌɯÊÖÔÔÜÕÐÊÈÛÐÖÕÚȭ17 

Patient views on the Therapeutic Goods Administration  

The TheÙÈ×ÌÜÛÐÊɯ&ÖÖËɯ ËÔÐÕÐÚÛÙÈÛÐÖÕɀÚɯÌÕÎÈÎÌÔÌÕÛɯÞÐÛÏɯ×ÈÛÐÌÕÛÚɯÈÕËɯ

patient evidence 

4.10 Some patient groups were complimentary about the TGA. Migraine 

 ÜÚÛÙÈÓÐÈɯÊÖÔÔÌÕÛÌËɯÛÏÈÛɯÛÏÌɯȿÛÏÌɯ3& ɯ×ÙÖÊÌÚÚɯÈ××ÌÈÙÚɯÛÖɯÞÖÙÒɯÞÌÓÓɯÈÕËɯ

have a high level of transparency and trÜÚÛɀȰ18  /  ɯÞÙÖÛÌɯÛÏÈÛɯȿÖÜÙɯ

ÙÌÎÜÓÈÛÖÙàɯ×ÙÖÊÌÚÚɯȹ3& ɯÈÕËɯ/! "ȺɯÐÚɯÙÖÉÜÚÛɯÈÕËɯÛÙÜÚÛÞÖÙÛÏàȮɀɯÈɯÚÌÕÛÐÔÌÕÛɯ

echoed by Cystic Fibrosis Australia (CFA);19 and Rare Voices Australia 

ȹ15 ȺɯÚÈÐËɯÛÏÈÛɯÐÛɯȿÞÖÜÓËɯÓÐÒÌɯÛÖɯÈÊÒÕÖÞÓÌËÎÌɯÛÏÌɯÚÛÙÌÕÎÛÏÚɯÖÍɯÛÏÌɯ

Therapeutic Goods AdmiÕÐÚÛÙÈÛÐÖÕɯÈÕËɯ ÜÚÛÙÈÓÐÈɀÚɯȻ'3 ȼɯÈ××ÙÖÝÈÓɯ

×ÙÖÊÌÚÚÌÚȭɀ20 Nonetheless all three of these groups, along with many other 

 
15 Department of Health, Submission 15, pages 36-37. 

16 Department of Health, Submission 15, p. 34.  

17 Adjunct Prof Skerritt, Committee Hansard, Canberra, 18 June 2021, p. 29.  

18 Migraine Australia, Submission 24, p. 16. 

19 Australian Patient Advocacy Alliance (APAA), Submission 67, p. [1]; Cystic Fibrosis A ustralia 

(CFA), Submission 8, p. [5].  

20 RVA, Submission 86, p. 1. 
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groups and individual patients, had suggested improvements to how the 

TGA functions.  

4.11 Patients were clearly of the view that they need ÔÖÙÌɯÖÍɯÈɯÝÖÐÊÌɯÐÕɯÛÏÌɯ3& ɀÚɯ

ÈÊÛÐÝÐÛÐÌÚȭɯ"% ɯÚÛÈÛÌËɯÛÏÈÛɯÛÏÌÙÌɯÐÚɯȿÕÖɯÊÖÕÚÜÔÌÙɯÊÖÕÚÜÓÛÈÛÐÖÕɯÈÛɯÛÏÌɯ3& ɯ

ÚÛÈÎÌɯÖÙɯ×ÙÐÖÙɀȮɯÚÛÈÛÐÕÎɯÛÏÈÛɯȿÊÖÕÚÜÔÌÙÚɯÔÜÚÛɯÉÌɯ×ÈÙÛɯÖÍɯÛÏÌɯÙÌÎÐÚÛÙÈÛÐÖÕɯ

×ÙÖÊÌÚÚȭɀ21 The GUARD Collaborative (GUARD), a coalition of genetic, 

undiagnosÌËɯÈÕËɯÙÈÙÌɯËÐÚÌÈÚÌɯÖÙÎÈÕÐÚÈÛÐÖÕÚȮɯÊÈÓÓÌËɯÍÖÙɯȿËÐÈÓÖÎÜÌɯÈÛɯÈɯÝÌÙàɯ

early stage, on a specific disease, in a multi-stakeholder format including 

patient representatives, rare disease clinicians, regulators, HTA experts and 

ÐÕËÜÚÛÙàȱɀɯÛÖɯÊÖÕÚÐËÌÙɯÈɯÞÐËÌɯÝÈÙÐÌÛàɯÖÍɯÐÚÚÜÌÚȮɯÈÕËɯÍÖÙɯȿ×ÈÛÐÌÕÛɯ

organisations [to] be supported to create Community Advisory Boards 

composed of trained patient advocates, per disease or group of diseases, in 

order to enable a structured, high quality, and transparent dialogue with all 

stakÌÏÖÓËÌÙÚȭɀ22 

4.12  /  ɯÊÖÔÔÌÕÛÌËɯÛÏÈÛɯȿÛÏÌÙÌɯÐÚɯÈɯÓÈÊÒɯÖÍɯÐÕÊÓÜÚÐÖÕɯÖÍɯÊÖÕÚÜÔÌÙÚɯÈÕËɯ

ÊÖÕÚÜÔÌÙɯÖÙÎÈÕÐÚÈÛÐÖÕÚɯÈÛɯÈÓÓɯÚÛÌ×ÚɯÐÕɯÛÏÌɯ'3 ɯ×ÙÖÊÌÚÚȮɀɯÈÕËɯÛÏÈÛɯȿÛÏÌÙÌɯÈÙÌɯ

few patient -Ú×ÌÊÐÍÐÊɯÔÌÈÚÜÙÌÚɯÐÕÊÓÜËÌËɯÐÕɯÌÝÈÓÜÈÛÐÖÕȭɀɯ(Ûɯ×ÙÖ×ÖÚÌËɯÊÙÌÈÛÐÕÎɯ

ȿÈɯÊÖÕÚÜÓÛÈÛÐÝÌɯÔÌchanism to co-ËÌÚÐÎÕɯ×ÙÖÊÌÚÚɯÐÔ×ÙÖÝÌÔÌÕÛÚɀɯÛÖɯÐÕÊÙÌÈÚÌɯ

ÌÕÎÈÎÌÔÌÕÛȮɯÈÕËɯȿÐÕÊÓÜÚÐÖÕɯÖÍɯ×ÈÛÐÌÕÛɯÔÌÈÚÜÙÌÚȱÐÕɯÛÏÌɯ×ÙÖÊÌÚÚɀȭ23 The 

"ÖÕÚÜÔÌÙÚɯ'ÌÈÓÛÏɯ%ÖÙÜÔɯÖÍɯ ÜÚÛÙÈÓÐÈɯȹ"'%ȺɯÚÛÈÛÌËɯÛÏÈÛɯȿÞÖÙÒÐÕÎɯ

collaboratively with consumers and consumer organisations to access and 

understand real world data around co -design, disease-specific, patient 

relevant/patient -reported health outcomes (PROMs) and patient-reported 

experience measures (PREMs), quality of life and patient preference data, 

ÔÜÚÛɯÉÌɯÐÕÊÓÜËÌËɯÈÚɯ×ÈÙÛɯÖÍɯÛÏÌȱÙÌÎÜÓÈÛÖÙàȱÊÓÐÕÐÊÈÓɯÈÚÚÌÚÚÔÌÕÛÚȭɀ24 The CF 

Patient Pipeline Interest Group asked that the Pharmaceutical Benefits 

Scheme (PBS) Medicines Status website, discussed below, be expanded to 

include TGA information. 25 

Patient comments on other Therapeutic Goods Administration issues  

Use of Overseas Regulators 

 
21 CFA, Submission 8, p. [2].  

22 GUARD, Submission 46, pages 11-12.   

23 APAA, Submission 67, p. [1]. 

24 CHF, Submission 205, p. 7.  

25 CF Pipeline Patient Interest Group, Submission 169, p. 3. 
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4.13 Beyond the issues of engagement with patients and patient evidence, a 

ÕÜÔÉÌÙɯÖÍɯÉÙÖÈËɯÛÏÌÔÌÚɯÌÔÌÙÎÌËɯÍÙÖÔɯ×ÈÛÐÌÕÛÚɀɯÊÖÔÔÌÕÛÈÙàɯÖÕɯÛÏÌɯ3& ȭɯ

The most popular of these was the need for the TGA to rely more on the 

work of overseas regulators, or engage in more collaboration and 

harmonisation with them. Many submitters kept their comments on this 

issue to the general proposition that this would increase the speed of 

 ÜÚÛÙÈÓÐÈɀÚɯÙÌÎÜÓÈÛÖÙàɯ×ÙÖÊÌÚÚɯÈÕËɤÖÙɯÙÌÚÜÓÛɯÐÕ more products being 

registered.26 

4.14 Allergy and Anaphylaxis Australia (A&AA) submitted that the regulators in 

ØÜÌÚÛÐÖÕɯÚÏÖÜÓËɯÖÕÓàɯÉÌɯÛÏÖÚÌɯÖÍɯȿÊÖÜÕÛÙÐÌÚɯ ÜÚÛÙÈÓÐÈɯÏÈÚɯÛÙÜÚÛÌËɯ

ÙÌÓÈÛÐÖÕÚÏÐ×ÚɯÞÐÛÏɀȮ27 while other submitters proposed: those regulators 

already designated Comparable Overseas Regulators (CORs) by the TGA;28 

ÛÏÌɯ$ÜÙÖ×ÌÈÕɯ4ÕÐÖÕɀÚɯ$ÜÙÖ×ÌÈÕɯ,ÌËÐÊÐÕÌÚɯ ÎÌÕÊàɯȹ$, ȺɯÈÕËɯÛÏÌɯ4ÕÐÛÌËɯ

States (US) Food and Drugs Administration (FDA); 29 or just the FDA.30 The 

Australian Federation of AIDS Organisations (A FAO) proposed that the 

3& ɯÚÏÖÜÓËɯÔÈÒÌɯÜÚÌɯÖÍɯÈÚÚÌÚÚÔÌÕÛɯÙÌ×ÖÙÛÚɯÍÙÖÔɯ".1ÚɯÍÖÙɯËÐÚÌÈÚÌÚɯȿÞÐÛÏɯ

ÓÖÞɯ×ÙÌÝÈÓÌÕÊÌɯÈÔÖÕÎɯÛÏÌɯÎÌÕÌÙÈÓɯ×Ö×ÜÓÈÛÐÖÕɀȭ31 MND Australia suggested 

that programs similar to Project Orbis be developed for rare diseases, while 

Ms Pontynen supported referring to overseas regulators when adjusting a 

×ÙÖËÜÊÛɀÚɯÐÕËÐÊÈÛÐÖÕɯÈÍÛÌÙɯÐÛɯÏÈÚɯÉÌÌÕɯÙÌÎÐÚÛÌÙÌËȭ32 

Length of review 

 
26 Alpha -ƕɯ.ÙÎÈÕÐÚÈÛÐÖÕɯ ÜÚÛÙÈÓÐÈɯȹ ƕ. ȺȮɯ2ÜÉÔÐÚÚÐÖÕɯƖƝȮɯ×ȭɯƙȰɯɯ2ÈÕÍÐÓÐ××Öɯ"ÏÐÓËÙÌÕɀÚɯ%ÖÜÕËÈÛÐÖÕȮɯ

Submission 36, p. [2];  JDRF Australia, Submission 52, p.[3]; Mrs Melissa Jose, Submission 54, p. 

[1]; APAA, Submission 67, pages [3]-[4]; SCN2A Australia, Submission 127, p. [2]; Mr and Ms 

Jones, Submission 132, p. [5]; Ovarian Cancer Australia (OCA), Submission 135, p. [4]; JAFA, 

Submission154, p. 4; FSHD Global Research Foundation, Submission 200, p. 5; CHF, Submission 

205, pages 10-11. 

27 Allergy and Anaph ylaxis Australia (A&AA), Submission 128, p. 6.  

28 Eczema Support Australia, Submission 39, p. 2; National Allergy Strategy, Submission 156, p. 

[4]. For more on the CORs see above Chapter 3. 

29 Migraine Australia, Submission 24, p. 16; A1OA, Submission 29, p. 5; Spinal Muscular Atrophy 

Association of Australia (SMA Australia), Submission 37, p. [2]; Narcolepsy Australia, 

Submission 55, p. 4; Duchenne Australia, Submission 77, p. 3; CF Pipeline Patient Interest Group, 

Submission 169, p. 3.  

30 Save Our Sons Duchenne Foundation (SOSDF), Submission 33, p. 17.  

31 Australian Federation of AIDS Organisations (AFAO), Submission 196, p. 4. 

32 MND Australia, Submission 64, p. 8; Ms Pontynen, Submission 60, p. 2. 



56 
 

 

4.15 Another common refrain ɬ reflected in many of the calls for more use of 

international regulatory work - was the need for TGA process to occur 

faster. Fabry Australia highlighted the importance of fast registration for 

patients with chronic progressive conditions, and suggested that current 

timeframes are not fast enough.33 Migraine Australia submitted that 

ÙÌÎÐÚÛÙÈÛÐÖÕɯȿÊÖÜÓË ÉÌɯÍÈÚÛÌÙɀȮɯÈÕËɯÛÏÌɯ"%ɯ/Ð×ÌÓÐÕÌɯ/ÈÛÐÌÕÛɯ(ÕÛÌÙÌÚÛɯ&ÙÖÜ×ɯ

made a similar point, noting that TGA registration times are slower than the 

%# ɀÚɯÈÕËɯ$, ɀÚȭ34 

Off-Label use  

4.16 Several patient groups also raised concerns about the reliance currently 

placed on off-label use of medicines in treatment of certain conditions. The 

Leukaemia Foundation noted that there are no definitive statistics on off -

label usage ɬ which is one of the problems with such usage from a system-

wide perspective - but that it appears to be common in treatment of cancers, 

especially blood cancers.35 3ÏÌɯ%ÖÜÕËÈÛÐÖÕɯ×ÙÖ×ÖÚÌËɯÈɯȿ1ÐÎÏÛɯÛÖɯ3ÙÐÈÓɀɯ

×ÙÖÎÙÈÔɯÛÖɯ×ÙÖÝÐËÌɯȿÈɯÔÌÊÏÈÕÐÚÔɯÍÖÙɯÛÏÌɯÔÖÙÌɯÙÌÎÜÓÈÙɯÈÕËɯÚàÚÛÌÔÈÛÐÊɯÜÚÌɯ

and evaluation of off -ÓÈÉÌÓɯÔÌËÐÊÐÕÌÚɀȭ36 In a similar vein, CHF suggested 

ÊÖÕÚÐËÌÙÈÛÐÖÕɯÖÍɯȿÙÐÎÏÛɯÛÖɯÛÙÐÈÓɀȮɯÈɯ42ɯÊÖÕÊÌ×ÛɯÞÏÌÙÌÉàɯÛÌÙÔÐÕÈÓÓàɯÐÓÓɯ×ÈÛÐÌÕÛÚɯ

are allowed access to therapeutic goods that have completed Phase 1 trials 

but not yet received regulatory approval. 37 

4.17 Rare Ovarian Cancer expressed concern about how common off-label use is 

in the treatment of rare cancers, since it means these medicines are not being 

ÍÜÕËÌËɯÉàɯÛÏÌɯ&ÖÝÌÙÕÔÌÕÛɯÈÕËɯÚÖɯÈÙÌɯȿÐÕÈÊÊÌÚÚÐÉÓÌɯÛÖɯÔÖÚÛɯ×ÈÛÐÌÕÛÚɀȭ38 RVA 

argued that there are two other problems with ongoing off -label usage: it 

ÙÌÓÐÌÚɯÖÕɯÈɯ×ÙÌÚÊÙÐÉÌÙɯȿÞÏÖɯÏÈÚɯÈÕɯÜÕËÌÙÚÛÈÕËÐÕÎɯÖÍɯÛÏÌɯÙÈÙÌɯÊÖÕËÐÛÐÖÕɯÈÕËɯ

the benefits of off-ÓÈÉÌÓɯÜÚÌɀɯÈÕËɯÐÛɯÖÍÛÌÕɯÙÌÓÐÌÚɯÖÕɯÏÖÚ×ÐÛÈÓɯÍÜÕËÐÕÎɯÞÏÐÊÏɯÐÚɯ

by individual applicat ion, so there is no ongoing certainty for the patient. 39 

Post-market surveillance 

 
33 Fabry Australia, Submission 4, p. [2]. 

34 Migraine Australia, Submission 24, p. 16.   

35 Leukaemia Foundation, Submission 103, p. [6]. 

36 Leukaemia Foundation, Submission 103, p. [9]. 

37 CHF, Submission 205, p. 11. 

38 Rare Ovarian Cancer, Submission 167, p. [2].  

39 RVA, Submission 86, p. 12. 
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4.18 5ÈÙàÐÕÎɯÝÐÌÞÚɯÞÌÙÌɯÌß×ÙÌÚÚÌËɯÊÖÕÊÌÙÕÐÕÎɯÛÏÌɯ3& ɀÚɯ×ÖÚÛ-market 

ÚÜÙÝÌÐÓÓÈÕÊÌȭɯ,ÐÎÙÈÐÕÌɯ ÜÚÛÙÈÓÐÈɯÊÖÔÔÌÕÛÌËɯÛÏÈÛɯȿÛÏÌÙÌɯÚÌÌÔÚɯÛÖɯÉÌɯÈɯÝÌÙàɯ

low rate of reporting of side eff ects and adverse events to the TGA, and 

perhaps that reporting process could be made simpler and more consumer 

ÍÙÐÌÕËÓàȭɀ40 

4.19  % .ɯÌß×ÙÌÚÚÌËɯÊÖÕÊÌÙÕɯÛÏÈÛɯȿÖÝÌÙÙÌÎÜÓÈÛÐÖÕɯÈÕËɯÛÏÌɯÊÖÚÛÚɯÐÕÊÜÙÙÌËɯÞÐÛÏɯ

random and unexpected monitoring can act as a disincentive for 

ÔÈÕÜÍÈÊÛÜÙÌÙÚɯÛÖɯÌÕÛÌÙɯÛÏÌɯ ÜÚÛÙÈÓÐÈÕɯÔÈÙÒÌÛȭɀ41 (ÛɯÜÙÎÌËɯÛÏÌɯ3& ɯÛÖɯȿÚÛÙÐÒÌɯÈɯ

balance between conducting essential post market monitoring and 

assessments of approved devices and creating an environment that 

ÌÕÊÖÜÙÈÎÌÚɯÐÕÕÖÝÈÛÐÖÕɀȭ42 

Miscellaneous patient comments on the Therapeutic Goods Administration  

4.20 In addition to the general concerns with the TGA just discussed, some 

patients and patient groups had more varied comments. The CF Pipeline 

Patient Interest Group recommended that the process be changed to allow 

ɀËÈÛÈɯÛÖɯÉÌɯÈËËÌËɯËÜÙÐÕÎɯÛÏÌɯ3& ɯ×ÙÖÊÌÚÚȮɀɯÛÏÌÙÌÉàɯ×ÖÛÌÕÛÐÈÓÓàɯÈÓÓÖÞÐÕÎɯÍÖÙɯ

indications to be expanded without requiring further applications to the 

TGA.43 15 ɯÚÜÎÎÌÚÛÌËɯÛÏÈÛɯȿÈÓÓɯÙÈÙÌɯËÐÚÌÈÚÌɯÈ××ÓÐÊÈÛÐÖÕÚɯÚÏÖÜÓËɯÉÌɯÙÖÜÛÐÕÌÓàɯ

flagged as complex and may require additional scoping and stakeholder 

ÌÕÎÈÎÌÔÌÕÛɯÛÖɯÈËËÙÌÚÚɯ×ÖÛÌÕÛÐÈÓɯÊÏÈÓÓÌÕÎÌÚɯÈÕËɯÜÕÊÌÙÛÈÐÕÛÐÌÚȮɀɯÈɯÊÖÔÔÌÕÛɯ

that ties into the discussion of patient engagement above.44 

4.21 There were a number of suggestions that the TGA should copy initiatives of 

the US FDA, including establishing a Priority Review Voucher system, and 

producing guidance for industry for developing drugs for the rare disease 

Eosinophilic Esophagitis (EoE).45 The Priority Review Voucher system 

involves the FDA rewardi ng a company that has secured approval of a 

treatment for certain rare diseases with a priority review voucher that can be 

 
40 Migrai ne Australia, Submission 24, p.16.  

41 AFAO, Submission 196, p. 5. 

42 AFAO, Submission 196, p. 6. 

43 CF Pipeline Patient Interest Group, Submission 169, p. 1.  

44 RVA, Submission 86, p. 9.  

45 Fragile X Association of Australia (FXAA) Submission 159, p. 2; ausEE Inc., Submission 73, p. 4. 
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used to access priority review for a drug that would not normally be eligible 

for it. 46 

4.22 Ovarian Cancer Australia (OCA) called foÙɯÛÏÌɯÐÕÛÙÖËÜÊÛÐÖÕɯÖÍɯÈɯɀÍÈÚÛɯÛÙÈÊÒɯ

short-ÛÌÙÔɯÈ××ÙÖÝÈÓȮɯÞÐÛÏɯÚÜÉÚÌØÜÌÕÛɯÍÜÓÓɯÙÌÝÐÌÞɀɯ×ÙÖÊÌÚÚȮɯÞÏÐÓÌɯÛÏÌɯ % .ɯ

×ÙÖ×ÖÚÌËɯȿÈɯ×ÙÐÖÙÐÛàɯÛÙÈÊÒɯÍÖÙɯÛÏÌɯÙÌÎÐÚÛÙÈÛÐÖÕɯÖÍɯÔÌËÐÊÐÕÌÚɀȭ47 AFAO 

ÙÌÊÖÔÔÌÕËÌËɯÊÏÈÕÎÐÕÎɯÛÏÌɯ3& ɀÚɯÙÌÎÜÓÈÛÐÖÕɯÖÍɯÈËÝÌÙÛÐÚÐÕÎɯȿÛÖɯ

accommodate health promotion campaigns by non -government 

ÖÙÎÈÕÐÚÈÛÐÖÕÚɀȮɯÚ×ÌÊÐÍÐÊÈÓÓàɯÛÖɯÌÕÈÉÓÌɯÐÛɯÛÖɯ×ÙÖÔÖÛÌɯ'(5ɯÛÌÚÛÐÕÎȭ48 

4.23 Lymphoma Australia raised the problem of pharmaceutical companies 

being unwilling to submit a medicine to the TGA for registration if it will  not 

be reimbursed, even though it may be registered in other countries.49 It 

ÙÌÊÖÔÔÌÕËÌËɯÛÏÈÛɯÛÏÐÚɯÉÌɯËÌÈÓÛɯÞÐÛÏɯÛÏÙÖÜÎÏɯÛÏÌɯÊÙÌÈÛÐÖÕɯÖÍɯȿÈɯ×ÈÛÏÞÈàɯÍÖÙɯ

ÙÌÎÐÚÛÙÈÛÐÖÕȱÛÏÈÛɯÊÈÕɯÈÓÚÖɯÉÌɯÊÓÐÕÐÊÐÈÕɤÙÌÚÌÈÙÊÏɯȻÚÐÊȼɯÖÙɯ×ÈÛÐÌÕÛ-ÐÕÐÛÐÈÛÌËɀȭ50 

This issue forms part of the broader question of the regulatory and 

ÙÌÐÔÉÜÙÚÌÔÌÕÛɯÚàÚÛÌÔɀÚɯÙÌÓÐÈÕÊÌɯÖÕɯÚ×ÖÕÚÖÙɯÊÖÔ×ÈÕÐÌÚȭɯ+àÔ×ÏÖÔÈɯ

Australia commented that many clinicians are unaware of the Special Access 

Scheme - which allows access to unregistered medicines ɬ and 

recommended that they be educated about such matters.51 

The patient voice and the Pharmaceutical Benefits 

Advisory Committee  

Current patient input into Pharmaceutical Benefits Advisory 

Committee decision -making  

4.24 In its submissions to the inquiry, the Department stated that the mechanisms 

through which it engages with patients and stakeholders include:  

 Stakeholder consultation to facilitate access and engagement of specialist 

clinicians, patient networks, research bodies, registries and international 

contacts to enable contribution of rare disease expertise 

 
46 FXAA. Submission 159, p. 2. 

47 OCA, Submission 135, p. 4; AFAO, Submission 196, p. 3.  

48 AFAO, Submission 196, pages 3-4. 

49 Lymphoma Australia, Submission 143, p. [2]. 

50 Lymphoma Australia, Submission 143, p. [3].  

51 Lymphoma Australia, Submission 143, p. [3].  
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 Inputs to submissions through written submissions, consumer hearings, 

stakeholder meetings, patient/family interview and organisational surveys, 

for consideration by the committee. 52 

4.25 The Department outlined the work being done by the recently established 

HTA Consumer Consultative Committee, made up of the consumer 

representatives from across the regulatory and reimbursement system, 

including holding workshops and fora for patient organisations, as sisting in 

the development of the Medicines Status website to allow the public to track 

ÔÌËÐÊÐÕÌÚɯÈÚɯÛÏÌàɯ×ÙÖÎÙÌÚÚɯÛÏÙÖÜÎÏɯÛÏÌɯÓÐÚÛÐÕÎɯ×ÙÖÊÌÚÚȮɯÈÕËɯȿËÌÝÌÓÖ×ÐÕÎɯÈɯ

ÔÌÕÛÖÙÐÕÎɯ×ÐÓÖÛɯ×ÙÖÎÙÈÔɯÍÖÙɯ'3 ɯÊÖÕÚÜÔÌÙɯÊÖÔÔÐÛÛÌÌɯÙÌ×ÙÌÚÌÕÛÈÛÐÝÌÚȭɀ53 

4.26 The Department described the work of its HTA Consumer Evidence and 

$ÕÎÈÎÌÔÌÕÛɯ4ÕÐÛȮɯÌÚÛÈÉÓÐÚÏÌËɯÐÕɯƖƔƕƝȮɯȿÛÖɯÚÜ××ÖÙÛɯÉÙÖÈËÌÙɯÊÖÕÚÜÔÌÙɯ

×ÈÙÛÐÊÐ×ÈÛÐÖÕɯÚÛÙÈÛÌÎÐÌÚȭɀɯ3ÏÐÚɯ4ÕÐÛɯÏÈÚɯÉÌÌÕɯÐÕÝÖÓÝÌËɯÐÕɯÛÏÌɯÔÌÕÛÖÙÐÕÎɯÖÍɯÛÏÌɯ

ÊÖÕÚÜÔÌÙɯÊÖÔÔÐÛÛÌÌɯÙÌ×ÙÌÚÌÕÛÈÛÐÝÌÚȮɯÈÕËɯÐÚɯȿÌß×ÓÖÙÐÕÎɯÞÈàÚɯÛÖ enhance the 

ÛÙÈÕÚ×ÈÙÌÕÊàɯÖÍɯ'3 ɯ×ÙÖÊÌÚÚÌÚɯÍÜÙÛÏÌÙȭɀɯ3ÏÐÚɯÐÕÊÓÜËÌÚɯÉàɯÊÖÕÚÐËÌÙÐÕÎɯÛÏÌɯ

methods used by the United Kingdom (UK) National Institute of Health and 

Care Excellence (NICE), and working on a pilot project for sponsors of 

PBAC submissions to provid e patients with a simple summary of their 

submission.54 ,Úɯ)Öɯ6ÈÛÚÖÕȮɯ#Ì×ÜÛàɯ"ÏÈÐÙȮɯ/! "ȮɯÚÜÔÔÈÙÐÚÌËɯÛÏÌɯ4ÕÐÛɀÚɯ

work as follows:  

That Unit has been able to inform the work of the consumer representatives 

working within committee processes, as well as to start formally developing 

better ways that we can structure liaison and opportunities for participation 

with our external patient representatives, their networks and organisations. 55 

4.27 There are currently two patient representatives on the PBAC, including  Ms 

Watson, and other patients have the opportunity to provide input into the 

assessment of individual submissions. The Department identified four 

principal processes through which that input is contributed:  

 Direct input through consumer comments made to t he committees 

 Invitations to present in person at specific hearings 

 Representation in expert clinical consultations about specific submission 

items 

 
52 Department of Health, Submission 15, p. 38. 

53 Department of Health, Submission 15, pages 38-39.  

54 Department of Health, Submission 15.6, p. [25].  

55 Committee Hansard, Canberra, 24 June 2021, p. 4. 
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 Representation and input to formal stakeholder meetings and public 

consultations.56  

4.28 In its own submiss ion to the inquiry, the PBAC noted the recent changes that 

have been made to the system, submitting that: 

PBAC initiated changes include measures to increase patient engagement, 

patient hearings, increase transparency of information that informs PBAC 

decisions and implementing a process for review of PBAC recommendations 

which have not resulted in a PBS listing of a medicine.57 

Patient views on the Pharmaceutical Benefits Advisory Committee  

3ÏÌɯ/ÏÈÙÔÈÊÌÜÛÐÊÈÓɯ!ÌÕÌÍÐÛÚɯ ËÝÐÚÖÙàɯ"ÖÔÔÐÛÛÌÌɀÚɯÌÕÎÈÎÌÔÌÕÛɯÞÐth 

patients and patient evidence 

4.29 Patients were overwhelmingly of the view that the PBAC needs to be more 

engaged with them and pay more attention to their views. Painaustralia 

ÙÌÍÓÌÊÛÌËɯÛÏÌɯÝÐÌÞÚɯÖÍɯÔÈÕàɯ×ÈÛÐÌÕÛÚɯÞÏÌÕɯÐÛɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯȿÌßÐÚÛÐÕÎɯ

mechanisms for consumer input into PBAC processes [are] limited, and 

ÐÕÈÊÊÌÚÚÐÉÓÌɯÛÖɯÎÙÈÚÚÙÖÖÛÚɯÊÖÕÚÜÔÌÙÚȭɀɯ(ÛɯÎÈÝÌɯÈɯÙÌÊÌÕÛɯÌßÈÔ×ÓÌɯÞÏÌÕɯÐÛɯÞÈÚɯ

consulted by the PBAC through its Deputy Chair on belimumab, a treatment 

ÍÖÙɯÓÜ×ÜÚȮɯÖÕɯÈɯȿÓÐÔÐÛÌËɯÛÐÔÌÍÙÈÔÌɯÈÕËɯØÜÐÊÒɯÛÜÙÕÈÙÖÜÕËɀȮɯÞÏÐÊÏɯÐÛɯÚÈÐËɯ

ÚÏÖÞÌËɯȿÛÏÌɯÐÕÈËÌØÜÈÊàɯÖÍɯ/! "ɀÚɯÊÜÙÙÌÕÛɯÔÌÊÏÈÕÐÚÔÚɯÛÖɯÚÌÌÒɯÊÖÕÚÜÔÌÙɯ

ÐÕ×ÜÛȭɀɯ(ÛɯÙÌÊÖÔÔÌÕËÌËɯÛÏÌɯÝÈÓÜÌÚɯËÌÝÌÓÖ×ÌËɯÉàɯ'ÌÈÓÛÏɯ3ÌÊÏÕÖÓÖÎàɯ

 ÚÚÌÚÚÔÌÕÛɯ(ÕÛÌÙÕÈÛÐÖÕÈÓɀÚɯ(ÕÛÌÙÌÚÛɯ&ÙÖÜ×ɯÍÖÙɯ/ÈÛÐÌÕÛɯÈÕËɯ"ÐÛÐáÌÕɯ

(ÕÝÖÓÝÌÔÌÕÛɯÐÕɯ'3 ɯÈÚɯÈɯȿÜÚÌÍÜÓɯÚÛÈÙÛÐÕÎɯ×ÖÐÕÛɀɯÍÖÙɯÐÔ×ÙÖÝÌÔÌÕÛȭ58 

4.30 2ÐÔÐÓÈÙɯÊÖÕÊÌÙÕÚɯÞÌÙÌɯÚÏÈÙÌËɯÉàɯ,ÐÎÙÈÐÕÌɯ ÜÚÛÙÈÓÐÈȮɯÞÏÐÊÏɯÚÛÈÛÌËɯÛÏÈÛɯȿÐÛɯÐÚɯ

difficult to engage with a PBAC process when there is insufficient 

ÐÕÍÖÙÔÈÛÐÖÕɯ×ÙÖÝÐËÌËɯÍÙÖÔɯ/! "ɀɯÈÕËɯȿÉÙÐÕÎÐÕÎɯËÖÊÛÖÙɯÈÕËɯ×ÈÛÐÌÕÛɯÉÖdies 

in for consultations before a submission is made to PBAC, or very early in 

ÛÏÌɯ/! "ɯ×ÙÖÊÌÚÚȮɯÚÏÖÜÓËɯÉÌɯÙÌØÜÐÙÌËȭɀɯ(ÛɯÈËÝÖÊÈÛÌËɯÍÖÙɯÚÜÊÏɯÉÖËÐÌÚɯÛÖɯÉÌɯ

ÌÕÈÉÓÌËɯÛÖɯȿÐÕÐÛÐÈÛÌɯÚÛÈÒÌÏÖÓËÌÙɯÔÌÌÛÐÕÎÚɯÈÕËɯÈ××ÌÈÓɯËÌÊÐÚÐÖÕÚɯÖÍɯ/! "ɀȭ59 

4.31 The Save Our Sons DuchÌÕÕÌɯ%ÖÜÕËÈÛÐÖÕɯÈÙÎÜÌËɯÛÏÈÛɯÛÏÌÐÙɯȿÊÖÔÔÜÕÐÛàɀɯ

needs to be included in HTA and other processes because the disease is so 

 
56 Department of Health, Submission 15.6, pages 25-26.  

57 Department of Health, Submission 15.3, p. 1. 

58 Painaustralia, Submission 56, p. 8. See Health Technology Assessment International, Patient and 

citizen involvement, Edmonton, undated, htai.org/interest -groups/pcig/, viewed 13 October 2021. 

59 Migraine Australia, Submission 24, pages 17-18.  
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ȿ×ÖÖÙÓàɯÜÕËÌÙÚÛÖÖËɀɯÈÕËɯÓÐÝÌËɯÌß×ÌÙÐÌÕÊÌɯÖÍɯÐÛɯÐÚɯÚÖɯÝÈÓÜÈÉÓÌȭɯ(ÛɯÈÙÎÜÌËɯÛÏÈÛɯ

involvement in HTA would help educate the disease communit y about how 

ÛÏÌɯ×ÙÖÊÌÚÚɯÞÖÙÒÚɯÈÕËɯËÐÚ×ÌÓɯÈÕàɯȿÔàÛÏÚɀɯÈÉÖÜÛɯÐÛȭ60 Duchenne Australia 

ÚÜÉÔÐÛÛÌËɯÛÏÈÛɯȿÛÏÌÙÌɯÕÌÌËÚɯÛÖɯÉÌɯÈɯÊÓÌÈÙɯÈÕËɯÛÙÈÕÚ×ÈÙÌÕÛɯ×ÈÛÏÞÈàɯÛÖɯ×ÙÖÝÐËÌɯ

×ÈÛÐÌÕÛɯÌß×ÌÙÐÌÕÊÌɯËÈÛÈɯÛÏÙÖÜÎÏɯÛÏÌɯ'3 ɯ×ÙÖÊÌÚÚȮɀɯÖÕɯÔÈÛÛÌÙÚɯÚÜÊÏɯÈÚɯȿÓÐÝÌËɯ

Ìß×ÌÙÐÌÕÊÌȮɀɯȿÐÔ×ÈÊÛɯÖÕɯØÜÈÓÐÛàɯÈÕËɯÓÌÕÎÛÏɯÖÍɯÓÐÍÌɀɯÈÕËɯÌÍÍÌÊÛɯÖÕɯȿÚÖÊÐÈÓɯÈÕËɯ

ÊÐÝÐÊɯ×ÈÙÛÐÊÐ×ÈÛÐÖÕȭɀɯ(ÛɯÚÈÐËɯÛÏÈÛɯÐÛɯÞÈÚɯȿÌÚÚÌÕÛÐÈÓɯÛÖɯÌÔÉÌËɯÊÖÕÚÜÔÌÙɯ

×ÈÙÛÐÊÐ×ÈÛÐÖÕɯÐÕɯÛÏÌɯ'3 ɯ×ÙÖÊÌÚÚÌÚɯÛÖɯÍÓÈÎɯ×ÖÛÌÕÛÐÈÓɯÐÚÚÜÌÚɯÌÈÙÓàɯÖÕȭɀ61 

4.32 MS Australia suggested that the HTA ȿ×ÙÖÊÌÚÚɯÙÌÔÈÐÕÚɯÔàÚÛÌÙÐÖÜÚɯÛÖɯÔÖÚÛɯ

consumers and, if they were to consider making a submission, [would] have 

ÛÖɯÐÔÈÎÐÕÌɯÛÏÌɯÐÔ×ÈÊÛɯÈɯÕÌÞɯËÙÜÎɯÔÐÎÏÛɯÏÈÝÌɯÖÕɯÛÏÌÐÙɯÓÐÍÌȭɀɯ(ÛɯÈËÝÖÊÈÛÌËɯÍÖÙɯ

×ÈÛÐÌÕÛÚɯÈÕËɯÊÓÐÕÐÊÐÈÕÚɯÛÖɯÉÌɯ×ÙÖÝÐËÌËɯÞÐÛÏɯȿÈ××ÙÖ×ÙÐÈÛÌȮɯÊÓÌÈÙȮɯÈÊÊÌssible 

×ÜÉÓÐÊÓàɯÈÝÈÐÓÈÉÓÌɯÐÕÍÖÙÔÈÛÐÖÕɯÖÕɯ'3 ɯ×ÙÖÊÌÚÚÌÚȭɀ62 The Melanoma and Skin 

"ÈÕÊÌÙɯ ËÝÖÊÈÊàɯ-ÌÛÞÖÙÒɯȹ,2" -ȺɯÚÛÈÛÌËɯÛÏÈÛɯȿÊÖÕÚÜÔÌÙÚɯÉÙÐÕÎɯÈɯÊÙÜÊÐÈÓɯ

ÓÐÝÌËɯÌß×ÌÙÐÌÕÊÌɀɯÈÕËɯȿ×ÙÖÊÌÚÚÌÚɯÍÖÙɯÌÕÎÈÎÌÔÌÕÛɯÕÌÌËɯÛÖɯÉÌɯÉÖÛÏɯ

meaningful, transparent and have a genuine impact/weighting in the 

ËÌÊÐÚÐÖÕÚȭɀɯ(ÛɯÌÔ×ÏÈÚÐÚÌËɯÛÏÌɯÕÌÌËɯÍÖÙɯÍÌÌËÉÈÊÒɯÛÖɯÉÌɯ×ÙÖÝÐËÌËɯÛÖɯ×ÈÛÐÌÕÛÚɯȿÛÖɯ

ÍÈÊÐÓÐÛÈÛÌɯÊÖÕÛÐÕÜÖÜÚɯÐÔ×ÙÖÝÌÔÌÕÛɯÐÕɯÛÏÌɯÊÖÕÛÙÐÉÜÛÐÖÕÚɯÔÈËÌȭɀ63 

4.33 2×ÌÈÒÐÕÎɯÚ×ÌÊÐÍÐÊÈÓÓàɯÖÍɯÙÈÙÌɯËÐÚÌÈÚÌÚȮɯ15 ɯÈÙÎÜÌËɯÛÏÈÛɯȿÐÛɯÐÚɯÊÙÐÛÐÊÈÓɯÛÏÈÛɯ

HTA processes formally embed, capture and promote the voice of people 

ÓÐÝÐÕÎɯÞÐÛÏɯÙÈÙÌɯËÐÚÌÈÚÌɯÈÕËɯÛÏÌÐÙɯÍÈÔÐÓÐÌÚɯÈÕËɯÊÈÙÌÙÚɀɯÛÖɯȿ×ÙÖÝÐËÌɯÔÜÊÏɯ

ÕÌÌËÌËɯÕÈÙÙÈÛÐÝÌɯÈÕËɯÊÖÕÛÌßÛɯÛÖɯÛÏÌɯËÈÛÈɯ×ÙÌÚÌÕÛÌËȭɀɯ(ÛɯËÐËɯÕÖÛÌɯÛÏÈÛɯÐÕɯÐÛÚɯ

ÝÐÌÞȮɯÞÐÛÏÐÕɯ ÜÚÛÙÈÓÐÈɀÚɯÚàÚÛÌÔȮɯȿ/! "ɯÐs the gold standard in terms 

ÖÍȱÊÖÕÚÜÔÌÙɯÌÕÎÈÎÌÔÌÕÛȭɀ64 

4.34 "'%ɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯ×ÈÛÐÌÕÛɯÐÕÝÖÓÝÌÔÌÕÛɯÐÔ×ÙÖÝÌÚɯÛÏÌɯȿÓÌÎÐÛÐÔÈÊàɀɯÖÍɯ

decision-ÔÈÒÐÕÎȭɯ(ÛɯÈÙÎÜÌËɯÛÏÈÛɯȿÔÌÛÏÖËÚɯÈÙÌɯÕÌÌËÌËɯÛÖɯÐÕÊÖÙ×ÖÙÈÛÌɯËÈÛÈɯÈÕËɯ

ÌÝÐËÌÕÊÌɯ×ÙÖÝÐËÌËɯÉàɯ×ÈÛÐÌÕÛÚɀɯÐÕÛÖɯ'3 ɀɯÈÕËɯȿ'3 ɯÚystems need 

ÔÌÊÏÈÕÐÚÔÚɯÛÖɯÐÕÊÖÙ×ÖÙÈÛÌɯËÈÛÈɯÈÕËɯÌÝÐËÌÕÊÌɯ×ÙÖÝÐËÌËɯÉàɯ×ÈÛÐÌÕÛÚȭɀ65 The 

Haemophilia Foundation Australia (HFA) said that HTA should involve 

ȿÌÝÐËÌÕÊÌɯÛÏÈÛɯÈÕÈÓàÚÌÚɯ×ÈÛÐÌÕÛÚɯÌß×ÌÙÐÌÕÊÌÚɯÈÕËɯȻÜÚÌÚȼɯ×ÈÛÐÌÕÛÚɀɯÞÖÙËÚɯÛÖɯ

 
60 SOSDF, Submission 33, pages 27-28.  

61 Duchenne Australia, Submission 77, pages 2, 6. 

62 MS Australia, Submission 85, p. 10.  

63 Melanoma and Skin Cancer Advocacy Network (MSCAN), Submission 116, p. 4. 

64 RVA, Submission 86, p. 10. 

65  CHF, Submission 205, p. 9. 
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explain what an outcome means to them to gain a comprehensive 

ÜÕËÌÙÚÛÈÕËÐÕÎɯÖÍɯÛÏÌɯÈÊÛÜÈÓɯÖÜÛÊÖÔÌȭɀ66 

4.35  ÕÖÛÏÌÙɯÚÜÉÔÐÛÛÌÙɯÜÙÎÌËɯÛÏÈÛɯȿ/! "ɯÚÜÉÔÐÚÚÐÖÕÚɯÚÏÖÜÓËɯÐÕÊÓÜËÌɯÊÖÕÚÜÔÌÙɯ

ÊÖÔÔÌÕÛÚȭɀ67 This view was shared by CFA, which submitted that the 

&ÖÝÌÙÕÔÌÕÛɯÚÏÖÜÓËɯȿÐÕÚÐÚÛɯÖÕɯÊÖÕÚÜÔÌÙɯÊonsultation and sharing of real -life 

ÌÝÐËÌÕÊÌɯÜ×ɯÍÙÖÕÛɯÐÕɯÛÏÌɯ×ÙÖÊÌÚÚȮɀɯÈÕËɯȿÌÕÊÖÜÙÈÎÌɯÈÕËɯÐÕÊÌÕÛÐÝÐÚÌɯ×ÈÛÐÌÕÛɯ

ÖÙÎÈÕÐÚÈÛÐÖÕÚɯÛÖɯÉÌɯÐÕÝÖÓÝÌËɯÐÕɯÛÏÌɯ×ÙÖÊÌÚÚȭɀ68 ITP Australia submitted that 

ÏÌÈÙÐÕÎɯÈÕËɯÊÖÕÚÐËÌÙÐÕÎɯÛÏÌɯ×ÈÛÐÌÕÛɯÝÖÐÊÌɯȿÐÕÊÓÜËÌÚȮɯÉÜÛɯÐÚɯÕÖÛɯÓÐÔÐted to, 

working with rare disease organisations and consulting effectively on 

patient criteria. 69 

Patient reported outcome measures and patient reported experience measures 

4.36 Many patient organisations called for the inclusion of Patient Reported 

Outcome Measures (PROMs) and Patient Reported Experience Measures 

(PREMs) in the HTA process.70 The absence of such measures was noted by 

CFA and MS Australia, the latter of which emphasised the need for them to 

be included in clinical trials. 71 GUARD emphasised the importance of 

/1.,ÚȮɯËÌÚÊÙÐÉÐÕÎɯÛÏÌÔɯÈÚɯȿÌÚÚÌÕÛÐÈÓɯÔÌÈÚÜÙÌÔÌÕÛÚɯÐÕɯÙÈÙÌɯËÐÚÌÈÚÌɯ

ËÌÝÌÓÖ×ÔÌÕÛɀȮɯÈÕËɯÛÏÌɯÕÌÌËɯÍÖÙɯÛÏÌÔɯÛÖɯÉÌɯËÌÝÌÓÖ×ÌËɯȿÈÛɯÈÕɯÌÈÙÓàɯÚÛÈÎÌɯÖÍɯ

×ÙÖËÜÊÛɯËÌÝÌÓÖ×ÔÌÕÛȭɀ72 The Spinal Muscular Atrophy Association of 

Australia (SMA Australia) like ÞÐÚÌɯÚÛÈÛÌËɯÛÏÈÛɯȿÛÏÌɯÊÖÕÚÜÔÌÙɯÐÚɯÕÖÛɯ×ÈÙÛɯÖÍɯ

the approval process from the beginning with PROMs or PREMs not part of 

ÛÏÌɯ'3 ɯÚÜÉÔÐÚÚÐÖÕȭɀ73 RVA submitted that companies should be 

ȿÌÕÊÖÜÙÈÎÌËɀɯÛÖɯÐÕÊÓÜËÌɯÚÜÊÏɯÔÌÈÚÜÙÌÚɯÈÕËɯÛÖɯÚÏÖÞɯÛÏÈÛɯ×ÈÛÐÌÕÛÚɯÞÌÙÌɯ

 
66 Haemophilia Foundation Australia (HFA), Submission 119, p. 1.  

67 Name withheld, Submission 22, p. [2].  

68 CFA, Submission 8, p. [4]. 

69 ITP Australia , Submission 139, p. 5. 

70 APAA, Submission 67, p. [2]; MSCAN, Submission 116, p. 4; HFA, Submission 119, p. 1; 

Lymphoma Australia, Submission 143, p. [5]. 

71 CFA, Submission 8, p. [2]; MS Australia, Submission 85, p. 11. 

72 GUARD, Submission 46, p. 9. 

73 SMA Australia, Submission 37, p. [2]. 
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involve d in research design.74 Lymphoma Australia recommended that they 

ÉÌɯÐÕÊÓÜËÌËɯÈÚɯ×ÈÙÛɯÖÍɯÈɯȿ×ÖÚÛɯÔÈÙÒÌÛɯÈÚÚÌÚÚÔÌÕÛɯ×ÙÖÊÌÚÚȭɀ75 

Patients calling for more information ɬ submission summaries 

4.37 "% ɯÈ××ÈÙÌÕÛÓàɯÚ×ÖÒÌɯÍÖÙɯÔÈÕàɯ×ÈÛÐÌÕÛÚɯÞÏÌÕɯÐÛɯÚÛÈÛÌËɯÖÍɯȿÓÈÊÒɯÖf 

transparency with sponsor submissions. Not enough information is 

ÈÝÈÐÓÈÉÓÌɯÐÕɯÛÏÌɯ×ÜÉÓÐÊɯËÖÔÈÐÕȭɀɯ(ÛɯÙÌÊÖÔÔÌÕËÌËɯȿ×ÙÖÝÐËȻÐÕÎȼɯÊÖÕÚÜÔÌÙÚɯ

ÞÐÛÏɯÔÖÙÌɯÐÕÍÖÙÔÈÛÐÖÕɯÈÉÖÜÛɯÛÏÌɯÚÜÉÔÐÚÚÐÖÕȭɀ76 The Juvenile Arthritis 

Foundation Australia (JAFA) similarly submitted ÛÏÈÛɯȿÛÙÈÕÚ×ÈÙÌÕÊàɯÐÚɯ

essential and could be achieved without compromising commercially 

ÚÌÕÚÐÛÐÝÌɯÐÕÍÖÙÔÈÛÐÖÕȭɀ77 

4.38 One particular idea that sparked patient interest was the possibility of 

sponsors providing simplified summaries of their submissions to patients to 

enable them to provide better informed input into the assessment process.78 

 ÚɯÔÌÕÛÐÖÕÌËɯÈÉÖÝÌɯÛÏÌɯ#Ì×ÈÙÛÔÌÕÛɀÚɯ'3 ɯ"ÖÕÚÜÔÌÙɯ$ÝÐËÌÕÊÌɯÈÕËɯ

Engagement Unit is already testing a pilot of such scheme. Most of the 

discussions of this idea before the Committee related it to a similar system 

ÈÓÙÌÈËàɯÐÕɯ×ÓÈÊÌɯÐÕɯ2ÊÖÛÓÈÕËȮɯÈÕËɯÐÚɯËÐÚÊÜÚÚÌËɯÍÜÙÛÏÌÙɯÐÕɯÛÏÌɯȿ.ÝÌÙÚÌÈÚɯ

,ÖËÌÓÚɀɯÚÌÊÛÐÖÕɯÉÌÓÖÞȭ 

Patient comments on other Pharmaceutical Benefits Advisory Committee 

issues 

Membership and access to expertise 

4.39 Many patient groups believe that the PBAC needs to engage more closely 

with clinical experts in the diseases for which it is evaluating treatments, 

particularly for rare diseases. Mrs Nicole Millis, Chief Executive Officer, 

RVA, told the Committee:  

Rare disease expertise should be sought and accessible on every approval 

process. All of our approval processes deal with rare disease HTA. We need 

 
74 RVA, Submission 86, p. 4. 

75 Lymphoma Australia, Submission 143, p. [5].  

76 CFA, Submission 8, p. [4]. 

77 JAFA, Submission 154, p. [3].  

78 Lymphoma Australia, Submission 143, p. [5]; Ms Jane Hill, Chief Executive, OCA, Committee 

Hansard, Melbourne, 23 April 2021, p. 45.  
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earlier and ongoing consumer input into HTA ɭand when I say 'consumer' I 

mean patient and clinician. 79 

4.40 Similarly Mrs Annette Burke, Chief Executive Officer, CFA, stated that:  

So we need the expertise and we need it around precision medicine. There are 

incredible things that doctors and scientists are doing around organoids, 

ohmics [sic] and all of those really technical ways of evaluating drugs for the 

individual, not these big, mass double -blind placebo trials. 80 

4.41 Ms Sharon Caris, Executive Director, HFA, explained that: 

ȱÞÌɯÚÛÙÖÕÎÓàɯÈËÝÖÊÈÛÌɯÍÖÙɯÛÏÌɯ'3 ɯÊÖÔÔÐÛÛÌÌÚɯÛÖɯÐÕÊÓÜËÌɯÚ×ÌÊÐÈÓÐÚÛɯÊÓÐÕÐÊÐÈÕÚɯ

and patients at every step to deliver specialised expertise to underpin 

decision-making; for example, with rare diseases like haemophilia, we could 

bring together affected patients, treating clinicians, MSAC [the Medical 

Services Advisory Committee], the NBA [t he National Blood Authority] and 

the sponsor at the beginning of the process to discuss the submission, share 

expertise and data, and discuss solutions around access before the process 

begins.81 

4.42 The National Aboriginal Community -Controlled Health Orga nisation 

ȹ- ""'.ȺɯÕÖÛÌËɯÛÏÈÛɯÐÛɯÊÖÜÓËɯȿÕÖÛɯÐËÌÕÛÐÍàɯÈÕàɯÔÌÔÉÌÙɯÖÍɯÛÏÌɯ'3 ɯ

consumer committee or PBAC with a primary expertise in Aboriginal and 

3ÖÙÙÌÚɯ2ÛÙÈÐÛɯ(ÚÓÈÕËÌÙɯÏÌÈÓÛÏȭɀ82 It recommended that the Department 

ȿÌÕÏÈÕÊÌɯ ÉÖÙÐÎÐÕÈÓɯÈÕËɯ3ÖÙÙÌÚɯ2ÛÙÈÐÛɯ(ÚÓÈÕËÌÙɯ×ÌÖ×ÓÌɀÚɯÙÌ×ÙÌÚÌÕÛÈÛÐÖÕɯ

ÈÊÙÖÚÚɯ"ÖÔÔÖÕÞÌÈÓÛÏɯ'3 ɯÊÖÔÔÐÛÛÌÌÚɯÈÕËɯÈÎÌÕÊÐÌÚȭɀ83 It recommended 

ÛÏÌɯÌÚÛÈÉÓÐÚÏÔÌÕÛɯÖÍɯÈɯÚÌ×ÈÙÈÛÌɯȿ ÉÖÙÐÎÐÕÈÓɯÈÕËɯ3ÖÙÙÌÚɯ2ÛÙÈÐÛɯ(ÚÓÈÕËÌÙɯ

ÔÌËÐÊÐÕÌÚɯÈËÝÐÚÖÙàɯÊÖÔÔÐÛÛÌÌȮɀɯÑÖÐÕÛÓàɯÊÏÈÐÙÌËɯÉàɯ- ""'.ɯÈÕËɯÛÏÌɯ

Department, to fulfil rol es including reviewing current PBS listings for 

Aboriginal and Torres Strait Islander people, scoping potential new listings, 

and advising the Department and HTA committees. 84 

Length of review and resubmissions 

 
79 Committee Hansard, Sydney, 11 March 2021, p. 2. 

80 Committee Hansard, Sydney, 11 March 2021, p. 2. 

81 Committee Hansard, Melbourne, 23 April 2021, p. 49. 

82 National Aboriginal Community -Controlled Health Organisation (NACCHO), Submission 190, 

p. 4. 

83 NACCHO, Submission 190, p. 5. 

84 NACHHO, Submission 190, p. 6. 
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4.43 Many patient groups expressed concern wiÛÏɯÏÖÞɯÓÖÕÎɯ ÜÚÛÙÈÓÐÈɀÚɯ'3 ɯ

processes currently take.85 ,2 "-ȮɯÍÖÙɯÌßÈÔ×ÓÌȮɯÚÛÈÛÌËɯÛÏÈÛɯȿÈÊÊÌÚÚɯÛÖɯÕÌÞɯ

medicines and treatments is too slow, and lags in reimbursement are directly 

ÐÔ×ÈÊÛÐÕÎɯÖÕɯÛÖÖɯÔÈÕàɯ ÜÚÛÙÈÓÐÈÕÚɀɯÞÏÐÓÌɯ#ÜÊÏÌÕÕÌɯ ÜÚÛÙÈÓÐÈɯÊÖÔÔÌÕÛÌËɯ

ÛÏÈÛɯȿȱÛÏÌɯÈ××ÙÖÝÈÓɯ×ÈÛÏÞÈàɯÐÚɯÓÌÕÎÛÏàɯÈÕËɯÙÌÔÈÐÕÚɯÜÕÊÌÙÛÈÐÕɯÈÚɯÛÖɯ

whether it will be successful. 86 

International cooperation 

4.44 As in the case of the TGA, patient groups were enthusiastic proponents of 

increased collaboration with international HTA bodies and  harmonisation of 

HTA processes, with several making general recommendations along those 

lines.87 CHF focused on what Australia can learn about HTA methods from 

overseas rather than direct collaboration, and the Alpha-1 Organisation 

Australia (A1OA) likewi se suggested the Government should review 

international pricing strategies for low volume drugs, such as New 

9ÌÈÓÈÕËɀÚɯÉÜÕËÓÐÕÎɯÈ××ÙÖÈÊÏȭ88 

4.45  ȫ  ɯÊÈÓÓÌËɯÍÖÙɯȿÐÔ×ÙÖÝÌËɯÜÛÐÓÐÚÈÛÐÖÕɀɯÖÍɯÛÏÌɯ".1ɯ×ÈÛÏÞÈàɯÈÕËɯ ""$22ɯ

Consortium, seemingly for HTA purposes, wh ile Lymphoma Australia 

asked that there be in similar progress in this area for HTA as there has 

recently been by the TGA with initiatives such as Project Orbis.89 CFA and 

SMA Australia made arguably the most radical proposal, both suggesting 

that Australi a should jointly negotiate medicine reimbursement with other 

similar countries such as the UK, Canada and New Zealand.90 

Interim access 

4.46 ,ÈÕàɯ×ÈÛÐÌÕÛɯÎÙÖÜ×ÚɯÞÌÙÌɯÚÛÙÖÕÎɯÚÜ××ÖÙÛÌÙÚɯÖÍɯÚÖÔÌɯÍÖÙÔɯÖÍɯȿÐÕÛÌÙÐÔɯ

ÈÊÊÌÚÚɀɯÔÖËÌÓȮɯÔÌÈÕÐÕÎɯ×ÈÛÐÌÕÛÚɯÞÖÜÓËɯÎÌÛɯÈÊÊÌÚs to medicines before the 

final negotiation between sponsor and Government is complete. The CF 

 
85 For example: Name withheld, Submission 91, p. [1]; The Mito Foundation, Submission 125, p. 

[2]; CHF, Submission 205, p. 8. 

86 MSCAN, Submission 116, p. 2; Duchenne Australia, Submission 77, p. 6. 

87 2ÈÕÍÐÓÐ××Öɯ"ÏÐÓËÙÌÕɀÚɯ%ÖÜÕËÈÛÐÖÕȮɯ2ÜÉÔÐÚÚÐÖÕɯƗƚȮɯ×ȭɯƕȰɯ&4 1#Ȯɯ2ÜÉÔÐÚÚÐÖÕɯƘƚȮɯ×ÈÎÌÚɯƕƕ-12; 

JDRF Australia, Submission 52, p. 5;  OCA, Submission 135, p. 4; Carers and Patients of Braf 

V600E Colorectal Cancer, Submission 144, pages [3]ɬ[4]; JAFA, Submission 154, p. [4]; FSHD 

Global Research Foundation, Submission 200, p. 5.    

88 CHF, Submission 205, p. 8; A1OA, Submission 29, p. 5. 

89 A&AA, Submission 128, p. [5]; Lymphoma Australia, Submission 143, p. 5.  

90 CFA, Submission 8, p. [4]; SMA Australia, Submission 37, p. [2].  
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/Ð×ÌÓÐÕÌɯ/ÈÛÐÌÕÛɯ(ÕÛÌÙÌÚÛɯ&ÙÖÜ×ɯÌÕÊÖÜÙÈÎÌËɯÛÏÌɯ&ÖÝÌÙÕÔÌÕÛɯÛÖɯȿÊÖÕÚÐËÌÙɯÛÏÌɯ

&ÌÙÔÈÕɯÔÖËÌÓȱÞÏÌÕɯÓÖÕÎɯÕÌÎÖÛÐÈÛÐÖÕÚɯÈÙÌɯÓÐÒÌÓàȭɀ91  3ÏÌɯȿ&ÌÙÔÈÕɯÔÖËÌÓɀɯ

is discussed in Chapter 6. This was likewise supported by OCA and the 

 /  Ȯɯ×ÈÙÛÐÊÜÓÈÙÓàɯÍÖÙɯȿÓÐÍÌ-ÚÈÝÐÕÎɯËÙÜÎÚȮɀɯÈÕËɯÉàɯ"% ȭ92 SMA Australia 

ÈËÝÖÊÈÛÌËɯÈɯÚÐÔÐÓÈÙɯÊÖÜÙÚÌȮɯÕÈÔÌÓàɯȿÐÔÔÌËÐÈÛÌɯÈÊÊÌÚÚɯÛÖɯÓÐÍÌ-saving drugs 

ÍÖÓÓÖÞÐÕÎɯ3& ɯÈ××ÙÖÝÈÓȭɀ93 1ÈÙÌɯ"ÈÕÊÌÙÚɯ ÜÚÛÙÈÓÐÈɯ×ÙÖ×ÖÚÌËɯȿÎÙÈÕÛÐÕÎɯ

access to treatments once they are assessed as effective and then using real 

ÞÖÙÓËɯ×ÈÛÐÌÕÛɯÌß×ÌÙÐÌÕÊÌɯÛÖɯÈÚÚÌÚÚɯ×ÙÐÊÐÕÎɯÈÍÛÌÙɯÛÏÌɯÍÈÊÛȭɀ94 

Real world evidence 

4.47 Closely linked to the ideas of interim access and patient evidence such as 

PROMs and PREMs , many patient groups agreed that there  needs to be 

more use made of so-ÊÈÓÓÌËɯȿÙÌÈÓɯÞÖÙÓËɯÌÝÐËÌÕÊÌɀɯȹ16$ȺɯÐÕɯ'3 ȭ95 CHF 

supported this proposition and stated that RWE:  

ȱÐÕÊÓÜËÌÚɯÌÓÌÊÛÙÖÕÐÊɯÔÌËÐÊÈÓɤÏÌÈÓÛÏɯÙÌÊÖÙËÚȮ registries, patient reported data 

inclusive of quality -of-life  data, qualitative research, use of surrogate 

outcomes, deciding which outcomes are to be included in an assessment 

which needs patient and clinician input, costing, monitoring over time, and 

analysis of uncertainties.96 

4.48 SMA Australia pointed out that RWE has the advantage over clinical trials 

that it draws from a broad population, not a narrow one, and does not 

ȿÙÌÚÜÓÛɯÐÕɯËÐÚ×ÈÙÐÛÐÌÚɯÐÕɯÈÊÊÌÚÚɯÍÖÙɯÛÏÖÚÌɯÕÖÛɯÌÕÙÖÓÓÌËȭɀ97 

4.49 RVA commented ÛÏÈÛɯȿÊÜÙÙÌÕÛÓàȮɯÛÏÌÙÌɯÐÚɯÕÖɯ×ÙÖÊÌÚÚɯÐÕɯ ÜÚÛÙÈÓÐÈɯÍÖÙɯ

translating and utilising valuable real world data as it emerges, yet this 

remains a potentially invaluable strategy to facilitate timely regulatory 

approval and to enable equitable therapeutic access.ɀ98The CF Pipeline 

/ÈÛÐÌÕÛɯ(ÕÛÌÙÌÚÛɯ&ÙÖÜ×ɯÙÌÊÖÔÔÌÕËÌËɯÈɯȿÉÙÖÈËÌÕÐÕÎɯÖÍɯÛÏÌɯÙÈÕÎÌɯÖÍɯÈÊÊÌ×ÛÌËɯ

 
91 CF Pipeline Patient Interest Group, Submission 169, p. 2.  

92 OCA, Submission 135, p. 4; APAA, Submission 67, p. [4]; CFA, Submission 8, p. [4]. 

93 SMA Australia, Submission 37, p. [2]. 

94 Rare Cancers Australia, Submission 166, p. [4].  

95 CFA, Submission 8, pages [2], [4]; Name withheld, Submission 22, p. [2]; Migraine Australia, 

Submission 24, p. 21; APAA, Submission 67, p. [2]; MS Australia, Submission 85, p. 11; 

Lymphoma Australia, Submission 143, p. [5]. 

96 CHF, Submission 205, p. 8.  

97 SMA Australia, Submission 37, p. [1]. 

98 RVA, Submission 86, p. 9 
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ÌÝÐËÌÕÊÌɯÛÖɯÐÕÊÓÜËÌɯÔÖÙÌɯÜÕÐÝÌÙÚÈÓɯÈÕËɯÈ××ÙÖ×ÙÐÈÛÌɯÜÚÌɯÖÍɯȻ16$ȼɀɯÈÕËɯÛÏÌɯ

creation of guidelines to recognise its value;99 it proposed gathering such 

evidence throuÎÏɯËÈÛÈɯÙÌÎÐÚÛÙÐÌÚȮɯÈÕËɯÛÏÌɯȿ&ÌÙÔÈÕɯÔÖËÌÓɀȮɯËÐÚÊÜÚÚÌËɯ

above.100 &4 1#ɯÕÖÛÌËɯÛÏÌɯÐÔ×ÖÙÛÈÕÊÌɯÖÍɯȿÊÖÕÛÐÕÜÖÜÚɯÎÌÕÌÙÈÛÐÖÕɯÖÍɯ16$ɯ

×ÖÚÛɯÈ××ÙÖÝÈÓɯÛÖɯÙÌËÜÊÌɯÜÕÊÌÙÛÈÐÕÛÐÌÚȭɀ101 

The comparator requirement 

4.50 2ÖÔÌɯ×ÈÛÐÌÕÛɯÎÙÖÜ×ÚɯÊÈÓÓÌËɯÍÖÙɯÙÌÍÖÙÔɯÛÖɯÛÏÌɯ/! "ɀÚɯÊÖÔ×ÈÙÈtor 

requirements. Migraine Australia submitted that a no comparator should be 

ÜÚÌËɯÍÖÙɯÕÌÞɯÔÌËÐÊÐÕÌÚɯȿÞÏÌÙÌɯÛÏÌÙÌɯÐÚɯÕÖɯÙÌÈÓɯÊÖÔ×ÈÙÈÛÖÙɯËÙÜÎɀɯÐÕÚÛÌÈËɯÖÍɯ

the current procedure of using the nearest alternative, pointing to what it 

regards as the inappropriate use of onabotulinum toxin A (Botox) as the 

comparator for a new class of migraine treatments known as Calcitonin 

Gene Related Peptides (CGRPs).102 The CF Patient Pipeline Interest Group 

likewise noted that many of the cystic fibrosis treatments in development are 

ȿÏÐÎÏÓàɯÐÕÕÖÝÈÛÐÝÌɯÎÌÕÌÛÐÊɯÛÏÌÙÈ×ÐÌÚɀȮɯÈÕËɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯÊÖÕÚÌØÜÌÕÛÓàɯȿÛÏÌɯ

type and use of comparators must be reasonable for the specific mutation, 

ÕÖÛɯÛÏÌɯÌÕÛÐÙÌɯ×ÈÛÐÌÕÛɯ×Ö×ÜÓÈÛÐÖÕȭɀ103 

Submissions without a sponsor 

4.51  ɯÕÜÔÉÌÙɯÖÍɯÚÜÉÔÐÛÛÌÙÚɯËÙÌÞɯÛÏÌɯ"ÖÔÔÐÛÛÌÌɀÚɯÈÛÛÌÕÛÐÖÕɯÛÖɯÛÏÌɯ×ÙÖÉÓÌÔɯÖÍɯ

how submissions can be facilitated when there is no company willing to 

sponsor them.  

4.52 CFA and ÛÏÌɯ /  ɯÉÖÛÏɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯȿ×ÈÛÏÞÈàÚɀɯÚÏÖÜÓËɯÉÌɯÌÚÛÈÉÓÐÚÏÌËɯ

ÞÏÌÙÌɯȿÉÌÕÌÍÐÛɯÈÕËɯ×ÈÛÐÌÕÛɯÕÌÌËɯÊÈÕɯÉÌɯËÌÔÖÕÚÛÙÈÛÌËȭɀ104 The PFIC Network 

asked that the rare disease organisations be enabled to work with the 

#Ì×ÈÙÛÔÌÕÛɀÚɯ'3 ɯ"ÖÕÚÜÔÌÙɯ$ÝÐËÌÕÊÌɯÈÕËɯ$ÕÎÈÎÌÔÌÕÛɯ4nit for 

ȿÔÌËÐÊÐÕÌÚɯÞÐÛÏɯËÌÔÖÕÚÛÙÈÛÌËɯÉÌÕÌÍÐÛɯÍÖÙɯÈɯÙÈÙÌɯËÐÚÌÈÚÌȮɀɯÈɯÙÌØÜÌÚÛɯÛÏÈÛɯÞÈÚɯ

echoed by WMozzies, and by the Metabolic Dietary Diseases Association 

and Prader-Willi Research Foundation Australia (PWRFA) which both cited 

 
99 CF Pipeline Patient Interest Group, Submission 169, pages 2-3. 

100 CF Pipeline Patient Interest Group, Submission 169, pages 1, 3. 

101 GUARD, Submission 46, p. 13. 

102 Migraine Australia, Submission 24, pages 18-20. 

103 CF Pipeline Patient Interest Group, Submission 169, p. 3. 

104 CFA, Submission 8, p. [4]; APAA, Submission 67, p. [3].   
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Action 2.4.3.2 of the National Strategic Action Plan for Rare Diseases (Action 

Plan).105 

4.53 Migraine Australia brought up this issue in the specific context of 

ÙÌ×ÜÙ×ÖÚÐÕÎȭɯ(Ûɯ×ÙÖ×ÖÚÌËɯÈɯȿØÜÐÊÒɯÈÕËɯÈÍÍÖÙËÈÉÓÌȱËÌ×ÈÙÛÔÌÕÛÈÓɯ×ÙÖÊÌÚÚɀɯÍÖÙɯ

ÓÐÚÛÌËɯÔÌËÐÊÐÕÌÚɯÛÖɯÏÈÝÌɯÛÏÌÐÙɯÓÐÚÛÐÕÎɯÈÓÛÌÙÌËɯȿÞhen requested by third parties 

ÚÜÊÏɯÈÚɯ×ÈÛÐÌÕÛɯÉÖËÐÌÚȭɀ106 15 ɯÊÈÓÓÌËɯÍÖÙɯȿÈɯÝÐÈÉÓÌɯ×ÈÛÏÞÈàɯÍÖÙɯÊÖÕÚÜÔÌÙÚɯÛÖɯ

ÔÈÒÌɯÈÕɯÈ××ÓÐÊÈÛÐÖÕɀȮɯ×ÈÙÛÐÊÜÓÈÙÓàɯÍÖÙɯÙÌ×ÜÙ×ÖÚÌËɯÔÌËÐÊÐÕÌÚȭ107 

4.54 The Australian and New Zealand Headache Society submitted that it has 

ȿÙÌÊÖÎÕÐÚÌd other areas of unmet need in headache over time but has been 

unable to advocate at any significant level for these changes, since the only 

ÈÝÌÕÜÌɯÐÚɯÛÖɯÍÜÕËɯÈɯÔÈÑÖÙɯÚÜÉÔÐÚÚÐÖÕɯÛÖɯ/! "ȭɀɯ(ÛɯÙÌÊÖÔÔÌÕËÌËɯÛÏÌɯ

ÊÙÌÈÛÐÖÕɯÖÍɯȿÈÕɯÈÓÛÌÙÕÈÛÐÝÌɯ×ÈÛÏÞÈàɯÛÖɯ/! "ɯÊÖÕÚÐderation of such agents; 

the capacity for professional bodies such as ours to make such submissions 

ÞÖÜÓËɯÉÌɯÈÕɯÖ×ÛÐÖÕȭɀ108 

4.55 2ÐÔÐÓÈÙÓàȮɯÛÏÌɯ ÜÚÛÙÈÓÐÈÕɯÈÕËɯ-ÌÞɯ9ÌÈÓÈÕËɯ"ÏÐÓËÙÌÕɀÚɯ

Haematology/Oncology Group submitted that:  

We would also support the development of a streamlined system to allow 

physician-led applications for registration and reimbursement for rare 

indications in cases where pharmaceutical companies are not inclined to invest 

in the registration process.109 

4.56 A doctor who requested name withheld status, called for the establishment 

ÖÍɯ×ÈÛÏÞÈàÚɯÍÖÙɯȿÛÐÔÌÓàɯÞÐËÌÕÐÕÎɯÖÍɯ/!2ɯÍÜÕËÐÕÎɯÖÍɯÛÏÌÙÈ×ÐÌÚɯÞÐÛÏɯ

ÙÌ×ÜÙ×ÖÚÌËɯÜÚÌȮɀɯÈÙÎÜÐÕÎɯÛÏÈÛɯȿÛÏÌÚÌɯ×ÈÛÏÞÈàÚɯÚÏÖÜÓËɯÕÖÛɯÉÌɯËÌ×ÌÕËÌÕÛɯÖÕɯ

initiation by drug companies. This has the advantage of removing 

comÔÌÙÊÐÈÓɯÐÕÛÌÙÌÚÛÚȭɀ110 

4.57 The Macquarie University Centre for the Health Economy (MUCHE) 

ÚÜÎÎÌÚÛÌËɯÛÏÌɯÐÕÛÙÖËÜÊÛÐÖÕɯÖÍɯÈɯȿÊÖÕÛÙÈÊÛÌËɯÈËËÙÌÚÚÔÌÕÛɯ×ÙÖÊÌÚÚɯÍÖÙɯÓÐÚÛÐÕÎɯ

new orphan and off -×ÈÛÌÕÛɯËÙÜÎÚɯÖÕɯÛÏÌɯ/!2ȮɀɯÞÏÐÊÏɯÊÖÜÓËɯÉÌɯÔÖËÌÓÓÌËɯÖÕɯ

ȿÛÏÌɯ,2 "ɯÊÖÕÛÙÈÊÛed assessment process whereby the Department 

 
105 PFIC Network, Submission 19, p. [3]; WMozzies, Submission 165, p. 4; MDDA, Submission 109, 

p. [8]; PWRFA, Submission 110, p. [4].  

106 Migraine Australia, Submission 24, p. 22. 

107 RVA, Submission 86, p. 4. 

108 Australian and New Zealand Headache Society, Submission 115, p. [2]. 

109  ÜÚÛÙÈÓÐÈÕɯÈÕËɯ-ÌÞɯ9ÌÈÓÈÕËɯ"ÏÐÓËÙÌÕɀÚɯ'ÈÌÔÈÛÖÓÖÎàɤ.ÕÊÖÓÖÎàɯ&ÙÖÜ×Ȯɯ2ÜÉÔÐÚÚÐÖÕɯƕƖƔȮɯ×ȭɯƛȭ 

110 Name withheld, Submission 48, p. [2].  
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organises, coordinates and covers the costs associated with developing and 

×ÙÌ×ÈÙÐÕÎɯÛÏÌɯÕÌÊÌÚÚÈÙàɯ,2 "ɯËÖÊÜÔÌÕÛÚɯÍÖÙɯÊÖÕÚÐËÌÙÈÛÐÖÕȭɀ111 

Access for Aboriginal and Torres Strait Islander Australians 

4.58 In additi ÖÕɯÛÖɯÐÛÚɯÊÖÔÔÌÕÛÚɯÖÕɯÛÏÌɯ/! "ɀÚɯÔÌÔÉÌÙÚÏÐ×ɯÈÕËɯÐÛÚɯÈËÝÐÚÖÙàɯ

ÊÖÔÔÐÛÛÌÌɯ×ÙÖ×ÖÚÈÓɯËÐÚÊÜÚÚÌËɯÈÉÖÝÌȮɯ- ""'.ɯÚÜÎÎÌÚÛÌËɯÛÏÌɯÊÙÌÈÛÐÖÕɯÖÍɯȿÈɯ

streamlined pathway to incentivise sponsors to make submissions to PBAC 

for Aboriginal and Torres Strait Islander populatio ÕÚɀɯÈÕËɯÈÕɯȿÜ×ËÈÛÌɯÖÍɯ

PBAC guidelines to emphasise the needs and priorities of Aboriginal and 

3ÖÙÙÌÚɯ2ÛÙÈÐÛɯ(ÚÓÈÕËÌÙɯ×Ö×ÜÓÈÛÐÖÕÚȭɀ112 It argued for these proposals in part 

because of the stark gap in expenditure per capita between Aboriginal and 

Torres Strait Islander Australians and the rest of the population, which was 

found to be $537 per person for the former compared with $891 per person 

for the latter in 2020.113 

Broader concept of value  

4.59 Another vital issue for patients was the question of how med icines, 

particularly for rare diseases, are valued. Narcolepsy Australia 

ÙÌÊÖÔÔÌÕËÌËɯÛÏÈÛɯȿØÜÈÓÐÛàɯÖÍɯÓÐÍÌɯÈÚÚÌÚÚÔÌÕÛɯÊÖÕÚÐËÌÙÈÛÐÖÕÚɯÉÌɯ×ÌÙÔÐÛÛÌËɯÐÕɯ

È××ÓÐÊÈÛÐÖÕÚȭɀ114 (3/ɯ ÜÚÛÙÈÓÐÈɯÙÌÊÖÔÔÌÕËÌËɯÛÏÈÛɯÛÏÌÙÌɯÉÌɯȿÈɯÙÌÚÛÙÜÊÛÜÙÌɯÖÍɯ

the [economic assessment] of treatments to include not just the immediate 

ÊÖÚÛÚȱÉÜÛɯÛÏÌɯÓÐÍÌÓÖÕÎɯÌÊÖÕÖÔÐÊÚɀɯÌÚ×ÌÊÐÈÓÓàɯÍÖÙɯÙÈÙÌɯËÐÚÌÈÚÌÚȭ115 SMA 

 ÜÚÛÙÈÓÐÈɯÚÜÎÎÌÚÛÌËɯȿÕÖÝÌÓɯÝÈÓÜÌ-based pricing strategies incorporating 

ÉÙÖÈËɯ'3 ɯÛÖɯÔÈßÐÔÐÚÌɯÉÌÕÌÍÐÛÚȱÊÖÜÓËɯÉÌɯÈɯÞÈàɯÖÍɯÍÜÛÜÙÌɯÈÊÊÌÚÚȭɀ116 The 

PÈÛÐÌÕÛɯ5ÖÐÊÌɯ(ÕÐÛÐÈÛÐÝÌɯÏÐÎÏÓÐÎÏÛÌËɯÛÏÌɯÐÔ×ÖÙÛÈÕÊÌɯÖÍɯÐÕÊÓÜËÐÕÎɯɀÉÌÕÌÍÐÛÚɯÕÖÛɯ

documented in traditional evidence, including non -ÏÌÈÓÛÏɯÉÌÕÌÍÐÛÚȮɀɯÈÚɯÞÌÓÓɯ

ÈÚɯȿÕÖÕ-ÏÌÈÓÛÏɯÙÐÚÒÚȭɀ117 

4.60 ,ÐÎÙÈÐÕÌɯ ÜÚÛÙÈÓÐÈɯÐÕÚÐÚÛÌËɯÛÏÈÛɯÍÖÙɯȿÕÌÞɯËÙÜÎÚɯÞÐÛÏÖÜÛɯÊÖÔ×ÈÙÈÛÖÙɀɯÛÏÌɯ

impact of a potential listing on the health budget should not be considered, 

but rather the impact on the budget as a whole, thus including factors such 

 
111 Macquarie University Centre for the Health Economy (MUCHE), Submission 62, p. 2.  

112 NACCHO, Submission 190, pages 5-6.  

113 NACCHO, Submission 190, p. 3.  

114 Narcolepsy Australia, Submission 55, p. 6. 

115 ITP Australia, Submission 139, p. 5 

116 SMA Australia, Submission 37, p. [1].  

117 Patient Voice Initiative, Submission 71, p. 2. 
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as increased tax revenue through patients returning to the workforce. It 

ËÌÚÊÙÐÉÌËɯÛÏÐÚɯÈÚɯÈɯȿÏÖÓÐÚÛÐÊɯcost-ÉÌÕÌÍÐÛɯÈÕÈÓàÚÐÚȭɀ118  A similar argument was 

ÔÈËÌɯÉàɯ'% ȮɯÞÏÐÊÏɯÚÜÎÎÌÚÛÌËɯÛÏÈÛɯÛÏÌɯ'3 ɯ×ÙÖÊÌÚÚɯÕÌÌËÚɯÛÖɯȿÊÖÕÚÐËÌÙɯÛÏÌɯ

cost benefits to the whole of government of the whole of life benefits that our 

ÊÖÔÔÜÕÐÛàɯÌß×ÌÙÐÌÕÊÌȮɀɯÕÖÛɯÑÜÚÛɯÛÏÌɯÐÔ×ÈÊÛÚɯÖÕɯÏÌÈÓÛÏ budgets. Its examples 

ÖÍɯȿÐÕËÐÙÌÊÛɯÉÌÕÌÍÐÛÚɀɯÐÕÊÓÜËÌËɯȿÊÏÐÓËÙÌÕɯÉÌÐÕÎɯÈÉÓÌɯÛÖɯÈÛÛÌÕËɯÚÊÏÖÖÓɯÙÌÎÜÓÈÙÓàɀɯ

and relatives being able to spend less time caring for patients and more time 

working. 119 

4.61 "'%ɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯȿÛÏÌɯÊÜÙÙÌÕÛɯ/! "ɯÈÚÚÌÚÚÔÌÕÛɯÖÍɯ

medicinÌÚȱÐÕÈËÌØÜÈÛÌÓàɯÊÖÕÚÐËÌÙÚɯÛÏÌɯÌÝÈÓÜÈÛÐÖÕɯÖÍɯÚÖÊÐÈÓɯÈÕËɯÌÊÖÕÖÔÐÊɯ

ÐÔ×ÈÊÛÚɯÖÍɯÈɯ×ÈÙÛÐÊÜÓÈÙɯÐÕÛÌÙÝÌÕÛÐÖÕȱȭ$ÊÖÕÖÔÐÊɯÌÝÈÓÜÈÛÐÖÕɯÖÍɯÈÕɯ

intervention must be conducted within a societal perspective and [with a] 

ÉÙÖÈËÌÙɯÊÖÕÛÌßÛɯÐÕɯÔÐÕËȭɀ120 ) % ɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯȿȱÜÓÛÐmately most 

decisions are based on cost. While this remains in place, beneficial therapies 

either are not funded through the PBS or take an unnecessarily long time to 

ÉÌɯÓÐÚÛÌËȭɀɯ(ÛɯÙÌÊÖÔÔÌÕËÌËɯÛÏÈÛɯÈɯÍÖÙÔÈÓɯÙÌÝÐÌÞɯÖÍɯÛÏÌɯ/!2ɯÍÜÕËÐÕÎɯÔÖËÌÓɯÉÌɯ

undertaken to  try to develop a better model. 121 

4.62 &4 1#ɯÈÙÎÜÌËɯÛÏÈÛɯÛÏÌɯÊÜÙÙÌÕÛɯÈ××ÙÖÈÊÏɯÛÖɯȿÚÌÛÛÐÕÎɯÈɯ×ÙÐÊÌɯÈÊÊÖÙËÐÕÎɯ

ÛÖȱÛÏÌɯ×ÌÙÊÌÐÝÌËɯÖÙɯÌÚÛÐÔÈÛÌËɯÝÈÓÜÌɯÖÍɯÈɯÔÌËÐÊÐÕÌɯËÖÌÚɯÕÖÛɯÞÖÙÒȮɯÐÕɯ

×ÈÙÛÐÊÜÓÈÙɯÍÖÙɯÙÈÙÌɯËÐÚÌÈÚÌÚȭɀɯ(ÛɯÚÜÎÎÌÚÛÌËɯÛÏÈÛɯÔÖÙÌɯÞÖÙÒɯÐÚɯÕÌÌËÌËɯÖÕɯ

correctly valuing medicines according to the outcomes they produce, and 

raised the possibility of paying lower prices in return for faster 

reimbursement of medicines.122 3ÏÌɯ/%("ɯ-ÌÛÞÖÙÒɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯȿÙÈÙÌɯ

disease therapies [are] unable to meet the criteria for subsidy under current 

/! "ɯȱ×ÈÛÏÞÈàÚɯÈÚɯÛÏÌàɯÞÌÙÌɯËÌÚÐÎÕÌËɯÍÖÙɯÛÏÌɯÌÝÈÓÜÈÛÐÖÕɯÖÍɯÊÖÔÔÖÕɯ

ËÐÚÌÈÚÌɯÛÏÌÙÈ×ÐÌÚȭɀ123 

4.63 The A1OA argued that subsidisation of new drugs or technologies should be 

×ÙÐÖÙÐÛÐÚÌËɯȿÞÏÌÙÌɯÈɯÎÌÕÌÛÐÊɯËÐÚÖÙËÌÙɯÏÈÚɯÕÌÝÌÙɯÏÈËɯÈÕàɯÚÜÉÚÐËÐÚÌËɯ

 
118 Migraine Aus tralia, Submission 24, p. 20. 

119 HFA, Submission 119, pages 2, 7. 

120 CHF, Submission 205, p. 8. 

121 JAFA, Submission 154, p. [4]. 

122 GUARD, Submission 46, pages 12-13.  

123 PFIC Network, Submission 19, p. [9].  
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tÙÌÈÛÔÌÕÛȭɀ124 6,ÖááÐÌÚɯÊÈÓÓÌËɯÍÖÙɯȿÌØÜÐÛàɀɯÛÖɯÉÌɯÈËËÌËɯÛÖɯÛÏÌɯ×ÙÐÕÊÐ×ÓÌÚɯ

ÜÕËÌÙ×ÐÕÕÐÕÎɯ ÜÚÛÙÈÓÐÈɀÚɯ'3 ɯ×ÙÖÊÌÚÚÌÚȭ125 

The post-Pharmaceutical Benefits Advisory Committee process and price negotiations 

4.64 Migraine Australia raised the issue of how post-PBAC pricing negotiations 

are conducted, suggesting that budgetary concerns are too prominent within 

ÛÏÌɯ/! "ɀÚɯËÌÊÐÚÐÖÕɯÔÈÒÐÕÎɯÈÕËɯÛÏÈÛɯÛÏÌɯ/ÏÈÙÔÈÊÌÜÛÐÊÈÓɯ!ÌÕÌÍÐÛÚɯ/ÙÐÊÐÕÎɯ

Authority should be re -established to provide independent oversight of the 

pri cing negotiation process.126 SCN2A Australia requested the Government 

ȿÙÌËÜÊÌɯÛÏÌɯËÌÓÈàɯÐÕɯÎÌÛÛÐÕÎɯÈ××ÙÖÝÌËɯÔÌËÐÊÈÛÐÖÕÚɯÈÝÈÐÓÈÉÓÌɯÛÖɯ×ÈÛÐÌÕÛÚɀȮɯ

although it used medicinal cannabis as an example of this, so it is unclear to 

what extent this refers to price.127 

4.65  ȫ  ɯÈÚÒÌËɯÍÖÙɯȿÈɯÔÖÙÌɯÌÍÍÐÊÐÌÕÛɯÙÌÎÐÚÛÙÈÛÐÖÕɯÈÕËɯ/!2ɯÓÐÚÛÐÕÎɯ×ÙÖÊÌÚÚɯ

ÞÐÛÏÖÜÛɯÑÌÖ×ÈÙËÐÚÐÕÎɯÊÖÕÚÜÔÌÙɯÚÈÍÌÛàȮɀɯÎÐÝÐÕÎɯÛÏÌɯÌßÈÔ×ÓÌɯÖÍɯÛÏÌɯÈÛÖ×ÐÊɯ

eczema treatment dupilumab, which had been recommended by PBAC 

seven months before the date of submission but had still not been listed. 128 

"'%ɯÚÛÈÛÌËɯÛÏÈÛɯȿÐÔ×ÙÖÝÌËȮɯÚÛÙÌÈÔÓÐÕÌËɯ×ÙÐÊÐÕÎɯÕÌÎÖÛÐÈÛÐÖÕɯ×ÙÖÊÌÚÚÌÚɯÈÙÌɯ

needed to enable greater transparency of funding arrangements across the 

ÏÌÈÓÛÏɯÚàÚÛÌÔȭɀ129  Several submitters raised the issue of the lack of any time 

limit on price negotiations between the Government and sponsors; 130 MS 

 ÜÚÛÙÈÓÐÈȮɯÍÖÙɯÌßÈÔ×ÓÌȮɯÈÙÎÜÌËɯÛÏÈÛɯÐÔ×ÖÚÐÕÎɯÚÜÊÏɯÈɯÓÐÔÐÛɯȿÞÖÜÓËɯ×ÙÖÝÐËÌɯ

ÚÖÔÌɯÊÌÙÛÈÐÕÛàɯÙÌÎÈÙËÐÕÎɯÈÊÊÌÚÚɯÛÖɯÛÙÌÈÛÔÌÕÛɯÈÕËɯÔÈÕÈÎÐÕÎɯÊÖÕÚÜÔÌÙÚɀɯÈÕËɯ

ÊÓÐÕÐÊÐÈÕÚɀɯÌß×ÌÊÛÈÛÐÖÕÚȭ131 

Listing update and review process 

4.66 /61% ɯÛÖÜÊÏÌËɯÖÕɯÈÕÖÛÏÌÙɯÊÖÔÔÖÕɯÛÏÌÔÌɯÐÕɯÙÌÊÖÔÔÌÕËÐÕÎɯȿÛÏÈÛɯÛÏÌÙÌɯÐÚɯ

a process for timely review and updating of PBS listings to ensure equitable 

 
124 A1OA, Submission 29, p. 2. 

125 WMozzies, Submission 165, p. 3. 

126 Migraine Australia, Submission 24, pages 21-22.  

127 SCN2A Australia, Submission 127, p. [2].  

128 A&AA, Submission 128, p. [5]. Dupilumab was subsequently listed on the PBS on 1 April 2021: 

Department of Health, Dupilumab, Canberra, May 2021, 

www.pbs.gov.au/medicinestatus/document/331.html  

, viewed 1 September 2021. 

129 CHF, Submission 205, p. 9. 

130 Name withheld, Submission 22, p. [2]; APAA, Submission 67, p. [3]. 

131 MS Australia, Submission 85, p. 11. 

http://www.pbs.gov.au/medicinestatus/document/331.html
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and evidenced-ÉÈÚÌËɯȻÚÐÊȼɯÈÊÊÌÚÚɯÛÖɯÛÏÌÙÈ×ÐÌÚȭɀ132 ITP Australia suggested 

that sucÏɯÈɯ×ÙÖÊÌÚÚɯȿÜÛÐÓÐÚÌɯÌÝÐËÌÕÊÌɯÍÙÖÔɯÙÌ×ÜÛÈÉÓÌɯÐÕÛÌÙÕÈÛÐÖÕÈÓɯÈÎÌÕÊÐÌÚɀȮɯ

ÞÏÐÓÌɯ+àÔ×ÏÖÔÈɯ ÜÚÛÙÈÓÐÈɯÈÚÒÌËɯÛÏÈÛɯÐÛɯÐÕÊÓÜËÌɯȿÙÐÎÖÙÖÜÚɯ×ÈÛÐÌÕÛɯ

ÔÌÈÚÜÙÌÚɀȭ133 The CF Patient Pipeline Interest Group recommended that the 

&ÖÝÌÙÕÔÌÕÛɯȿÈÓÓÖÞɯÔÖÙÌɯÍÓÌßÐÉÓÌɯÔÖËÌÓÚɯÚÜÊÏɯÈÚɯɁ×Ð×ÌÓÐÕÌɯÈÎÙÌÌÔÌÕÛÚɂɯÛÖɯ

be considered with a particular sponsor, where new medications are 

provided and the listing can be expanded to include additional patients 

ÞÐÛÏÖÜÛɯÈËËÐÛÐÖÕÈÓɯ/! "ɯÔÌÌÛÐÕÎÚɀȭ134 Migraine Australia advocated for 

ȿÈÜÛÖÔÈÛÐÊÈÓÓàɯÓÐÚÛÐÕÎɯÈÓÛÌÙÕÈÛÐÝÌɯ×ÙÌ×ÈÙÈÛÐÖÕÚɯÈÕËɯ×ÈÊÒɯÚÐáÌÚɀȭ135 

The patient voice and the Medical Benefits Advisory 

Committee  

4.67 3ÏÌɯ#Ì×ÈÙÛÔÌÕÛɯÐÕÍÖÙÔÌËɯÛÏÌɯ"ÖÔÔÐÛÛÌÌɯÛÏÈÛɯȿÍÙÖÔɯƕɯ)ÜÓàɯƖƔƖƕȮɯÙÌÝÐÚÌËɯ

MSAC consultation processes took effect to improve opportunities for 

stakeholder input, provide procedural fairness and improve 

ÛÙÈÕÚ×ÈÙÌÕÊàȭɀ136 

Patient views on Medical Services Advisory Committee  

,ÌËÐÊÈÓɯ2ÌÙÝÐÊÌÚɯ ËÝÐÚÖÙàɯ"ÖÔÔÐÛÛÌÌɀÚɯÌÕÎÈÎÌÔÌÕÛɯÞÐÛÏɯ×ÈÛÐÌÕÛÚɯÈÕËɯ

patient evidence 

4.68 Many patients commented on HTA in general ra ther than one of the specific 

HTA committees in particular. Nonetheless, the MSAC is an important body 

for many patients, and some specifically addressed it in their submissions. 

4.69 &4 1#ɯÊÖÔÔÌÕÛÌËɯÛÏÈÛɯȿÞÌɯÞÌÓÊÖÔÌɯÛÏÌɯÙÌÝÐÌÞɯÖÍɯ,2 "ɯ&ÜÐËÌÓÐÕÌÚɯÈÕËɯ

the proposed move to include personal utility as part of the decision -making 

but are concerned that this will further add time and qualitative measures 

ÞÐÓÓɯÕÖÛɯÉÌɯÌØÜÈÓɯÐÕɯÞÌÐÎÏÛɯÛÖɯØÜÈÕÛÐÛÈÛÐÝÌɯÔÌÈÚÜÙÌÚȭɀ137 The Leukaemia 

Foundation supported Action 2.2.3.b of  the National Strategic Action Plan for 

 
132 PWRFA, Submission 110, p. [3].  

133 ITP Australia, Submission 139, p. 5; Lymphoma Australia, Submission 143, p. [5].  

134 CF Pipeline Patient Interest Group, Submission 169, p. 3.  

135 Migraine Australia, Submission 24, p. 22. 

136 Department of Health, Submission 15.6, p. [25]. 

137 GUARD, Submission 46, p.  
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Blood Cancers, under which the working group the Action Plan establishes 

should work with the Government and other stakeholders to:  

Continue important reforms to MSAC processes for MBS [Medicare Benefits 

Schedule] listings, focusing on greater transparency and the rapid adoption of 

ËÐÈÎÕÖÚÛÐÊÚȱ3ÏÐÚɯÚÏÖÜÓËɯÐÕÊÓÜËÌɯÌÕÏÈÕÊÐÕÎɯÊÖÕÚÜÔÌÙɯÜÕËÌÙÚÛÈÕËÐÕÎɯÖÍɯÈÕËɯ

engagement with the MBS listing process, drawing experience from improved 

consumer engagement in PBS processes.138 

4.70 15 ɯÓÐÒÌÞÐÚÌɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯȿÛÏÌɯ,2 "ɯÊÌÙÛÈÐÕÓàɯÓÈÊÒÚɯÛÙÈÕÚ×ÈÙÌÕÊàɯÈÙÖÜÕËɯ

ÛÐÔÌÓÐÕÌÚɯÈÕËɯÍÖÙÔÈÓɯÊÖÕÚÜÔÌÙɯÌÕÎÈÎÌÔÌÕÛɀɯÈÕËɯÛÏÈÛɯȿÐÛɯÐÚɯÝÐÛÈÓɯÛÏÈÛɯÊÓÌÈÙɯ

ÛÐÔÌÍÙÈÔÌÚɯÛÖɯÙÌÈÊÏɯÈÕËɯ×ÜÉÓÐÚÏɯÖÜÛÊÖÔÌÚȮɯÚÐÔÐÓÈÙɯÛÖɯÛÏÌɯ/! "ɀÚɯ

timeframes, are implemented and made publÐÊȭɀɯ(ÛɯÙÌ×ÖÙÛÌËɯÛÏÈÛɯÚÖÔÌɯ

×ÈÛÐÌÕÛɯÖÙÎÈÕÐÚÈÛÐÖÕÚɯÏÈÝÌɯȿÈɯÏÐÎÏÌÙɯÓÌÝÌÓɯÖÍɯÊÖÕÍÐËÌÕÊÌɀɯÐÕɯÛÏÌɯ/! "ɯÛÏÈÕɯ

the MSAC due to these differences in transparency.139 

4.71 +àÔ×ÏÖÔÈɯ ÜÚÛÙÈÓÐÈɯÚÜ××ÖÙÛÌËɯÛÏÌɯ×ÜÉÓÐÊÈÛÐÖÕɯÖÍɯȿÈɯÔÖÙÌɯÊÖÔ×ÙÌÏÌÕÚÐÝÌɯ

summary of ÚÜÉÔÐÚÚÐÖÕÚɀɯÛÖɯÛÏÌɯ,2 "ɯÈÓÖÕÎɯÞÐÛÏɯÛÏÌɯÙÌÓÌÈÚÌɯÖÍɯÛÏÌɯÈÎÌÕËÈɯ

for each meeting.140 HFA called for the involvement of patient organisations 

ÍÙÖÔɯÛÏÌɯÉÌÎÐÕÕÐÕÎɯÖÍɯÛÏÌɯ,2 "ɯ×ÙÖÊÌÚÚȮɯÛÖɯÈÚÚÐÚÛɯÐÕɯȿÐËÌÕÛÐÍàÐÕÎɯ

appropriate evaluation tools, clinical or quality of  life outcomes or 

ÉÌÕÊÏÔÈÙÒÚȭɀɯ(ÛɯÏÐÎÏÓÐÎÏÛÌËɯÛÏÌɯÕÌÌËɯÍÖÙɯÊÓÐÕÐÊÐÈÕÚɯÞÐÛÏɯÌß×ÌÙÐÌÕÊÌɯÖÍɯÛÏÌɯ

×ÈÙÛÐÊÜÓÈÙɯÊÖÕËÐÛÐÖÕɯÐÕɯØÜÌÚÛÐÖÕɯÛÖɯÉÌɯÐÕÝÖÓÝÌËɯÐÕɯÛÏÌɯ,2 "ɀÚɯÈÚÚÌÚÚÔÌÕÛȮɯ

given how PROMs can vary between different conditions. It explained that:  

ȱÈɯÊÜÓÛÜÙÌɯÖÍɯÚtoicism and low expectations of treatment benefits has meant 

that people with haemophilia often have higher mental, psychological and 

social scores for health-related quality of life than people with similar chronic 

health conditions, such as arthritis, wh ile their physical functioning scores are 

actually very low. 141 

Patient comments on other Medical Services Advisory Committee issues 

Real world evidence and international cooperation 

4.72 There were numerous calls for more use of RWE and international 

cooperation in HTA generally. Lymphoma Australia addressed the MSAC 

specifically, suggesting it needs to learn from the example of the TGA and 

 
138 Leukaemia Foundation, Submission 103, p. [8]. 

139 RVA, Submission 86, pages 10-11.  

140 Lymphoma Australia, Submission 143, p.[5].  

141 HFA, Submission 119, p. 9. 
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how it has increased its international cooperation through initiatives like 

Project Orbis. In particular it wanted to ÚÌÌɯÛÏÌɯ,2 "ɯÐÕÊÓÜËÌɯȿÙÌÈÓ-world 

ËÈÛÈɯÛÏÈÛɯÐÚɯÛÐÔÌÓàɯÈÕËɯÈÓÐÎÕÌËɯÞÐÛÏɯÈ××ÙÖÝÈÓÚɯÍÙÖÔɯÖÛÏÌÙɯÊÖÜÕÛÙÐÌÚɀɯÐÕɯÐÛÚɯ

decision-making. 142 

Broader concept of value 

4.73 &4 1#ɯÞÌÓÊÖÔÌËɯÛÏÌɯÐÕÊÓÜÚÐÖÕɯÖÍɯȿ×ÌÙÚÖÕÈÓɯÜÛÐÓÐÛàɀɯÈÚɯÈɯÊÖÕÚÐËÌÙÈÛÐÖÕɯÐÕɯ

ÛÏÌɯ,2 "ɀÚɯËÌÊÐÚÐÖÕ-making, although it expressed concern as to how this 

was to be done. The PFIC Network submitted that the criteria the MSAC 

uses for its decisions were designed for therapies for common diseases, 

making it more difficult for rare diseases therapies to be approve d for 

ÚÜÉÚÐËàȭɯ(ÕɯÙÌÚ×ÖÕÚÌɯÛÖɯÛÏÐÚɯÐÚÚÜÌɯÐÛɯ×ÙÖ×ÖÚÌËɯȿÉÙÖÈËÌÕÐÕÎɀɯÛÏÌɯËÌÚÊÙÐ×ÛÐÖÕɯ

and understanding of the principles underpinning Australian HTA 

×ÙÖÊÌÚÚÌÚɀɯÈÕËɯÐÕÊÙÌÈÚÐÕÎɯÛÏÌɯÈÝÈÐÓÈÉÐÓÐÛàɯÖÍɯÙÈÙÌɯËÐÚÌÈÚÌɯÌß×ÌÙÛÐÚÌɯÐÕɯÛÏÖÚÌɯ

processes.143 

Miscellaneous patient comments on Medical Services Advisory Committee  

4.74 Patient organisations raised various other concerns about the MSAC. RVA 

ÕÖÛÌËɯÛÏÈÛɯȿÞÏÐÓÌɯÛÏÌɯ,2 "ɯÊÈÕɯÜÚÌɯÌß×ÌËÐÛÌËɯ×ÙÖÊÌÚÚÌÚȮɯÛÏÌÚÌɯ×ÙÖÊÌÚÚÌÚɯ

ÊÈÕɯÖÕÓàɯÉÌɯÊÖÕÚÐËÌÙÌËɯÍÖÙɯÙÌÚÜÉÔÐÚÚÐÖÕÚȭɀ144 HFA asked that the PBS 

Medicines Status website be expanded to cover technologies being reviewed 

by the MSAC.145 Finally, the AFAO recommended that the Government 

ÚÏÖÜÓËɯÌÚÛÈÉÓÐÚÏɯÈɯȿ×ÙÐÖÙÐÛàɯÛÙÈÊÒɀɯÛÏÙÖÜÎÏɯÛÏÌɯ3& ɯÈÕËɯ,2 "ɯÍÖÙɯÛÏÌÙÈ×ÐÌÚɯ

ȿÕÌÌËÌËɯÐÕɯÛÏÌɯÕÈÛional interest for the protection of the public from health 

ÛÏÙÌÈÛÚȭɀ146 

The patient voice and the Prostheses List  

4.75 The T1DHub was the only patient group to comment on the Prostheses List 

Advisory Committee (PLAC). It recommended:  

Implement mechanisms for the patient voice to be heard in relation to the 

Prostheses List approval process. Currently, there is no process to ensure the 

patient voice is heard and when it is, it may not be the right patient at PLAC 

 
142 Lymphoma Australia, Submission 143, p. [5].  

143 PFIC Network, Submission 19, p. [2].  

144 RVA, Submission 86, pages 10-11. 

145 HFA, Submission 119, p. 10.  

146 AFAO, Submission 196, p. 3. 



75 
 

 

level. Seeking submissions or statements from health consumers with lived 

experience could assist greatly in understanding the conditions and lived 

experience health outcomes for patients.147 

4.76 It proposed reducing PLAC application times by making more use of 

international approvals. 148 

Other submit ÛÌÙÚɀɯÝÐÌÞÚɯÖÕɯÛÏÌɯ×ÈÛÐÌÕÛɯÝÖÐÊÌ 

4.77 Many non -×ÈÛÐÌÕÛɯÚÜÉÔÐÛÛÌÙÚɯÌß×ÙÌÚÚÌËɯÝÐÌÞÚɯÖÕɯÛÏÌɯÚàÚÛÌÔɀÚɯÌÕÎÈÎÌÔÌÕÛɯ

with patients, whether generally or through a specific part of it. Miss Jessica 

Pace, a pharmacist completing a PhD on regulatory and funding 

mechanisms, said that her research shows that clinicians and patients largely 

ÉÌÓÐÌÝÌɯÛÏÌɯÚàÚÛÌÔɯÜÚÌÚɯȿÍÈÐÙɯ×ÙÖÊÌËÜÙÌÚɀȮɯÐÕÊÓÜËÐÕÎɯȿÔÌÈÕÐÕÎÍÜÓɯ

Ö××ÖÙÛÜÕÐÛÐÌÚɯÍÖÙɯÚÛÈÒÌÏÖÓËÌÙɯ×ÈÙÛÐÊÐ×ÈÛÐÖÕȮɀɯÈÓÛÏÖÜÎÏɯÛÙÈÕÚ×ÈÙÌÕÊàɯÊÖÜÓËɯÉÌɯ

improved. 149 

4.78 BioMarin Pharmaceutical Australia advocated for compulsory consumer 

ÏÌÈÙÐÕÎÚȮɯÛÖÎÌÛÏÌÙɯÞÐÛÏɯȿÈ××ÙÖ×ÙÐÈÛÌɯ×ÙÖÊÌÚÚÌÚɯÍÖÙɯÓÖÊÈÓɯÌß×ÌÙÐÌÕÊÌɯÍÙÖÔɯ

expert clinicians and patients to be considered in the evaluation process.150 

+$.ɯ/ÏÈÙÔÈɯÚÜÎÎÌÚÛÌËɯÛÏÈÛɯȿ×ÈÛÐÌÕÛɯÝÐÌÞÚɯÈÙÌɯÊÜÙÙÌÕÛÓàɯÜÕËÌÙÝÈlued as 

×ÈÙÛɯÖÍɯÛÏÌɯ'3 ɯÈÚÚÌÚÚÔÌÕÛɯ×ÙÖÊÌÚÚɀȮɯÈÕËɯÛÏÈÛɯȿÐÔ×ÙÖÝÐÕÎɯÛÏÌɯÊÜÙÙÌÕÛɯ

mechanism to allow for better patient contribution will improve decision -

ÔÈÒÐÕÎȭɀ151 

4.79 ,ÌÙÊÒɯ'ÌÈÓÛÏÊÈÙÌɯÚÜ××ÖÙÛÌËɯÈɯȿÚÛÙÖÕÎÌÙɯÝÖÐÊÌɀɯÍÖÙɯ×ÈÛÐÌÕÛÚɯÐÕɯÛÏÌɯÚàÚÛÌÔɯÈÚɯÈɯ

whole.152 Better Access Australia raised a number of questions about how 

ÛÏÌɯÊÜÙÙÌÕÛɯÚàÚÛÌÔɯÌÕÎÈÎÌÚɯÞÐÛÏɯ×ÈÛÐÌÕÛÚȮɯ×ÈÙÛÐÊÜÓÈÙÓàɯȿÎÙÈÚÚÙÖÖÛÚɯ×ÈÛÐÌÕÛÚɯ

ÎÙÖÜ×ÚɯÈÕËɯÐÕËÐÝÐËÜÈÓɯÊÖÕÚÜÔÌÙÚȭɯ3ÏÌÚÌɯØÜÌÚÛÐÖÕÚɯÙÌÍÓÌÊÛÌËɯ!ÌÛÛÌÙɯ ÊÊÌÚÚɀɯ

concerns that the system is much more engaged with industry than with 

patients, and that patients have to reach out to government rather than vice 

 
147    T1DHub, Submission 192, p. 3. 

148 T1DHub, Submission 192, p. 3. 

149 Miss Jessica Pace, Submission 40, p. 5. 

150 BioMarin Pharmaceutical Australia, Submission 152, pages 3-4. 

151 LEO Pharma, Submission 202, p. 3.  

152 Merck Healthcare, Submission 34, p. 1. 
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versa; for example patients who provide feedback on a submission are not 

notified when a decision is reached on that submission.153 

4.80 The Australian "ÈÙËÐÖÝÈÚÊÜÓÈÙɯ ÓÓÐÈÕÊÌɯÙÌÊÖÔÔÌÕËÌËɯÛÏÌɯÐÕÛÙÖËÜÊÛÐÖÕɯÖÍɯȿÈɯ

consultative process between all HTA committees and researchers, 

ÊÓÐÕÐÊÐÈÕÚȮɯ×ÈÛÐÌÕÛÚɯÈÕËɯ×ÈÛÐÌÕÛɯÎÙÖÜ×Úȭɀ154 Merck Sharp & Dohme Australia 

ÚÜÉÔÐÛÛÌËɯÛÏÈÛɯȿÈɯ×ÈÛÐÌÕÛ-centred approach [to HTA] is reqÜÐÙÌËɀɯÉÌÊÈÜÚÌɯ

×ÈÛÐÌÕÛÚɯÉÙÐÕÎɯÈɀɯÜÕÐØÜÌɯ×ÌÙÚ×ÌÊÛÐÝÌɯÖÕɯËÐÚÌÈÚÌɯÈÕËɯÛÏÌɯÝÈÓÜÌɯÖÍɯ×ÖÛÌÕÛÐÈÓɯ

ÕÌÞɯÛÙÌÈÛÔÌÕÛÚȭɀ155 

4.81 3ÏÌɯ ÜÚÛÙÈÓÐÈÕɯ'ÌÈÓÛÏÊÈÙÌɯÈÕËɯ'ÖÚ×ÐÛÈÓÚɯ ÚÚÖÊÐÈÛÐÖÕɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯȿÐÛɯÐÚɯ

difficult to balance the type of data and evidence required for curr ent HTAs, 

which are largely based on clinical outcomes, with patient outcomes or 

Ìß×ÌÙÐÌÕÊÌÚɀɯÈÕËɯÛÏÈÛɯÝÈÙÐÖÜÚɯȿËÈÛÈɯÓÐÔÐÛÈÛÐÖÕÚɀɯÌßÐÚÛɯÍÖÙɯ×ÈÛÐÌÕÛɯÖÜÛÊÖÔÌÚȭɯ(Ûɯ

×ÙÖ×ÖÚÌËɯÛÏÈÛɯÛÏÌɯÚàÚÛÌÔɯÕÌÌËÚɯȿÛÖɯÌÕÚÜÙÌɯÛÏÈÛɯ×ÈÛÐÌÕÛɯÖÜÛÊÖÔÌÚɯÈÕËɯ

experiences are measured and included in datasets through standardised 

ÚàÚÛÌÔÚɯÖÙɯÊÖÓÓÌÊÛÐÖÕÚȭɀ156 This recommendation was echoed by Stryker 

2ÖÜÛÏɯ/ÈÊÐÍÐÊȮɯÞÏÐÊÏɯÚÜÎÎÌÚÛÌËɯÛÏÈÛɯÍÜÕËÐÕÎɯÉÌɯÈËÈ×ÛÌËɯȿÛÖɯÌÕÈÉÓÌɯ×ÙÖÝÐËÌÙÚɯ

to focus on outcomes that matter to patients as well as cost efficiÌÕÊÐÌÚȭɀ157 

4.82 ,ÌËÐÊÐÕÌÚɯ ÜÚÛÙÈÓÐÈɯÌß×ÙÌÚÚÌËɯÊÖÕÊÌÙÕɯÛÏÈÛɯ×ÈÛÐÌÕÛÚɯȿÞÐÛÏɯÓÌÚÚɯÊÖÔÔÖÕɯ

ÊÖÕËÐÛÐÖÕÚɀɯÞÏÖɯËÖɯÕÖÛɯÏÈÝÌɯÈÊÊÌÚÚɯÛÖɯÈɯ×ÈÛÐÌÕÛɯÈËÝÖÊÈÊàɯÎÙÖÜ×ɯÔÈàɯ

ÚÛÙÜÎÎÓÌɯÛÖɯÊÖÕÛÙÐÉÜÛÌɯÛÖɯ'3 ɯ×ÙÖÊÌÚÚÌÚȭɯ(ÛɯÙÌÊÖÔÔÌÕËÌËɯȿÌß×ÈÕËÌËɯ

stakeholder involvement in decision -making, before, during and after HTA 

ÊÖÕÚÐËÌÙÈÛÐÖÕȭɀɯ(ÛɯÚÜ××ÖÙÛÌËɯÚÛÙÌÕÎÛÏÌÕÐÕÎɯÛÏÌɯ×ÈÛÐÌÕÛɯÝÖÐÊÌɯÛÏÙÖÜÎÏɯ

ÐÔ×ÙÖÝÐÕÎɯ×ÈÛÐÌÕÛɯÐÕ×ÜÛɯ×ÙÖÊÌÚÚÌÚɀɯÈÕËɯȿÊÖÕÚÐÚÛÌÕÛɯÐÕÊÓÜÚÐÖÕɯÖÍɯ/1.,Úɀȭ158 It 

noted that patient involvement in HTA is legislated in Germany, Italy and 

3ÈÐÞÈÕȮɯÈÕËɯÚÜÎÎÌÚÛÌËɯÛÏÈÛɯȿÛÏÌÙÌɯÐÚɯÈÕɯÈÙÎÜÔÌÕÛɀɯÍÖÙɯÓÌÎÐÚÓÈÛÐÕÎɯÐÛɯÐÕɯ

Australia. 159 

4.83 5ÐÐ5ɯ'ÌÈÓÛÏÊÈÙÌɯ ÜÚÛÙÈÓÐÈɯȹ5ÐÐÝȺɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯȿÚÛÈÒÌÏÖÓËÌÙɯÐÕ×ÜÛɯÐÕÛÖɯ

PBAC submissions should be encouraged and valued as meaningful 

evidence leading to better infoÙÔÌËɯËÌÊÐÚÐÖÕÚȮɀɯÈÕËɯÌÔ×ÏÈÚÐÚÌËɯÛÏÈÛɯȿÛÏÌɯ

 
153 Better Access Australia, Submission 160, pages 11-12. 

154 Australian Cardi ovascular Alliance, Submission 76, p.13. 

155 Merck Sharp & Dohme Australia, Submission 63, Appendix A, p. 4.  

156 Australian Healthcare and Hospitals Association, Submission 68, pages 1-2.  

157 Stryker South Pacific, Submission 28, p. 7. 

158 Medicines Australia, Submission 141, p. 8. 

159 Medicines Australia, Submission 141, p. 38.  
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ÊÜÙÙÌÕÛɯ×ÙÖÊÌÚÚɯÐÚɯÕÖÛɯÊÖÕÚÐÚÛÌÕÛɯÈÊÙÖÚÚɯÚÜÉÔÐÚÚÐÖÕÚȭɀɯ(ÛɯÕÖÛÌËɯÛÏÌɯÓÌÎÐÚÓÈÛÌËɯ

requirement of patient input in the aforementioned countries, and the 

practice in the UK and Canada of identifying interested patient g roups and 

inviting them to make submissions. It praised the Canadian practice of 

×ÜÉÓÐÚÏÐÕÎɯȿÛÏÌɯ×ÈÛÐÌÕÛɯËÖÊÜÔÌÕÛɀɯÖÕÓÐÕÌɯÐÕɯ×ÙÌÍÌÙÌÕÊÌɯÛÖɯÛÏÌɯ/! "ɯÚÌÓÌÊÛÐÖÕɯ

ÖÍɯȿÈɯÚÈÔ×ÓÌɯÖÍɯ×ÈÛÐÌÕÛɯÍÌÌËÉÈÊÒȭɀ160 

4.84 The Medical Technology Association of Australia claimed ÛÏÈÛɯȿÌÝÈÓÜÈÛÐÖÕɯ

×ÙÖÊÌÚÚÌÚɯËÖɯÕÖÛɯÚÜÍÍÐÊÐÌÕÛÓàɯÈÊÊÖÜÕÛɯÍÖÙɯ×ÈÛÐÌÕÛɯÐÕ×ÜÛɯÈÕËɯ×ÙÌÍÌÙÌÕÊÌȮɀɯÞÐÛÏɯ

the option for sponsors to arrange for patient input for applications to the 

MSAC but uncertainty about how it is used by in assessments, and indeed 

whether it iÚɯÜÚÌËɯÈÛɯÈÓÓȭɯ(ÛɯÙÌÊÖÔÔÌÕËÌËɯÛÏÈÛɯȿÛÏÌɯ#Ì×ÈÙÛÔÌÕÛɯÚÏÖÜÓËɯÏÖÓËɯ

an open workshop on the incorporation of patient input and preference into 

MSAC evaluations with a commitment to implement aligned 

ÙÌÊÖÔÔÌÕËÈÛÐÖÕÚȭɀ161 It argued that similar issues apply to the  PLAC, and 

that while it includes patient representation the representatives often do not 

have specific expertise in the condition to which a particular application 

relates. It advocated for patient input to the PLAC to be considered in its 

proposed worksh op.162 

4.85 Commenting on the draft MSAC guidelines that were available at the time it 

made its submission, Edwards Lifesciences praised the proposals for 

ȿÓÖÖÒÐÕÎɯÈÛɯÖÜÛÊÖÔÌÚɯÛÏÈÛɯÈÙÌɯÐÔ×ÖÙÛÈÕÛɯÛÖɯ×ÈÛÐÌÕÛÚɯȹÈÕËɯÚÖÔÌÛÐÔÌÚɯÍÈÔÐÓàɯÖÙɯ

carers), and the provision of evidence to support the patient relevance of the 

ÊÏÖÚÌÕɯÖÜÛÊÖÔÌȭɀɯ(ÛɯÚÜ××ÖÙÛÌËɯÛÏÌɯ×ÙÖ×ÖÚÌËɯÐÕÊÓÜÚÐÖÕɯÖÍɯȿØÜÈÕÛÐÛÈÛÐÝÌɯ

×ÈÛÐÌÕÛɯ×ÙÌÍÌÙÌÕÊÌɯËÈÛÈɀɯÐÕɯÈ××ÓÐÊÈÛÐÖÕÚȭɯ(ÛɯÙÌÊÖÔÔÌÕËÌËɯÛÏÈÛɯ3ÈÐÞÈÕɯÉÌɯ

looked to as a model for patient engagement in HTA, that the  #Ì×ÈÙÛÔÌÕÛɀÚɯ

HTA Consumer Evidence and Engagement Unit be better resourced and 

that further clarification be provided about how the MSAC will evaluate 

patient evidence and what it expects from sponsors in this regard.163 

4.86 PRISM (Psychedelic Research in 2ÊÐÌÕÊÌɯÈÕËɯ,ÌËÐÊÐÕÌȺɯÊÈÓÓÌËɯÍÖÙɯȿÐÔ×ÙÖÝÌËɯ

mechanisms for consumer and stakeholder involvement and engagement in 

ÛÏÌɯÈÚÚÌÚÚÔÌÕÛɯ×ÙÖÊÌÚÚɯÍÖÙɯÛÙÌÈÛÔÌÕÛÚɯÐÕÝÖÓÝÐÕÎɯ×ÚàÊÏÌËÌÓÐÊɯÊÖÔ×ÖÜÕËÚȭɀ164 

The Australian Antimicrobial Resistance Network recommended the 

 
160 Viiv Healthcare Australia (Viiv), Submission 80, pages 7-8. 

161 Medical Technology Association of Australia (MTAA), Submission 148, pages 49-50. 

162 MTAA, Submission 148, pages 53-54. 

163 Edwards Lifesciences, Submission 83, pages 31-32. 

164 PRISM (Psychedelic Research in Science and Medicine), Submission 161, p. [5]. 
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ȿÓÌÝÌÙÈÎÐÕÎɀɯÖÍɯÛÏÌɯÒÕÖÞÓÌËÎÌɯÖÍɯ×ÈÛÐÌÕÛÚȮɯÈÓÖÕÎɯÞÐÛÏɯÖÛÏÌÙɯÙÌÚÌÈÙÊÏɯ

stakeholders, in the development of a better response to the problem of 

antimicrobial resistance.165 

Overseas models 

The National Institute for Health and Care Excellence  

4.87 There was considerable interest throughout the inquiry in the approach of 

ÛÏÌɯ4*ɀÚɯ-("$ȮɯÞÏÐÊÏɯÛÏÌɯ,ÈÊØÜÈÙÐÌɯ4ÕÐÝÌÙÚÐÛàɯ"ÌÕÛÙÌɯÍÖÙɯÛÏÌɯ'ÌÈÓÛÏɯ

$ÊÖÕÖÔàɯÚÜÉÔÐÛÛÌËɯȿÐÚɯÖÍÛÌÕɯÊÖÕÚÐËÌÙÌËɯÉÌÚÛ-×ÙÈÊÛÐÊÌɯÐÕɯÛÌÙÔÚɯÖÍɯ'3 ȭɀ166 A 

major focus of that interest was its approach to patient engagement, 

although other aspects of its operations are discussed in later chapters. Ms 

Mackechnie of APAA stated that in her view England and Wales (that is, 

NICE) have the best overall approach to patient engagement, although it is 

deficient in not pr oviding submission summaries to patients or feedback on 

ÛÏÌÐÙɯÊÖÕÛÙÐÉÜÛÐÖÕÚȭɯ2ÏÌɯËÌÚÊÙÐÉÌËɯ-("$ɯÈÚɯÉÌÐÕÎɯȿÝÌÙàɯ×ÙÖÈÊÛÐÝÌɯÐÕɯÛÌÙÔÚɯÖÍɯ

ÙÌÈÊÏÐÕÎɯÖÜÛɯÛÖɯ×ÈÛÐÌÕÛɯÖÙÎÈÕÐÚÈÛÐÖÕÚɯÈÕËɯÔÌÕÛÖÙÐÕÎɯ×ÙÖÎÙÈÔÚȭɀ167  Ms 

Simone Leyden, Chief Executive Officer and Co-Founder, NeuroEndocrine 

"ÈÕÊÌÙɯ ÜÚÛÙÈÓÐÈɯȹ-$" ȺȮɯÓÐÒÌÞÐÚÌɯ×ÙÈÐÚÌËɯ-("$ɀÚɯÈ××ÙÖÈÊÏɯÛÖɯÌËÜÊÈÛÐÕÎɯ

patients about HTA. 168 

4.88 Ms Leyden told the Committee:  

When a drug or a submission comes up, [NICE] consult the patient 

organisations that it will affect and they bring them in for a consultation 

workshop with regard to the submission. They get to see the submission, they 

get to look at the submission and they get to analyse it before it's even put up 

ÍÖÙɯÙÌÐÔÉÜÙÚÌÔÌÕÛȱȭÐÛɅÚɯÚÖÔÌÛÏÐÕÎɯÛÏÈÛɯÞÌɯÚÏÖÜÓËɯËÌÍÐÕÐÛÌÓàɯÏÈÝÌɯhere.169 

4.89 The Victorian Comprehensive Cancer Centre indicated its support for such a 

model.170 /ÈÐÕÈÜÚÛÙÈÓÐÈɯÓÐÒÌÞÐÚÌɯÚÐÕÎÓÌËɯÖÜÛɯ-("$ɯÍÖÙɯÐÛÚɯȿÚÊÖ×ÐÕÎɯÈÕËɯ

ÊÖÕÚÜÓÛÈÛÐÖÕɯÞÖÙÒÚÏÖ×ÚȮɀɯÈÚɯÞÌÓÓɯÈÚɯ×ÈÛÐÌÕÛɯÙÌ×ÙÌÚÌÕÛÈÛÐÖÕɯÖÕɯÐÛÚɯ

 
165 Australian Antimicrobial Resistance Network, Submission 53, p. 2.  

166 MUCHE, Submission 62, p. 8. 

167 Committee Hansard, Melbourne, 22 April 2021, pages 2-3.    

168 Committee Hansard, Melbourne, 23 April 2021, p. 43.  

169 Committee Hansard, Melbourne, 23 April 2021, p. 45. 

170 Professor Grant McArthur, Executive Director, Victorian Comprehensive Cancer Centre, 

Committee Hansard, Melbourne, 23 April 2021, p. 45. 
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committees.171 Viiv Healthcare deÚÊÙÐÉÌËɯÐÛÚɯÚÊÖ×ÐÕÎɯ×ÙÖÊÌÚÚɯÈÚɯȿÖÕÌɯÖ×ÛÐÖÕɯ

ÛÖɯÐÔ×ÙÖÝÌɯÛÏÌɯÊÜÙÙÌÕÛɯÚàÚÛÌÔȮɀɯÞÏÌÙÌÉàɯÈɯÚÊÖ×ÐÕÎɯËÖÊÜÔÌÕÛɯÐÚɯËÌÝÌÓÖ×ÌËɯ

with the input of clinicians and patient groups to determine patient 

population, place in clinical practice and most appropriate comparator f or 

ÛÏÌɯÛÏÌÙÈ×àȭɀ172 

4.90 NICE provided evidence to the Committee about how it operates. On the 

topic of patient engagement and involvement Mr Meindert Boysen, Deputy 

Chief Executive Officer and Director of the Centre for Health Technology 

Evaluation, explai ned to the Committee that: 

It starts when we scope a technology evaluation, so we set the question for the 

work. That's where patients are involved. When we seek submissions not only 

are we seeking submissions from the company, but we get them from patients, 

from patient organisations and from clinicians. When our committees meet 

there will always be patient experts invited to the meeting to give their 

feedback, usually on what is currently used within the NHS, so not specifically 

on the new technology. We have lay members on our committees. We have at 

least two or three lay members that are part of the committee decision-making. 

They're standing committee members. 

Then when the guidance comes out consultation is a public consultation, so 

the public patients  in a broader sense can respond. And there's a chance to 

challenge the recommendations at the end when we hold the appeal, so that, I 

guess, across the board patient organisations are involved. I should also say 

that patient organisations are very much par t of our methods and process 

development work. When we think about new ways of working ɭand we're 

currently in the midst of one of those processesɭwe very much involve 

patients in the thinking. They're very active as a group. Also, in one of our 

recent proposals we have asked our manufacturers to provide a specific, 

patient-focussed summary of their submission, so that the engagement of 

those patient experts with the evidence that our committee sees is better 

managed.173 

Scotland 

4.91 Many submitters highligh ted the Scottish system as having a mechanism for 

providing submission summaries to patients. Ms Mackechnie of APAA told 

 
171 Ms Carol Bennett, Chief Executive Officer, Painaustralia, Committee Hansard, Canberra, 26 March 

2021, p. 17. 

172 Viiv, Submission 80, p. 7 

173 Committee Hansard, Canberra, 7 July 2021, p. 3. 
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ÛÏÌɯ"ÖÔÔÐÛÛÌÌɯȿÞÌɯÉÌÓÐÌÝÌɯÛÏÈÛɯÈɯËÌÛÈÐÓÌËɯÚÜÔÔÈÙàɯÛÌÔ×ÓÈÛÌɯÊÖÜÓËɯÉÌɯÊÖ-

developed with patients [in Australia], much as they have done i n 

2ÊÖÛÓÈÕËȭɀ174 She said that so far as she is aware the Scottish system is the 

only one currently providing such summaries. 175 

4.92 ,Úɯ,ÖÕÐÊÈɯ%ÌÙÙÐÌȮɯ%ÖÜÕËÌÙȮɯ&4 1#ȮɯÞÈÚɯ×ÖÚÐÛÐÝÌɯÈÉÖÜÛɯ2ÊÖÛÓÈÕËɀÚɯ

È××ÙÖÈÊÏȮɯÚÛÈÛÐÕÎɯÛÏÈÛɯȿ2ÊÖÛÓÈÕËɯËÖÌÚɯÚÖÔÌɯÙÌÈÓÓàɯÛÌÙÙÐÍÐÊɯÛÏÐÕÎÚȭɀɯ2ÏÌɯ

explained: 

So things like the Scottish model of 'We all do things the same' allow groups 

like RVA and GUARD Collaborative Australia, my organisation, is to 

understand the process really well for every condition and then be able to 

assist: 'This is the way that you would go about answering question 1. Let's 

have a conversation about that, rather than you go away, you do the research, 

you do all the work yourself and you fill out the form and we'll write a letter 

to support your submission.' 176 

4.93 In its Guide for Patient Group PartnersȮɯ2ÊÖÛÓÈÕËɀÚɯ'3 ɯÉÖËàɯÛÏÌɯ2ÊÖÛÛÐÚÏɯ

Medicines Consortium (SMC) explains to patients that:  

Most submitting pharmaceutical companies provide us with a completed 

Summary Information for Submitting Patient Groups Form, wh ich we can 

email to you. This provides background information about the medicine and 

the indication, which can help inform your submission. 177 

4.94 The Summary Information for Submitting Patient Groups Form template is 

available online for download. 178 

4.95 As mentioned above, Australia has piloted a scheme for providing 

submission summaries to patients. Mr Neil MacGregor, Managing Director, 

Australia -New Zealand, Bristol Myers Squibb, told the Committee:  

We partnered recently with the Department of Health an d PBAC in a pilot to 

enhance consumer engagement through the PBAC decision-making processes. 

The scope of the pilot saw BMS in concert with the Department of Health 

develop plain -language executive summaries specific to two of our recent 

 
174 Committee Hansard, Melbourne, 22 April 2021, p. 1. 

175 Committee Hansard, Melbourne, 22 April 2021, p. 2. 

176 Committee Hansard, Melbourne, 22 April 2021, p. 23.  

177 2ÊÖÛÛÐÚÏɯ,ÌËÐÊÐÕÌÚɯ"ÖÕÚÖÙÛÐÜÔȮɯȿ ɯÎÜÐËÌɯÍÖÙɯ×ÈÛÐÌÕÛɯÎÙÖÜ×ɯ×ÈÙÛÕÌÙÚɯȿȮɯ&ÓÈÚÎÖÞȮɯ,ÈÙÊÏɯƖƔƕƛɯ

(revised August 2017), p. 8, https://www.scottishmedicines.org.uk/media/5616/guide -for-

patient -group -partners-2017.pdf, viewed 13 October 2021. 

178 www.scottishmedicines.org.uk/media/2775/summary -information -for-patient -groups-form.doc.  

https://www.scottishmedicines.org.uk/media/5616/guide-for-patient-group-partners-2017.pdf
https://www.scottishmedicines.org.uk/media/5616/guide-for-patient-group-partners-2017.pdf
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PBAC submissions. These documents were then provided to the relevant 

patient groups for their review prior to their own submissions to the PBAC. 

We believe that this pilot initiative benefited all stakeholders and, importantly, 

added important patient context for that PBAC consideration.179 

Canada 

4.96 2ÖÔÌɯ×ÈÛÐÌÕÛɯÎÙÖÜ×Úɯ×ÙÈÐÚÌËɯ"ÈÕÈËÈɀÚɯÈ××ÙÖÈÊÏɯÛÖɯ×ÈÛÐÌÕÛɯÌÕÎÈÎÌÔÌÕÛȮɯ

specifically its provision of feedback to patient groups who have commented 

on a HTA submission. Ms Mackechnie, APAA, for example, gave evidence 

that ȿ×ÙÖÝÐËÐÕÎɯÍÌÌËÉÈÊÒɯÖÕɯÛÏÌɯɯȻ×ÈÛÐÌÕÛȼɯÚÜÉÔÐÚÚÐÖÕɯÐÕɯÛÌÙÔÚɯÖÍɯÞÏÈÛɯ

worked, what didn't work and how it could be improved for next time is 

ÖÕÓàɯËÖÕÌɯÉàɯ"ÈÕÈËÈȭɀ180 Ms Leyden, NECA, likewise told the Committee 

ÛÏÈÛɯȿÛÏÌɯÞÈàɯȻ"ÈÕÈËÈɯÈÕËɯ2ÊÖÛÓÈÕËȼɯÐÕÝÖÓÝÌɯÊÖÕÚÜÔers and upskill 

consumers and train them in what the HTA system is about is what we 

ÚÏÖÜÓËɯÉÌɯÙÌ×ÓÐÊÈÛÐÕÎɯÏÌÙÌȭɀ181 

Future government engagement with the patient voice  

4.97 The Department and its staff were keen to emphasise the progress that has 

been made in engaging with patients in recent years, although they readily 

accepted that more work is required. Ms Adriana Platona, First Assistant 

Secretary, Technology Assessment and Access, Department of Health, who 

ÏÈÚɯÖÝÌÙÈÓÓɯÙÌÚ×ÖÕÚÐÉÐÓÐÛàɯÍÖÙɯÛÏÌɯ#Ì×ÈÙÛÔÌÕÛɀÚ HTA activities, told the 

"ÖÔÔÐÛÛÌÌɯÛÏÈÛɯȿÛÏÌɯËÌ×ÈÙÛÔÌÕÛɯÏÈÚɯÉÌÌÕɯ×ÙÖÎÙÌÚÚÐÝÌÓàɯÐÔ×ÙÖÝÐÕÎɯÛÏÌɯ

systematic consumer engagement relating to health technology assessment 

×ÙÖÊÌÚÚÌÚȮɯÈÕËɯÛÏÈÛɯÞÐÓÓɯÊÖÕÛÐÕÜÌȭɀɯ2ÏÌɯÕÖÛÌËɯÛÏÈÛɯÛÏÌɯ#Ì×ÈÙÛÔÌÕÛɯÐÚɯÊÙÌÈÛÐÕÎɯ

ȿÈɯÕÌÞɯÊÖÕÚÜÓÛÈÛÐÖÕɯ×ÓÈÛÍÖÙÔɀɯÍÖÙɯ'3 ɯÖÕÓÐÕÌȭ182 

4.98 Ms Platona commented on the discussion of overseas systems, particularly 

-("$ɯÈÕËɯÛÏÌɯ2,"ȮɯÈÕËɯÞÈÚɯÒÌÌÕɯÛÖɯÌÔ×ÏÈÚÐÚÌɯÛÏÈÛɯȿ-("$ɯËÖÌÚɯÕÖÛɯËÖɯ

ÌÝÌÙàÛÏÐÕÎɀɯÈÕËɯËÖÌÚɯÕÖÛɯÏÈÝÌɯÈÓÓɯÛÏÌɯÙÌÚ×ÖÕÚÐÉÐÓÐÛÐÌÚɯÛÏÌɯ#Ì×ÈÙÛÔÌÕÛɯÏÈÚȮɯ

such as price negotiation and purchasing.183 On the issue of supporting 

submissions without a sponsor, she explained: 

 
179 Committee Hansard, Melbourne, 23 April 2 021, pages 6-7 

180 Committee Hansard, Melbourne, 22 April 2021, p. 2. 

181 Committee Hansard, Melbourne, 23 April 2021, p. 43. 

182 Committee Hansard, Canberra, 18 June 2021, p. 18. 

183 Committee Hansard, Canberra, 18 June 2021, p. 21. 
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The reality is that it needs a supplier because, in the end, the agreement to 

supply the product on the PBS has to be with somebody who has ownership of 

the product. All the other steps about doing the evidence gathering and 

preparation of the submissions and waiving fees and charges are all possible 

with government decision and additional resources. But, to have a product on 

the PBS, it needs a sponsor.184 

4.99 3ÏÌɯ3& ɀÚɯ ËÑÜÕÊÛɯ/ÙÖÍɯ2ÒÌÙÙÐÛÛɯÕÖÛÌËɯÛÏÈÛɯÛÏÌɯÐÕÊÙÌÈÚÌËɯ×ÜÉÓÐÊÐÛàɯÛÏÌɯ3& ɯ

has received due to the COVID-ƕƝɯ×ÈÕËÌÔÐÊɯȿÉÙÐÕÎÚɯÛÏÌɯÌß×ÌÊÛÈÛÐÖÕɯÛÏÈÛɯÞÌɯ

stand up a lot more education and communication about medicines and 

products that [patiÌÕÛÚȼɯÜÚÌȭɀ185 On the issue of patient evidence he 

ÊÖÔÔÌÕÛÌËɯÛÏÈÛɯȿÞÏÈÛɯÞÌɯÈÙÌɯÔÖÝÐÕÎɯÛÖÞÈÙËÚɭand this is part of this work 

we're doing to look at real -world evidenceɭis to ensure that consumer 

×ÈÛÐÌÕÛɯÙÌ×ÖÙÛÌËɯÖÜÛÊÖÔÌÚɯÈÙÌɯÙÌÍÓÌÊÛÌËɯÔÖÙÌɯÌßÛÌÕÚÐÝÌÓàȭɀ186 

4.100 3ÏÌɯ/! "ɯÕÖÛÌËɯÛÏÌɯȿÕÌÌËɯÛÖɯÌÕÚÜÙÌɯÛÏÈÛɯÍÜÙÛÏÌÙɯÌß×ÈÕÚÐÖÕɯÖÍɯȻÐÛÚɯ×ÈÛÐÌÕÛɯ

ÌÕÎÈÎÌÔÌÕÛȼɯÐÕÐÛÐÈÛÐÝÌÚɯÐÚɯÈËÌØÜÈÛÌÓàɯÙÌÚÖÜÙÊÌËȭɀɯ(ÛɯÌß×ÙÌÚÚÌËɯÈɯÞÐÓÓÐÕÎÕÌÚÚɯ

to trial allowing patient representatives to observe some committee 

deliberations.187 It submitted t hat: 

A relatively simple matter that requires industry agreement is to inform 

clinician and patient groups early in the submission process of the specific 

indications for which reimbursement is being sought. This includes the clinical 

claim, intended popul ations, and details on proposed prescribing and clinician 

access requirements that the sponsor is proposing to PBAC for 

consideration.188 

4.101 The Department reported that the pilot on providing PBAC submission 

ÚÜÔÔÈÙÐÌÚɯÛÖɯ×ÈÛÐÌÕÛÚɯȿÐÚɯËÜÌɯÍÖÙɯÌÝÈÓÜÈÛÐÖÕɯÐÕɯÛÏÌɯÍÐÕÈÓɯØÜÈÙÛÌÙɯÖÍɯƖƔƖƕȭɀ189 

4.102 3ÏÌɯ/! "ɀÚɯ#Ì×ÜÛàɯ"ÏÈÐÙɯ,Úɯ6ÈÛÚÖÕɯÛÖÓËɯÛÏÌɯ"ÖÔÔÐÛÛÌÌȯ 

We've talked with several patient groups about what some of the potential 

benefits would be of being able to come in and provide comment earlier on in 

the cycleɭfor PBAC, particularly, at the time of submission or at the time of 

the subcommittee considerationɭand have more of a path, if you like, in the 

 
184 Committee Hansard, Canberra, 18 June 2021, p. 30. 

185 Committee Hansard, Canberra, 18 June 2021, p. 26. 

186 Committee Hansard, Canberra, 18 June 2021, p. 29. 

187 Department of Health, Submission 15.3, pages 4-5. 

188 Department of Health, Submission 15.3, p. 4. 

189 Department of Health, Submission 15.6, p. [25].  
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cycles along the way. I think that's something that speaks to the need not only 

for more resourcing internally wit h the department and our consumer unit but 

also to have collaboration with the sponsors about that.190 

4.103 The MSAC did not itself provide any evidence to the Committee, but the 

#Ì×ÈÙÛÔÌÕÛɯÛÖÓËɯÛÏÌɯ"ÖÔÔÐÛÛÌÌɯÛÏÈÛɯȿÛÏÌɯ&ÖÝÌÙÕÔÌÕÛɯÐÚɯÊÖÔÔÐÛÛÌËɯÛÖɯ

continuing  to improve MSAC processes, including in respect of stakeholder 

ÐÕ×ÜÛȮɯÊÖÔÔÜÕÐÊÈÛÐÖÕɯÈÕËɯÛÙÈÕÚ×ÈÙÌÕÊàȭɀɯ(ÛɯÕÖÛÌËɯÛÏÈÛɯȿÍÙÖÔɯƕɯ)ÜÓàɯƖƔƖƕȮɯ

revised MSAC consultation processes took effect to improve stakeholder 

input, provide procedural fairness and improve t ÙÈÕÚ×ÈÙÌÕÊàȭȿ191 

4.104 As noted in Chapter 2, on 7 September 2021 the Minister announced the 

signing of five year Strategic Agreements with Medicines Australia and the 

Generic and Biosimilar Medicines Association. These agreements include 

ȿÛÏÌɯÊÖ-design and implementation of an Enhanced Consumer Engagement 

Process to better capture the patient voice early in the medicines assessment 

×ÙÖÊÌÚÚȮɀɯÈÚɯÞÌÓÓɯÈÚɯÈɯÊÖÔ×ÙÌÏÌÕÚÐÝÌɯÙÌÝÐÌÞɯÖÍɯ'3 ɯÍÖÙɯÔÌËÐÊÐÕÌÚɯÐÕɯ

general.192 

Pharmaceutical Benefits Advisory Committee respo nse to other 

issues 

4.105 (ÕɯÙÌÚ×ÖÕÚÌɯÛÖɯÛÏÌɯÊÖÕÊÌÙÕÚɯËÐÚÊÜÚÚÌËɯÈÉÖÝÌɯÙÌÎÈÙËÐÕÎɯÛÏÌɯ/! "ɀÚɯÈÊÊÌÚÚɯÛÖɯ

expertise, Professor Andrew Wilson, Chair, PBAC, told the Committee:  

In the paper that we've tabled there is an item which is sort of relevant to this, 

2.2.6, where I've said: 

The PBAC is interested in exploring the mechanisms that might provide 

greater flexibility in committee membership without increasing what is 

already a large committee. This might include cross membership with MSAC 

to facilitat e sharing of expertise especially for consideration of co-dependent 

submissions. 

But it may also include situations where we might want to bring in specific 

experts in relation to it. Having said that, we spend a fair amount of time 

between sessions meeting with clinical groups and hearing submissions from 

them. For example, in relation to the new medicines for spinal muscular 

 
190 Committee Hansard, Canberra, 24 June 2021, p. 7. 

191 Department of Health, Submission 15.6, p. [13]. 

192 3ÏÌɯ'ÖÕɯ&ÙÌÎɯ'ÜÕÛɯ,/Ȯɯ,ÐÕÐÚÛÌÙɯÍÖÙɯ'ÌÈÓÛÏɯÈÕËɯ ÎÌËɯ"ÈÙÌȮɯȿ+ÈÕËÔÈÙÒɯÕÌÞɯÔÌËÐÊÐÕÌÚɯ

agreements to bring significant benefits for Austral ÐÈÕɯ×ÈÛÐÌÕÛÚɯȿȮɯMedia Release, 7 September 

2021.  
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atrophy, we have probably had close to 10 meetings with experts in that field 

over the past 12 months. We do also extensively consult outside, where 

required, in relation to not just rare diseases but also other diseases.193 

4.106 On the issue of submissions lacking a commercial sponsor the PBAC 

submitted:  

The PBAC notes that while PBAC submissions may be made by other parties 

(e.g., clinical or patient groups) this is challenging given the PBAC 

requirements particularly without company sponsor engagement.  

The PBAC sees benefit in an alternate mechanism to initiate submissions 

where there is an unmet clinical need and a potentially usefu l medicine.  

Such an alternative pathway may include alternative sourcing arrangements 

(e.g., calls for submissions for specific medicines) and would require 

resourcing a capacity to support the preparation of submissions. 194 

Committee Comment  

4.107 The Committee is grateful for the time and effort patients, carers and 

advocacy organisations put into providing evidence to the inquiry. It 

appears to the Committee that there is a growing understanding among 

government, industry and others of the importance of t he patient voice. It 

commends the recent efforts of the Department to pay more attention to the 

views and experiences of patients in its decision-making, and the ongoing 

ÞÖÙÒɯÖÍɯÛÏÌɯ×ÈÛÐÌÕÛɯÙÌ×ÙÌÚÌÕÛÈÛÐÝÌÚɯÖÕɯÛÏÌɯ#Ì×ÈÙÛÔÌÕÛɀÚɯÝÈÙÐÖÜÚɯÊÖÔÔÐÛÛÌÌÚɯ

to make sure views and experiences are counted.  

4.108 The Committee is adamant that there is a need for patients to participate in 

the HTA process at an earlier stage, and to be equipped with more 

information with which to do so. The Committee appreciates that every  

HTA system is different, and that submissions for reimbursement contain 

commercially sensitive information which sponsor companies reasonably 

want to protect. However, the Committee strongly believes that patients 

should be involved in the process earlier and should be provided with plain 

English submission summaries. The Committee encourages the Department 

to give serious consideration to establishing the patient voice in a similar 

way to that developed in the UK with NICE. The Committee urges the 

Department to make these patient voice reforms in conjunction with the 

 
193 Committee Hansard, Canberra, 24 June 2021, pages 5-6  

194 Department of Health, Submission 15.3, p. 7. 
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review of the HTA system that was recently flagged to begin in July 2022 in 

the Strategic Agreement 2022-27 between the Government and Medicines 

Australia.  

4.109 The Committee considers that it is particularly important that Aboriginal 

and Torres Strait Islander people are represented on the PBAC and MSAC 

bodies. While the Committee is greatly concerned with the disparity in 

access to PBS medicines for Aboriginal and Torres Strait Islander people it 

does not consider that a separate access pathway is the answer to this 

problem. Instead the Committee believes that it should be addressed 

through improvements to patient engagement in the HTA processes. In 

addition, the review of the HTA system sh ould focus on the assessment of 

diseases in small patient populations and address equity issues. 

4.110 The Committee encourages more formal engagement with clinicians during 

the HTA processes, as the clinicians will bring with them the patient 

experience using the medicine or treatment. The Committee sees merit in the 

consideration of cross-membership for certain applications between the 

PBAC and MSAC and appointing temporary and ad hoc members to either 

body. Enhancing clinical engagement should be considered by the 

independent HTA system review in July 2022. 

4.111 Patient feedback on their contributions to the HTA processes should be 

developed. This will improve their contributions over time and will assist in 

developing the patient groups understanding of  the HTA system. The 

Committee considers that the Department should provide a tracking system 

online for patients to see what progress has been made within the HTA 

system. 

4.112 A final difficult issue to emerge from the patient evidence was the problem 

of how medicines and technologies can be reimbursed when there is no 

ÊÖÔ×ÈÕàɯÞÐÓÓÐÕÎɯÛÖɯÚ×ÖÕÚÖÙɯÛÏÌÔȭɯ3ÏÌɯ"ÖÔÔÐÛÛÌÌɯÕÖÛÌÚɯÛÏÌɯ#Ì×ÈÙÛÔÌÕÛɀÚɯ

evidence that a company is ultimately required to supply the medicine or 

therapy, and accepts that if the relevant company is resistant to its product 

being sold in Australia there is little the Government can do. However, often 

these will be commercial decisions influenced by market size. Alternative 

pathways and incentives may overcome barriers relating to what could 

clearly be a market failure due to the limited size of a potential patient 

cohort in Australia. The Committee believes the Australia Government 

should establish a fund to support applications by patients, clinicians and 

others, in the absence of a sponsor company, but that support should be 

strictly limited to cases of genuine need, to prevent pharmaceutical and 
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medical technology companies gaming the system to reduce their expenses. 

The fund should be annually capped with clear eligibility rules. Most 

instances will be for rare disease medicines and technologies. 
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5. The Therapeutic Goods 

Administration  

General themes 

Positive feedback on the Therapeutic Goods Administration  

5.1 Many submitters were complimentary about the Therapeutic Goods 

 ËÔÐÕÐÚÛÙÈÛÐÖÕɯȿÚɯȹ3& ɀÚȺɯÞÖÙÒɯÐÕɯÙÌÎÜÓÈÛÐÕÎɯÔÌËÐÊÐÕÌÚɯÈÕËɯÔÌËÐÊÈÓɯ

ËÌÝÐÊÌÚȭɯ1ÌÊÖÙËÈÛÐɯ1ÈÙÌɯ#ÐÚÌÈÚÌÚɯ ÜÚÛÙÈÓÐÈɯÚÛÈÛÌËɯÐÛÚɯÉÌÓÐÌÍɯÛÏÈÛɯȿÛÏÌɯ3& ɯÐÚɯ

very efficient in registering  ÔÌËÐÊÈÓɯ×ÙÖËÜÊÛÚȭɀ1 ARCS Australia commented 

ÛÏÈÛɯȿÛÏÌɯ3& ɯÐÚɯÈÕɯÐÕÛÌÙÕÈÛÐÖÕÈÓÓàɯÙÌÊÖÎÕÐÚÌËɯÙÌÎÜÓÈÛÖÙɯÛÏÈÛɯÏÈÚɯÉÌÌÕɯÏÐÎÏÓàɯ

ÉÌÕÌÍÐÊÐÈÓɯÛÖɯÖÜÙɯÚÌÊÛÖÙȭɀ2 *àÖÞÈɯ*ÐÙÐÕɯ ÜÚÛÙÈÓÐÈɯÚÈÐËɯÛÏÈÛɯÐÛɯÞÈÚɯȿÌßÛÙÌÔÌÓàɯ

pleased with the accessibility, efficiency, responsiveness and amiability of 

ÛÏÌɯ3& ɀɯÈÕËɯÛÏÈÛɯÐÛÚɯÙÌÎÐÚÛÙÈÛÐÖÕɯ×ÙÖÊÌÚÚÌÚɯȿÈÙÌɯÙÌÓÈÛÐÝÌÓàɯÌÍÍÐÊÐÌÕÛȮɯÐÍɯÕÖÛɯ

ÉÌÚÛɯ×ÙÈÊÛÐÊÌɯÉàɯÎÓÖÉÈÓɯÚÛÈÕËÈÙËÚȭɀ3 !ÐÖÛÙÖÕÐÒɯ ÜÚÛÙÈÓÐÈɯȿÊÖÔÔÌÕËȻÌËȼɯÛÏÌɯ

3& ɯÐÕɯÐÛÚɯËÌÚÐÙÌɯÛÖɯÊÖÕÛÐÕÜÈÓÓàɯÚÌÌÒɯÙÌÓÌÝÈÕÊÌɯÈÕËɯÝÈÓÜÌɀɯÈÕËɯËÌÚÊÙÐÉÌËɯÐÛɯÈs 

ȿÒÌÌÕɯÛÖɯÌÕÎÈÎÌɯÞÐÛÏɯÐÕËÜÚÛÙàɯÐÕɯÚÌÌÒÐÕÎɯÕÖÝÌÓɯÚÖÓÜÛÐÖÕÚȭɀ4 

5.2 Specialised Therapeutics Australia submitted that substantial improvements 

to the TGA were made following the 2014 Expert Panel Review of Medicines 

and Medical Devices Regulation (Sansom Review), a view echoed by Bayer 

Australia and New Zealand, Amgen Australia, Edwards Lifesciences and 

Merck Sharp & Dohme Australia, the last of which described the post -

 
1 Recordati Rare Diseases Australia , Submission 3, p. [1];  

2 ARCS Australia , Submission 41, p. 10.  

3 Kyowa Kirin Australia , Submission 87, p. 3.  

4 Biotronik Australia , Submission 130, p. [5]. 
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Sansom Review ÙÌÎÜÓÈÛÖÙàɯÚàÚÛÌÔɯÈÚɯȿÞÖÙÓËɯÊÓÈÚÚȭɀ5 In spite of this, the 

general view of  submitters and particularly those from industry was that 

further improvements are still needed to enable faster and wider access to 

medicines and medical devices. 

Use of overseas regulators 

The case for more alignment with overseas regulators 

5.3 The most popular ideas for TGA reform among other submitters was 

increased international harmonisation and cooperation. 6 Submitters argued 

that products approved by reputable regulators have already been proven to 

be effective and safe, so reassessment by the TGA results in duplication and 

inefficiency. 7  (ÛɯÞÈÚɯÊÓÈÐÔÌËɯÛÏÈÛɯÎÐÝÌÕɯ ÜÚÛÙÈÓÐÈɀÚɯÚÔÈÓÓɯÔÈÙÒÌÛɯÚÐáÌȮɯ

alignment with larger markets is necessary to ensure fast access to medicines 

and devices, particularly for rare diseases.8 The small United States (US) 

company Mirum Pharmaceuticals, for example, explained that it is 

submitting a rare liver disease medicine to the US Food and Drugs 

Administration (FDA), then taking it to the European Medicines Agency 

(EMA), and it would be able to bring it to Australia mu ch faster if 

 ÜÚÛÙÈÓÐÈɀÚɯ×ÙÖÊÌÚÚɯÞÈÚɯÈÓÐÎÕÌËɯÞÐÛÏɯÛÏÖÚÌɯÑÜÙÐÚËÐÊÛÐÖÕÚȭɯ9 

5.4 Submitters emphasised the need for the TGA to harmonise its systems and 

processes with overseas regulators.10 It has already made progress on this in 

 
5 Specialised Therapeutics Australia, Submission 7, p. 3; Bayer Australia and New Zealand, 

Submission 175, p. 2; Amgen Australia, Submission 82.5, p. 2; Edwards Lifesciences, Submission 

83, p. 30; Merck Sharp & Dohme Australia, Submission 63, p. 3. 

6 Sanofi, Submission 99, p. 3; Medical Technology Association of Australia (MTAA), Submission 

148, p. 35. 

7 Australian Association of Medical Research Institutes (AAMRI), Submission 88, p. 8; Australian 

Amyloidosis Network (AAN), Submission 98, p. [6]; Australasian Leukaemia and Lymphoma 

Group and Haematology Society of  Australia and New Zealand (ALLG and HSANZ), 

Submission 112, p. 7.  

8 ARCS Australia, Submission 41, p. 10; RESULTS International Australia, Submission 106, pp. 5-

6; AusBiotech, Submission 114, pp. 11-ƕƖȰɯ ÜÚÛÙÈÓÐÈÕɯÈÕËɯ-ÌÞɯ9ÌÈÓÈÕËɯ"ÏÐÓËÙÌÕɀÚɯ

Haematology/O ncology Group (ANZCHOG), Submission 120, p. 6. 

9 Mirum Pharmaceuticals, Submission 10, p. 1. 

10 Research Australia, Submission 78, p. 11; The George Institute for Global Health, Submission 

105, p. 8; University of Melbourne, Submission 133, p. 4. 
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some areas, such as Project Orbis for cancer medicines which was praised by 

several submitters.11 

5.5 AstraZeneca Australia and Bayer Australia and New Zealand commented 

ÛÏÈÛɯȿÚ×ÌÊÐÈÓɯÙÌÎÐÚÛÙÈÛÐÖÕɯÚÊÏÌÔÌÚɀɯÓÐÒÌɯ/ÙÖÑÌÊÛɯ.ÙÉÐÚɯÚÏÖÜÓËɯÉÌɯÐÕÛÙÖËÜÊÌËɯÖÙɯ

expanded for other diseases besides cancer, with AstraZeneca Australia 

giving the examples of asthma and cardiovascular diseases.12 Amgen 

Australia discussed Project Accumulus, a joint IT framework being 

developed by the FDA, the EMA, and the Japanese and Singaporean 

regulators to facilitat e better data sharing, and argued that Australia needs 

to participate. 13 

5.6 In the area of rare diseases, Dr Falk Pharma Australia suggested an 

ȿÈÊÊÌÓÌÙÈÛÌËɯ×ÈÛÏÞÈàɀɯÚÏÖÜÓËɯÉÌɯÈÝÈÐÓÈÉÓÌɯÍÖÙɯÖÙ×ÏÈÕɯËÙÜÎÚɯÛÏÈÛɯÏÈÝÌɯ

ÈÓÙÌÈËàɯÉÌÌÕɯÙÌÎÐÚÛÌÙÌËɯÐÕɯÊÌÙÛÈÐÕɯȿÙÌÍÌÙÌÕÊÌɯÔÈÙÒÌÛÚȭɀ14 RESULTS 

(ÕÛÌÙÕÈÛÐÖÕÈÓɯ ÜÚÛÙÈÓÐÈȮɯÔÌÈÕÞÏÐÓÌȮɯÙÌÊÖÔÔÌÕËÌËɯȿÈÓÓÖÞÐÕÎɯÈÊÊÌÚÚɯÐÕɯ

Australia to drugs for rare and orphan diseases with WHO [World Health 

.ÙÎÈÕÐáÈÛÐÖÕȼɯ/ÙÌØÜÈÓÐÍÐÊÈÛÐÖÕɯØÜÈÓÐÛàɯÈ××ÙÖÝÈÓȭɀɯ(ÛɯÌß×ÓÈÐÕÌËɯÛÏÈÛɯÛÏÐÚɯ

would have the added  ÉÌÕÌÍÐÛɯÖÍɯȿÈÓÓÖÞÐÕÎɯ ÜÚÛÙÈÓÐÈɯÛÖɯÉÌÕÌÍÐÛɯÍÙÖÔɯÓÖÞɯ

ÊÖÚÛÚɯÕÌÎÖÛÐÈÛÌËɯÎÓÖÉÈÓÓàɯÍÖÙɯÚÜÊÏɯ×ÙÖËÜÊÛÚɀɯÉàɯ4ÕÐÛÌËɯ-ÈÛÐÖÕÚɯÈÎÌÕÊÐÌÚȭ15 

5.7 Medtronic Australasia was generally strongly supportive of more alignment 

with international regulators, but argued that in a ligning with European 

Union (EU) devices regulation:  

ȱÛÏÌÙÌɯÕÌÌËÚɯÛÖɯÉÌɯÈɯÉÈÓÈÕÊÌɯÈÕËɯÊÈÜÛÐÖÕɯÌßÌÙÊÐÚÌËɯÐÕɯÈÙÌÈÚɯÞÏÌÙÌɯÛÏÌɯ

European Regulations are not clear or the guidance documents are not made 

available. Should the TGA implement the changes in the absence of such 

explanatory documents, it can create a huge regulatory burden for sponsors.16 

5.8 2ÛÙàÒÌÙɯ2ÖÜÛÏɯ/ÈÊÐÍÐÊɯÙÌÊÖÔÔÌÕËÌËɯȿÉÌÕÊÏÔÈÙÒÐÕÎɯÈ××ÙÖÝÈÓÚɯÛÐÔÌÚɯÍÖÙɯ

3& ɯÈÎÈÐÕÚÛɯÐÕÛÌÙÕÈÛÐÖÕÈÓɯÉÌÚÛɯ×ÙÈÊÛÐÊÌȭɀ17 The Medical Technology 

 
11 Dr Haith am Tuffaha, Submission 72, p. [1]; AAN, Submission 98, p. [5].  ALLG and HSANZ, 

Submission 112, p. 7. 

12 AstraZeneca Australia, Submission 42, p. 2; Bayer Australia and New Zealand, Submission 175, 

pp. 2-3. 

13 Amgen Australia, Submission 82, p. 10.  

14 Dr Falk Pharma Australia, Submission 17, p. [3].  

15 RESULTS International Australia, Submission 106, p. 3.  

16 Medtronic Australasia, Submission 122, p. 21.  

17 Stryker South Pacific, Submission 28, p. 6. 
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 ÚÚÖÊÐÈÛÐÖÕɯÖÍɯ ÜÚÛÙÈÓÐÈɯȹ,3  ȺɯÓÐÒÌÞÐÚÌɯÙÌÊÖÔÔÌÕËÌËɯȿ3& ɯÚÏÖÜÓËɯ

continue improving and streamlining its internal processes to deliver 

ÊÖÕÚÐÚÛÌÕÛÓàɯØÜÐÊÒɯÙÌÝÐÌÞɯÛÐÔÌÚɯÐÕɯÓÐÕÌɯÞÐÛÏɯÐÕÛÌÙÕÈÛÐÖÕÈÓɯ*/(Úȭɀ18 

5.9 ARCS Australia raised the Ú×ÌÊÐÍÐÊɯÐÚÚÜÌɯÖÍɯÛÏÌɯ3& ɀÚɯÙÌÎÜÓÈÛÐÖÕɯÖÍɯ

ÔÈÕÜÍÈÊÛÜÙÐÕÎȮɯÞÏÐÊÏɯÐÛɯÚÈÐËɯȿÚÌÌÔÚɯÛÖɯÉÌɯÔÖÝÐÕÎɯÈÞÈàɯÍÙÖÔɯÐÕÛÌÙÕÈÛÐÖÕÈÓɯ

ÏÈÙÔÖÕÐÚÈÛÐÖÕȮɀɯÐÕɯÊÖÕÛÙÈÚÛɯÛÖɯÛÏÌɯ3& ɀÚɯÈ××ÙÖÈÊÏɯÐÕɯÖÛÏÌÙɯÈÙÌÈÚȭɯ(ÛɯÈÙÎÜÌËɯ

ÛÏÈÛɯȿÛÏÐÚɯÞÐÓÓɯÐÕÊÙÌÈÚÐÕÎÓàɯ×ÙÌÚÌÕÛɯÈɯÙÖÈËÉÓÖÊÒɯÍÖÙɯÊÖÔ×ÈÕÐÌÚȮɯand reverse 

ÛÏÌɯ×ÙÖÎÙÌÚÚɯÈÕËɯÈËÝÈÕÊÌÚɀɯÔÈËÌɯÉàɯÛÏÌɯÖÛÏÌÙɯÐÕÛÌÙÕÈÛÐÖÕÈÓɯÐÕÐÛÐÈÛÐÝÌÚȭɯ(Õɯ

ÙÌÚ×ÖÕÚÌɯÛÖɯÛÏÌÚÌɯÐÚÚÜÌÚȮɯÐÛɯÙÌÊÖÔÔÌÕËÌËɯÛÏÈÛɯȿÛÏÌɯ3& ɯÙÌÓàɯÔÖÙÌɯÞÏÖÓÓàɯÖÕɯ

overseas [Good Manufacturing Practice] accreditation and not insist on 

additional evaluation o f audit reports or request review of technical 

ÈÎÙÌÌÔÌÕÛÚɯÉÌÛÞÌÌÕɯÔÈÕÜÍÈÊÛÜÙÌÙÚȭɯȿ19 

The case for caution in alignment with overseas regulators  

5.10 While a strong majority of submitters who raised the issue of alignment with 

overseas regulators supported increasing it, some others urged caution. The 

Western Australian Department of Health (WA Health) highlighted the 

importance of the TGA being careful in deciding which regulators its 

designates as Comparable Overseas Regulators (CORs) commenting that: 

It i s vital that the TGA regularly monitor any changes to approval processes 

for research and development across the CORs to ensure that standards 

remain of a suitable high level. Additionally, robust data capture and post 

market surveillance across a mandated period should be required.20 

5.11 The Centre for Law and Genetics, University of Tasmania and Sydney 

Health Law and Sydney Health Ethics, University of Sydney advocated for 

careful consideration of any increase in reliance on international regulators, 

notÐÕÎɯȿÛÏÌɯÊÜÙÙÌÕÛɯÚÛÈÛÌɯÖÍɯÍÓÜßɯÐÕɯÈÊÊÌ×ÛÈÉÓÌɯÚÈÍÌÛàɯÈÕËɯÌÍÍÐÊÈÊàɯÛÏÙÌÚÏÖÓËÚȮɯ

and the recent controversy that has surrounded a number of medical devices 

È××ÙÖÝÌËɯÍÖÙɯÜÚÌɯÐÕɯ ÜÚÛÙÈÓÐÈɯÛÏÙÖÜÎÏɯÛÏÌÚÌɯ×ÈÛÏÞÈàÚȭɀ21 

 
18 MTAA, Submission 148, p. 7. 

19 ARCS Australia, Submission 41, p. 10. 

20 Western Australian Department of Health (WA Health), Submission 129, p. [7].  

21 Centre for Law and Genetics, University of Tasmania and Sydney Health Law and Sydney 

Health Ethics, University of Sydney, Submission 179, p. 4. 
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5.12 The Australian Commission on Safety and Quality in Health Care 

(ACSQHC) noted the problems with medical devices are heavily dependent 

on CORs for their approval. They commented: 

ȱɯ×ÙÖÊÌÚÚÌÚɯÞÏÐÊÏɯÌÕÚÜÙÌɯÈ××ÙÖ×ÙÐÈÛÌɯÈÛÛÌÕÛÐÖÕɯÛÖɯÛÏÌɯØÜÈÓÐÛàɯÈÕËɯÙÌÓÌÝÈÕÊÌɯ

of international assessments and approval processes to local circumstances are 

imperative. 22 

5.13 Dr Bruce Baer Arnold and Dr Wendy Bonython, acting in a private capacity, 

raised the medical devices issues, and noted that regulatory failures that 

ÙÌÚÜÓÛɯÐÕɯ×ÈÛÐÌÕÛɯÐÕÑÜÙÐÌÚɯ×ÓÈÊÌɯȿÈÝÖÐËÈÉÓÌɯÉÜÙËÌÕÚɯÖn the public/private 

health systems.23 

5.14 The Royal Australian and New Zealand College of Radiologists (RANZCR) 

ËÙÌÞɯÛÏÌɯ"ÖÔÔÐÛÛÌÌɀÚɯÈÛÛÌÕÛÐÖÕɯÛÖɯÛÏÌɯÚ×ÌÊÐÍÐÊɯ×ÙÖÉÓÌÔÚɯÛÏÈÛɯÊÈÕɯÈÙÐÚÌɯÐÕɯ

aligning regulation of software that uses Artificial Intelligence (A I), in its 

case in clinical radiology. It submitted that:  

It has been well documented that performance of AI systems is related to the 

population of individuals on which it has been trained.  

ȱÛÏÌÙÌɯÕÌÌËɯÛÖɯÉÌɯÔÌÊÏÈÕÐÚÔÚɯÐÕɯ×ÓÈÊÌɯÛÖɯÌÕÚÜÙÌɯÛÏÈÛɯÔÈÊÏÐÕÌɯÓÌÈÙning 

devices are trained and tested on individuals appropriate for the Australian 

demographic. Such devices are clearly labelled to ensure that they are able to 

be used in a clinically appropriate context. When relying on the assessment of 

overseas regulators, it is also imperative that the TGA has mechanisms in 

place to be alerted to all changes to AI systems.24 

3ÏÌɯ&ÖÝÌÙÕÔÌÕÛɀÚɯ×ÖÚÐÛÐÖÕ 

5.15 (ÕɯÙÌÚ×ÖÕÚÌɯÛÖɯÛÏÌɯ×ÖÚÚÐÉÐÓÐÛàɯÖÍɯÛÏÌɯ3& ɯÚÐÔ×ÓàɯȿÙÜÉÉÌÙɯÚÛÈÔ×ÐÕÎɀɯËÌÊÐÚÐÖÕÚɯ

by overseas regulators, the Department of Health (the Department) told the 

Committee: 

 ɯÒÌàɯÙÌÈÚÖÕɯÍÖÙɯÛÏÌɯ&ÖÝÌÙÕÔÌÕÛɀÚɯËÌÊÐÚÐÖÕɯÐÕɯƖƔƕƚɯÛÏÈÛɯ ÜÚÛÙÈÓÐÈɯÚÏÖÜÓËɯ

continue to make sovereign decisions regarding medicines approvals, rather 

ÛÏÈÕɯȿÙÜÉÉÌÙɯÚÛÈÔ×ɀɯËÌÊÐÚÐÖÕÚɯÖÍɯÖÛÏÌÙɯÙÌÎÜÓÈÛÖÙÚȮɯÞÈÚɯÛÏÈÛɯthere was often 

significant discordance between these decisions. In individual cases, this is 

thought to be due to differences between regulators in the data submitted by 

the applicant, differences in clinical practice or risk appetite between countries 

or differences in opinions between respective advisory committees. There 

 
22 Australian Commis sion on Safety and Quality in Health Care (ACSQHC), Submission 207, p. 4. 

23 Dr Bruce Baer Arnold and Dr Wendy Bonython, Submission 49, p. 12. 

24 Royal Australian and New Zealand College of Radiologists (RANZCR), Submission 204, p. [2]. 
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have been some cases where absolute differences in regulatory outcome 

(acceptance versus rejection) occurred but much more common are significant 

differences in the approved indication (intended use) between regulators for a 

given medicine.25 

5.16 .ÕɯÛÏÌɯÐÚÚÜÌɯÖÍɯÞÏÌÛÏÌÙɯÚÜÊÏɯȿÙÜÉÉÌÙɯÚÛÈÔ×ÐÕÎɀɯÞÖÜÓËɯÉÌɯÉÌÕÌÍÐÊÐÈÓɯÍÖÙɯ

provisional approval for rare disease therapies in particular, Adjunct 

Professor John Skerritt, Deputy Secretary, Health Products Regulation, 

Department of Health (Adjunct Prof Skerritt), commented:  

In provisional approval, it's even more important to know where the risks and 

uncertainties are. You could argue that's a case where you actually want to 

have information on what gaps you need to fill in the coming period. There 

could be safety issues. Remember, with provisional approval, you're going 

back to the company and saying, 'We need answers to A, B, C, D, E, F.' In 

order to shape those questions, you'd argue that the exact opposite should 

apply; you should actually know more about those drugs and what's not 

known and what is known about them. 26 

5.17 Adjunct Professor Skerritt argued that the most important consideration is 

ȿÛÖɯÊÖÕÛÐÕÜÌɯÛÖɯÏÈÝÌɯÈÕɯÌÕÝÐÙÖÕÔÌÕÛɯÈÕËɯactively encourage Australia to be 

a tier 1 market; in other words, for submissions to Australia to be made as 

ÚÖÖÕɯÈÚɯ×ÖÚÚÐÉÓÌɯÈÍÛÌÙɯÛÏÌɯ$ÜÙÖ×ÌÈÕɯÈÕËɯ-ÖÙÛÏɯ ÔÌÙÐÊÈÕɯÚÜÉÔÐÚÚÐÖÕÚȭɀ27 

Length of review versus risk  

5.18 Beyond the issue of alignment with overs eas regulators, some submitters 

insisted on a more general need for caution in speeding up the regulatory 

×ÙÖÊÌÚÚȭɯ,ÐÚÚɯ)ÌÚÚÐÊÈɯ/ÈÊÌɯÌÔ×ÏÈÚÐÚÌËɯÛÏÈÛɯȿÈÛÛÌÔ×ÛÚɯÛÖɯÚ×ÌÌËɯÜ×ɯÙÌÎÜÓÈÛÖÙàɯ

×ÙÖÊÌÚÚÌÚɯÊÈÕɯÏÈÝÌɯÐÔ×ÈÊÛÚɯÖÕɯØÜÈÓÐÛàȭɀɯ2ÏÌɯÚÈÐËɯÛÏÈÛɯÏÌÙɯÙÌÚÌÈÙÊÏɯÖÍɯÛÏÌɯ

ÝÐÌÞÚɯÖÍɯÊÓÐÕÐÊÐÈÕÚɯÈÕËɯ×ÈÛÐÌÕÛÚɯÚÏÖÞÌËɯÛÏÈÛɯÛÏÌàɯÈÙÌɯȿÓÈÙÎÌÓàɯÚÈÛÐÚÍÐÌËɯÞÐÛÏɯ

ÖÜÙɯÊÜÙÙÌÕÛɯÚàÚÛÌÔÚɯÖÍɯÔÌËÐÊÐÕÌÚɯÍÜÕËÐÕÎɯÈÕËɯÙÌÎÜÓÈÛÐÖÕȮɀɯÈÓÛÏÖÜÎÏɯÛÏÌàɯ

acknowledge there are areas that need improvement, particularly for rare 

diseases.28 Dr Arnold and Dr Bony ÛÏÖÕɯÓÐÒÌÞÐÚÌɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯȿÞÌÈÒÌÕÐÕÎɯ

ÖÍɯ ÜÚÛÙÈÓÐÈɀÚɯÛÏÌÙÈ×ÌÜÛÐÊɯÎÖÖËÚɯÙÌÎÐÔÌɯÞÐÓÓɯÙÌÚÜÓÛɯÐÕɯÏÈÙÔÚɯÞÐÛÏÖÜÛɯ

ÚÜÉÚÛÈÕÛÐÝÌɯÉÌÕÌÍÐÛɯÛÖɯÊÖÕÚÜÔÌÙÚɯÖÍɯÔÌËÐÊÈÓɯ×ÙÖËÜÊÛÚȭɀ29 

 
25 Department of Healt h, Submission 15.5, p. [21].  

26 Committee Hansard, Canberra, 18 June 2021, p. 20.  

27 Committee Hansard, Canberra, 18 June 2021, p. 20. 

28 Miss Jessica Pace, Submission 40, p. 3. 

29 Dr Bruce Baer Arnold and Dr Wendy Bonython, Submission 49, p. 4. 
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5.19 Australian Prescriber ÚÜÉÔÐÛÛÌËɯÛÏÈÛɯȿÐÛɯÐÚɯÐÔ×ÖÙÛÈÕÛɯÛÏÈÛɯÙÈ×ÐËɯÈ××ÙÖÝÈÓɯËÖÌÚɯ

not coÔ×ÙÖÔÐÚÌɯÛÏÌɯÚÈÍÌÛàɯÖÍɯÕÌÞɯËÙÜÎÚȭɀɯ(ÛɯÕÖÛÌËɯÛÏÈÛɯȿÈËÝÌÙÚÌɯÌÍÍÌÊÛÚɯÛÌÕËɯ

to emerge over time and, if efficacy has been based on surrogate outcomes, 

ÛÏÌÙÌɯÊÈÕɯÉÌɯÜÕÊÌÙÛÈÐÕÛàɯÞÏÌÛÏÌÙɯÕÌÞɯËÙÜÎÚɯÞÐÓÓɯÉÌɯÌÍÍÌÊÛÐÝÌɯÐÕɯ×ÙÈÊÛÐÊÌȭɀɯ(Ûɯ

nonetheless did not call for any reduction in the current use of accelerated 

approval pathways. 30 3ÏÌɯ2àËÕÌàɯ"ÏÐÓËÙÌÕɀÚɯ'ÖÚ×ÐÛÈÓɯ-ÌÛÞÖÙÒɯÈÕËɯ

"ÏÐÓËÙÌÕɀÚɯ,ÌËÐÊÈÓɯ1ÌÚÌÈÙÊÏɯ(ÕÚÛÐÛÜÛÌɯÒÌ×ÛɯÛÏÌÐÙɯÚÜÉÔÐÚÚÐÖÕɯÖÕɯÛÏÐÚɯÐÚÚÜÌɯ

ÎÌÕÌÙÈÓȮɯÚÛÈÛÐÕÎɯÛÏÈÛɯȿÛÏÌɯÍÖÊÜÚɯÔÜÚÛɯÉÌɯÖÕɯ×ÈÛÐÌÕÛɯÚÈÍÌÛàɀɯÉÜÛɯÛÏÈÛɯȿÙÐÚks 

should be balanced against potential benefits of early access to novel 

ÛÏÌÙÈ×ÌÜÛÐÊÚȭɀ31 The ACSQHC made the same broad point, submitting: 

The argument is sometimes made, that assessment and approval processes are 

extended and more immediate availability of a new drug or device would 

ÚÈÝÌɯÓÐÝÌÚȭɯ3ÏÌɯÙÐÚÒÚɯÈÕËɯÉÌÕÌÍÐÛÚɯÖÍɯȿÌÈÙÓàɀɯÐÕÛÙÖËÜÊÛÐÖÕɯÚÏÖÜÓËɯÈÓÞÈàÚɯÉÌɯ

considered objectively.32 

Resourcing 

5.20 "ÜÙÙÌÕÛÓàȮɯÛÏÌɯ3& ɀÚɯÈÊÛÐÝÐÛÐÌÚɯÈÙÌɯ×ÙÐÔÈÙÐÓàɯÊÖÚÛɯÙÌÊÖÝÌÙÌËɯÍÙÖÔɯÐÕËÜÚÛÙàɯ

fees and charges, however, a small amount of appropriation funding is 

provided for other activities. For example, in the 2019-20 Mid-Year 

Economic and Financial Outlook statement, the Government provided $33 

million over four years (including $6.6 million in 2020 -21) for work  on 

improvement of patient safety through regulatory measures for opioids and 

to partially defray the costs of the TGA Special Access Scheme, Orphan 

Drugs Program and mandatory reporting of shortages of critical medicines. 33 

5.21 A related concern was the question of whether the TGA is adequately 

resourced. The Association of Australian Medical Research Institutes 

ȹ  ,1(ȺɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯȿȻÈ××ÙÖÝÈÓȼɯÛÐÔÌÓÐÕÌÚɯÊÖÜÓËɯÉÌɯËÌÊÙÌÈÚÌËɯÉàɯ

ÐÕÊÙÌÈÚÐÕÎɯÛÏÌɯ3& ɯÉÜËÎÌÛɯÚÖɯÌß×ÌËÐÛÌËɯÙÌÝÐÌÞÚɯÊÈÕɯÉÌɯÐÔ×ÓÌÔÌÕÛÌËȭɀ34 

Novo NorËÐÚÒɯ ÜÚÛÙÈÓÐÈɯÙÌÊÖÔÔÌÕËÌËɯÛÏÈÛɯÛÏÌÙÌɯÉÌɯȿÈËËÐÛÐÖÕÈÓɯÍÜÕËÐÕÎɯ

ÈÓÓÖÊÈÛÌËɯÛÖɯÛÏÌɯ3& ɯÛÖɯÚÛÙÌÕÎÛÏÌÕɯÛÏÌɯ3& ɀÚɯÈÉÐÓÐÛàɯÛÖɯÙÌÎÜÓÈÛÌɯÕÌÞɯÈÕËɯ

innovative therapeutic goods, ensuring that sufficient effort is directed to the 

 
30 Australian Prescriber, Submission 94, pp. [1]-[2] 

31 SCHN and CMRI, Submission 185, p. 17.  

32 ACSQHC, Submission 207, p. 4. 

33 Department of Health, Submission 15.6, p. 1. 

34 AAMRI, Submission 88, p. 8. 
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development and exploration of novel ther È×ÌÜÛÐÊɯÊÓÈÚÚÌÚȭɀ35 Dr Arnold and 

#Ùɯ!ÖÕàÛÏÖÕɯÈÙÎÜÌËɯÛÏÈÛɯÛÏÌɯ3& ɀÚɯÊÜÙÙÌÕÛɯÍÜÕËÐÕÎɯÐÚɯÐÕÚÜÍÍÐÊÐÌÕÛɯÍÖÙɯÐÛɯÛÖɯ

ȿÍÜÓÍÐÓɯÐÛÚɯÙÌÚ×ÖÕÚÐÉÐÓÐÛÐÌÚɯÖÕɯÈɯÛÐÔÌÓàɯ×ÙÖÈÊÛÐÝÌɯÉÈÚÐÚɀɯÈÕËɯȿÈÛÛÙÈÊÛɯÈÕËɯÙÌÛÈÐÕɯ

Ìß×ÌÙÛÐÚÌȭɀ36 

5.22 Australian Prescriber explained that the TGA publishes Australian Public 

Assessment Reports (AusPARs) to provide information about newly 

approved medicines, but that there is often a delay between the registration 

of medicines and their publication. It submitted that:  

The rapid approval of new drugs in Australia must be accompanied by a rapid 

release of the information supporting those approvals. The TGA should be 

given the resources to ensure that an AusPAR is available at the same time a 

new drug is launched. 37 

5.23 ARCS Australia emphasised the neeËɯÍÖÙɯȿÙÌÚÖÜÙÊÌÚɯÈÛɯÛÏÌɯ3& ɯÉÌÐÕÎɯ

sufficient to maintain a strong focus on continuous improvement and 

ÚÛÙÈÛÌÎÐÊɯÍÖÊÜÚȭɀɯ(ÛɯÈËËÌËɯÛÏÈÛɯȿÐÕÐÛÐÈÛÐÝÌÚɯÚÜÊÏɯÈÚɯÛÏÌɯ ËÝÈÕÊÌËɯ3ÏÌÙÈ×ÐÌÚɯ

4ÕÐÛɯÈÙÌɯÊÙÐÛÐÊÈÓɯÛÖɯÚÜÊÊÌÚÚɀɯÈÕËɯȿ(3ɯÐÕÍÙÈÚÛÙÜÊÛÜÙÌɯÈÛɯÛÏÌɯ3& ɯÕÌÌËÚɯÈɯÔÈÑÖÙɯ

ÖÝÌÙÏÈÜÓȭɀ38 Johnson & Johnson seconded this, and stated: 

We would advocate for sufficient resources to address current TGA 

limitations, including in relation to information technology. In that regard, we 

support the recent announcement in the Federal GoveÙÕÔÌÕÛɀÚɯ.ÊÛÖÉÌÙɯ

Budget to provide additional resources to the TGA. 39 

5.24 ,ÌËÐÊÐÕÌÚɯ ÜÚÛÙÈÓÐÈɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯÛÏÌɯ3& ɀÚɯ(3ɯÐÕÍÙÈÚÛÙÜÊÛÜÙÌɯÐÚɯÕÖÛɯȿÍÐÛ-for-

×ÜÙ×ÖÚÌɀɯÈÕËɯÐÛɯÞÌÓÊÖÔÌËɯÛÏÌɯÍÜÕËÐÕÎɯÈÕÕÖÜÕÊÌËɯÐÕɯÛÏÌɯƖƔƖƔɯ%ÌËÌÙÈÓɯ

Budget.40 It further asserted that,  in contrast to the FDA and European EMA, 

the TGA does not have sufficient internal resources to conduct its clinical 

evaluations and consequently must rely on external evaluators.41 It 

explained that: 

 
35 Novo Nordisk Australia, Submission 151, p. 4.  

36 Dr Bruce Baer Arnold and Dr Wendy Bonython, Submission 49, p. 8. 

37 Australian Prescriber, Submission 94, p. [2]. 

38 ARCS Australia, Submission 41, p. 3. 

39 Johnson & Johnson, Submission 134, p. 14. 

40 Medicines Australia, Submission 141, p. 32. 

41 Medicines Austr alia, Submission 141, p. 31. 
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Quality of external clinical evaluations can be poor due to lack of experience 

ȱÖÙɯÍÈÐÓÜÙÌɯÛÖɯÜÕËÌÙÚÛÈÕËɯÙÌÎÜÓÈÛÖÙàɯÙÌØÜÐÙÌÔÌÕÛÚȭɯ3ÏÐÚɯÊÙÌÈÛÌÚɯÈËËÐÛÐÖÕÈÓɯ

ÉÜÙËÌÕɯÍÖÙɯ2×ÖÕÚÖÙÚɯÐÕɯÏÈÝÐÕÎɯÛÖɯÈËËÙÌÚÚɯÌÙÙÖÕÌÖÜÚɯÙÌØÜÌÚÛÚȱÈÕËɯÊÈÕɯÙÌÚÜÓÛɯ

in delays to approval. 42 

5.25 3ÏÌɯ,3  ɯÙÈÐÚÌËɯÊÖÕÊÌÙÕÚɯÈÉÖÜÛɯÛÏÌɯ3& ɀÚɯÙÌÚÖurces, and specifically its IT 

ÙÌÚÖÜÙÊÌÚȮɯÈÚÚÌÙÛÐÕÎɯÛÏÈÛɯȿÓÖÕÎɯÙÌÝÐÌÞɯÛÐÔÌÓÐÕÌÚɯÈÙÌɯÖÍÛÌÕɯÊÈÜÚÌËɯÉàɯÈɯÓÈÊÒɯÖÍɯ

Ú×ÌÊÐÈÓÐÚÛɯÙÌÝÐÌÞÌÙÚɯÈÕËɯÖÜÛËÈÛÌËɯ(3ɯÚàÚÛÌÔÚȭɀ43 It recommended that the 

&ÖÝÌÙÕÔÌÕÛɯȿÌÕÚÜÙÌɯÛÏÈÛɯ3& ɯÏÈÚɯÛÏÌɯÏÜÔÈÕɯÈÕËɯ(3ɯÐÕÍÙÈÚÛÙÜÊÛÜÙÌɯ

resources ÛÖɯÍÜÓÍÐÓɯÐÛÚɯÔÐÚÚÐÖÕȭɀ44 Pathology Technology Australia delivered 

ÖÕÌɯÖÍɯÛÏÌɯÔÖÚÛɯÍÖÙÛÏÙÐÎÏÛɯÊÙÐÛÐÊÐÚÔÚɯÖÍɯÛÏÌɯ3& ɀÚɯÙÌÚÖÜÙÊÐÕÎȮɯÚÜÉÔÐÛÛÐÕÎɯ

that: 

Improvement in the TGA is more likely to come from changing either the 

resourcing or the funding model. The current fee-for -service model is a 

nonsense when the TGA cannot staff to workload (under the public service 

staffing limits imposed by the Department of Finance). If this service is to 

remain fully fee -for -service, then it needs to be free to staff-to-work load. If 

TGA remains tethered to public service staffing ratios, then product 

assessment and registration services need to be federally funded.45 

5.26 6ÏÌÕɯÈÚÒÌËɯÉàɯÛÏÌɯ"ÖÔÔÐÛÛÌÌɯÈÉÖÜÛɯÞÏÌÛÏÌÙɯÛÏÌɯ3& ɀÚɯÊÜÙÙÌÕÛɯÊÖÚÛɯ

recovery model provides it with sufficie nt resources, Adjunct Prof Skerritt 

replied:  

So consumer expectations have changed. Profiles have changed. There's a list 

of other things and services that we provide that can't be attributed to an 

individual company. There's also a greater expectation on ÊÖÔ×ÓÐÈÕÊÌȱ2ÖɯÛÏÌɯ

dilemma I have, as I've seen the nature of expectations of regulators change, is 

whether we have the model that can actually service that.46 

5.27 The Department added: 

6ÏÐÓÌɯÛÏÌɯ3& ɀÚɯÈÊÛÐÝÐÛÐÌÚɯÈÙÌɯ×ÙÐÔÈÙÐÓàɯÊÖÚÛɯÙÌÊÖÝÌÙÌËɯÍÙÖÔɯÐÕËÜÚÛÙàɯfees and 

charges, a small amount of appropriation funding is provided for other 

activities. For example in the 2019/20 Mid-Year Economic and Financial 

Outlook statement, the Government provided $33 million over four years 

 
42 Medicines Australia, Submission 141, p. 56. 

43 MTAA, Submission 148, p. 37.  

44 MTAA, Submission 148, p. 7.  

45 Pathology Technology Australia , Submission 178, p. [3].  

46 Committee Hansard, Canberra, 18 June 2021, p. 26.  
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(including $6.6 million in 2020/21 ) for work on improvement of patient safety 

through regulatory measures for opioids and to partially  defray the costs of 

the TGA Special Access Scheme, Orphan Drugs Program and mandatory 

reporting of shortages of critical medicines.  

There are some activities that may not be appropriately cost recovered under 

Australian Government Cost Recovery Guidelines47 because they cannot be 

attributed to individual TGA sponsors, or it would be unreasonable or 

inefficient to cost recover (e.g. from individual terminall y ill patients in the 

case of SAS A).48 

5.28 The Department went on to note a series of examples of costs that may not 

be appropriately cost recovered, some of which are of particular interest to 

ÛÏÐÚɯÐÕØÜÐÙàȭɯ3ÏÌÚÌɯÐÕÊÓÜËÌɯȿÏÖÙÐáÖÕɯÚÊÈÕÕÐÕÎɯÖÕɯÕÌÞɯÔÌËÐÊÐÕes and medical 

ÛÌÊÏÕÖÓÖÎÐÌÚȮɀɯȿ×ÙÖÝÐÚÐÖÕɯÖÍɯÌÈÙÓàɯÚÊÐÌÕÛÐÍÐÊɯÈËÝÐÊÌɯÍÖÙɯÕÌÞɯÈÕËɯÌÔÌÙÎÐÕÎɯ

ÛÌÊÏÕÖÓÖÎÐÌÚȮɀɯȿÙÌÎÜÓÈÛÖÙàɯ×ÖÓÐÊàɯËÌÝÌÓÖ×ÔÌÕÛɯÍÖÙɯÕÌÞɯÈÕËɯÌÔÌÙÎÐÕÎɯ

ÛÌÊÏÕÖÓÖÎÐÌÚȮɀɯȿÊÖÔÔÜÕÐÛàɯÈÕËɯÏÌÈÓÛÏÊÈÙÌɯ×ÙÈÊÛÐÛÐÖÕÌÙɯÌËÜÊÈÛÐÖÕɯÈÕËɯ

ÊÖÔÔÜÕÐÊÈÛÐÖÕÚɀɯÈÕËɯÛÏÌɯȿ.Ù×ÏÈÕɯ#ÙÜÎÚɯ2ÊÏÌÔÌȭɀɯ(ÛɯÊÖÕÊÓÜËÌËɯÉàɯÚÛÈÛÐÕÎɯ

that:  

It would be a decision for government, and not for officials, to determine 

ÞÏÌÛÏÌÙɯÊÏÈÕÎÌÚɯÛÖɯ3& ɀÚɯÍÜÕËÐÕÎɯÔÖËÌÓɯÈÙÌɯÈ××ÙÖ×ÙÐÈÛÌȮɯÈÕËɯÐÍɯÚÖɯÏÖÞɯÛÏÌÚÌɯ

activities should be funded. 49 

Technical aspects of regulat ion  

Molecular indications  

5.29 One overseas development that attracted particular interest from some 

submitters was the recent FDA approval of larotrectinib, an NTRK inhibitor. 

AAMRI explained that this drug:  

ȱÞÈÚɯÙÌÊÌÕÛÓàɯÈ××ÙÖÝÌËɯÐÕɯÛÏÌɯ42ɯÍÖÙɯÈɯmolecular indication rather than the 

more usual disease indication. This means that rather than a drug being 

approved for the treatment of a specific cancer, such as breast, lung, bowel 

 
47 DepÈÙÛÔÌÕÛɯÖÍɯ%ÐÕÈÕÊÌȮɯȿ ÜÚÛÙÈÓÐÈÕɯ&ÖÝÌÙÕÔÌÕÛɯÊÖÚÛɯÙÌÊÖÝÌÙàɯÎÜÐËÌÓÐÕÌÚɯ1,&ƗƔƘɀȮɯ"ÈÕÉÌÙÙÈȮɯ

July 2014, www.finance.gov.au/pu blications/resource-management-guides/australian -

government -cost-recovery-guidelines-rmg-304, viewed 14 October 2021.  

48 Department of Health, Submission 15.6, p. [1].  

49 Department of Health, Submission 15.6, p. [2].  

http://www.finance.gov.au/publications/resource-management-guides/australian-government-cost-recovery-guidelines-rmg-304
http://www.finance.gov.au/publications/resource-management-guides/australian-government-cost-recovery-guidelines-rmg-304
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etc., it is approved for every cancer where an NTRK fusion is found, and in 

both adult and paediatric populations. 50 

5.30   ,1(ɯÚÜÎÎÌÚÛÌËɯÛÏÈÛɯÈɯȿÙÖÜÛÐÕÌȮɯÚÛÈÕËÈÙËɯÈ××ÙÖÝÈÓɯ×ÈÛÏÞÈàɯÍÖÙɯ

ÛÏÌÙÈ×ÌÜÛÐÊÚɯÞÐÛÏɯÔÖÓÌÊÜÓÈÙɯÐÕËÐÊÈÛÐÖÕÚɀɯÉÌɯÊÙÌÈÛÌËȭ51 It did however 

acknowledge that: 

Safety risks need to be considered due to cross reactions and dose alterations, 

or administration route in conjunction with pharmaceutical development 

requirements. However, if these considerations are considered, expedited 

approvals should be possible.52 

5.31 3ÏÌɯ+ÜÔÐÕÌÚÊÌɯ ÓÓÐÈÕÊÌɯÈÕËɯÖÕÌɯÖÍɯÐÛÚɯÔÌÔÉÌÙÚȮɯÛÏÌɯ"ÏÐÓËÙÌÕɀÚɯ"ÈÕÊÌÙɯ

(ÕÚÛÐÛÜÛÌȮɯÉÖÛÏɯÕÖÛÌËɯÛÏÌɯ42ɯÌßÈÔ×ÓÌȭɯ3ÏÌàɯÈÙÎÜÌËɯÛÏÈÛɯȿÐÕɯÈÕɯÌÙÈɯÖÍɯ

molecularly and genetically targeted drugs [the current system] creates 

ÈÙÛÐÍÐÊÐÈÓɯÈÊÊÌÚÚɯÙÌÚÛÙÐÊÛÐÖÕÚȮɀɯÈÕËɯÛÏÈÛɯÐÛɯÚÏÖÜÓËɯÉÌɯÊÏÈÕÎÌËɯȿÛÖɯÍÈÊÐÓÐÛÈÛÌɯÛÏÌɯ

broadening of indications sharing the same molecular and genetic drivers of 

ËÐÚÌÈÚÌȭɀɯ53  The Victorian Comprehensive Cancer Centre referred to the US 

example above in the context of rare cancers, and put forward a proposal for 

ÈɯȿÍÈÚÛ-tracked approval program for tumour agnostic treatment of rare 

ÊÈÕÊÌÙÚȭɀ54 

5.32 2ÐÔÐÓÈÙÓàȮɯÛÏÌɯ ÜÚÛÙÈÓÐÈÕɯÈÕËɯ-ÌÞɯ9ÌÈÓÈÕËɯ"ÏÐÓËÙÌÕɀÚɯ

Haematology/Oncology Group submitted that:  

ȱÐÕÊÙÌÈÚÐÕÎÓàɯÐÛɯÐÚɯÙÌÊÖÎÕÐÚÌËɯÛÏÈÛɯÛÏÌÙÌɯÔÈàɯÉÌɯÙÈÙÌɯÊÏÐÓËÏÖÖËɯcancers which 

are driven by the same molecular mechanisms as more common adult cancers 

and that the drugs developed to treat those adult cancers may be effective in 

childhood cancers.55 

5.33  ÊÊÖÙËÐÕÎÓàɯÐÛɯÚÜÎÎÌÚÛÌËɯÛÏÈÛɯÈɯȿÔÌÊÏÈÕÐÚÔɯÖÍɯÈÊÛÐÖÕɯÈ××ÙÖÈÊÏɯÚÏÖÜÓËȱÉÌɯ

extended to the conduct of clinical trials and the registration and approval 

×ÙÖÊÌÚÚɯÍÖÙɯÕÌÞɯËÙÜÎÚɯÈÕËɯÖÛÏÌÙɯÕÖÝÌÓɯÛÏÌÙÈ×ÐÌÚȭɀ56 

 
50 AAMRI, Submission 88, p. 9. 

51 AAMRI , Submission 88, p. 9.  

52 AAMRI, Submission 88.1, p. 3.   

53 +ÜÔÐÕÌÚÊÌɯ ÓÓÐÈÕÊÌȮɯ2ÜÉÔÐÚÚÐÖÕɯƗƖȮɯ×ȭɯƖƔȰɯ"ÏÐÓËÙÌÕɀÚɯ"ÈÕÊÌÙɯ(ÕÚÛÐÛÜÛÌȮɯ2ÜÉÔÐÚÚÐÖÕɯƜƘȮɯ×ȭɯȻƗȼȭ 

54 Victorian Comprehensive Cancer Centre, Submission 61, p. 1. 

55 ANZCHOG, Submission 120, p. 3. 

56 ANZCHOG, Submission 120, p. 4. 
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Advisory Committee on Medicines  

5.34  1"2ɯ ÜÚÛÙÈÓÐÈɯÙÈÐÚÌËɯÊÖÕÊÌÙÕÚɯÈÉÖÜÛɯÛÏÌɯ3& ɀÚɯ ËÝÐÚÖÙàɯ"ÖÔÔÐÛÛÌÌɯÖÕɯ

Medicines (ACMȺȮɯÚÜÉÔÐÛÛÐÕÎɯÛÏÈÛɯÛÏÌÙÌɯÐÚɯȿÈɯÛÙÌÕËɯÐÕɯÚÐÎÕÐÍÐÊÈÕÛɯËÐÝÌÙÎÌÕÊÌɯ

ÉÌÛÞÌÌÕɯ ",ɯ×ÖÚÐÛÐÖÕÚɯÈÕËɯÛÏÈÛɯÖÍɯÓÖÊÈÓɯÔÌËÐÊÈÓɯ×ÙÈÊÛÐÊÌȭɀɯ(ÛɯÞÌÕÛɯÖÕɯÛÖɯÚÈàȯ 

TGA has recognised that the constitution of the ACM could benefit from 

renewal or the TGA could further explore oth er mechanisms for obtaining 

independent scientific/medical advice (as is routinely done for oncology 

products for instance). We acknowledge this plan which needs to be 

adequately funded and be agile in responsiveness for specific expertise to 

support new p roduct registration. 57 

5.35 Medicines Australia commented on the ACM that there should be 

ȿÈÓÐÎÕÔÌÕÛɯÖÍɯÊÖÔÔÐÛÛÌÌɯÔÌÔÉÌÙÚÏÐ×ɯÞÐÛÏɯÛÏÌÙÈ×ÌÜÛÐÊɯÈÙÌÈɯÖÍɯÙÌÓÌÝÈÕÊÌȭɀ58 

Novartis Australia and New Zealand noted that while the Pharmaceutical 

Benefits Advisory ComÔÐÛÛÌÌɯȹ/! "ȺɯÙÌØÜÐÙÌÚɯÈɯ×ÖÚÐÛÐÝÌɯ#ÌÓÌÎÈÛÌɀÚɯ

Overview from the ACM before it will recommend an application for 

reimbursement through the parallel process, the meetings schedules of the 

ACM and PBAC are not coordinated. 59 

Communication with sponsors  

5.36 BrÐÚÛÖÓɯ,àÌÙÚɯ2ØÜÐÉÉɯȹ!,2Ⱥɯ×ÙÖ×ÖÚÌËɯÛÏÈÛɯÛÏÌɯȿ3& ɯÚÏÖÜÓËɯ×ÙÖÝÐËÌɯÌÈÙÓàɯ

guidance on major and minor issues raised during the regulatory review, to 

enable Sponsors to begin to respond sooner, expediting the regulatory 

×ÙÖÊÌÚÚȭɀ60 Medicines Australia provided a  ÓÐÚÛɯÖÍɯÚÌÝÌÕɯÈÚ×ÌÊÛÚɯÖÍɯÛÏÌɯ3& ɀÚɯ

ȿ$ÝÈÓÜÈÛÐÖÕɯ/ÙÖÊÌÚÚɀɯÈÕËɯÍÖÜÙɯÈÚ×ÌÊÛÚɯÖÍɯÐÛÚɯȿ ËÝÐÚÖÙàɤ$ß×ÌÙÛɯ"ÖÔÔÐÛÛÌÌɯ

/ÙÖÊÌÚÚɀɯÛÏÈÛɯÐÛɯÚÈÐËɯÈÙÌɯÖÜÛɯÖÍɯÚÛÌ×ɯÞÐÛÏɯÛÏÌɯÌØÜÐÝÈÓÌÕÛɯ×ÙÖÊÌÚÚÌÚɯÖÍɯÛÏÌɯ%# ɯ

and EMA, together with recommendations to resolve these discrepancies.61 

5.37 Many of these suggestions were technical issues relating to improving 

communication between the TGA and sponsor, although they did include 

their concern with the ACM membership. The MTAA raised similar 

concerns, commenting that questions are issued to the sponsor from 

different review sections at different times rather than all at once, and the 

 
57 ARCS Australia Submission 41, p. 11.  

58 Medicines Australia, Submission 141, p. 59.   

59 Novartis Australia and New Zealand , Submission 138, p. [11].  

60 BMS, Submission 118, p. [16]. 

61 Medicines Australia, Submission 141, pp. 56-59. 
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process for requests for additional information means different sections 

often request the same information.62 

Status of real world evidence  

5.38 Submitters ÏÈËɯÝÈÙÐÖÜÚɯÊÖÔÔÌÕÛÚɯÛÖɯÔÈÒÌɯÙÌÓÈÛÐÕÎɯÛÖɯÛÏÌɯ3& ɀÚɯÈ××ÙÖÈÊÏɯÛÖɯ

evidence. The Australasian Sleep Association recommended that the TGA 

ȿÜÚÌɯÈɯÊÈÚÌ-ÉÈÚÌËɯÙÈÛÏÌÙɯÛÏÈÕɯÍÖÙÔÜÓÈÐÊɯÈ××ÙÖÈÊÏɯÛÖɯÔÈÒÐÕÎɯËÌÊÐÚÐÖÕÚɀɯɯ

where a medicine has been shown to be effective in comparison to a placebo, 

even if its efficacy against comparator medicines has not yet been 

established.63 

5.39 ARCS Australia noted that the TGA already accepts real world evidence 

(RWE) as part of application dossiers, but submitted that it should develo p 

ȿÎÜÐËÈÕÊÌɯÍÖÙɯÈÊÊÌ×ÛÐÕÎɯÈÕËɯÌÝÈÓÜÈÛÐÕÎɀɯËÖÚÚÐÌÙÚɯÛÏÈÛɯÊÖÕÛÈÐÕɯÚÜÊÏɯÌÝÐËÌÕÊÌȮɯ

aligned with guidance from overseas regulators such as the TGA.64 BMS 

ÔÈËÌɯÈɯÚÐÔÐÓÈÙɯÙÌÊÖÔÔÌÕËÈÛÐÖÕȮɯÚÈàÐÕÎɯÛÏÈÛɯÛÏÐÚɯÞÖÜÓËɯȿÐÔ×ÙÖÝÌɯ

predictability and transparency for the spon sor, reducing the need for 

ÙÌÚÜÉÔÐÚÚÐÖÕÚɯÈÕËɯËÌÓÈàÚɯÐÕɯ×ÈÛÐÌÕÛɯÈÊÊÌÚÚȭɀ65 1ÖÊÏÌɯ ÜÚÛÙÈÓÐÈɯÚÛÈÛÌËɯȿÛÏÌÙÌɯÐÚɯ

a lack of formal guidance on how sponsors should develop and frame this 

Ûà×ÌɯÖÍɯÌÝÐËÌÕÊÌȭȿɯ(ÛɯÕÖÛÌËɯÛÏÈÛɯÚÜÊÏɯÎÜÐËÈÕÊÌɯÏÈËɯÉÌÌÕɯËÌÝÌÓÖ×ÌËɯÉàɯÛÏÌɯ

FDA and EMA. 66 

5.40 ,ÌËÐÊÈÓɯÛÌÊÏÕÖÓÖÎàɯÚÜÉÔÐÚÚÐÖÕÚɯÛÖÜÊÏÐÕÎɯÖÕɯÛÏÌɯ3& ɀÚɯÈ××ÙÖÈÊÏɯÛÖɯ

evidence were strongly supportive of a greater role for RWE. Stryker South 

Pacific commented that: 

In relation to the introduction of innovative technology (without adequate 

clinical evidence or potentially without an adequate comparator) the ability to 

commit to an ongoing post -market clinical follow -up in lieu of excessive pre-

market evidence generation is important to enable access in both the public 

and private sectors. This should include maintaining reporting requirements 

and the ability to halt access should early issues be identified.67 

 
62 MTAA, Submission 148, p. 36.  

63 Australasian Sleep Association, Submission 16, p. 5. 

64 ARCS Australia, Submission 41, p. 5. 

65 BMS, Submission 118, pp. 21-22. 

66 Roche Australia, Submission 92, p. 20.  

67 Stryker South Pacific, Submission 28, p. 15. 
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5.41  ÉÉÖÛÛɯ#ÐÈÉÌÛÌÚɯ"ÈÙÌɯÚÜÎÎÌÚÛÌËɯÛÏÈÛɯÛÏÌɯ3& ɀÚɯÌÝÐËÌÕÊÌɯÎÜÐËÌÓÐÕÌÚɯÈÙÌɯ

ȿÍÖÊÜÚÌËɯÈÕËɯÏÌÈÝÐÓàɯÞÌÐÎÏÛÌËɯÖÕɯËÖÜÉÓÌ-blind rando mised controlled trials, 

in which patients do not know what therapy they are receiving, but that 

while these work well for drugs they these are impossible to run for many 

ËÌÝÐÊÌÚȭɯ(ÛɯÌÔ×ÏÈÚÐÚÌËɯÛÏÈÛɯÛÏÌɯÚÏÖÙÛÌÙɯȿ×ÙÖËÜÊÛɯÊàÊÓÌÚɀɯÍÖÙɯËÌÝÐÊÌÚɯÊÖÔ×ÈÙÌËɯ

to drug s ɬ meaning they are developed and made outmoded more quickly -   

ÛÖÎÌÛÏÌÙɯÞÐÛÏɯȿÌÛÏÐÊÚɯÐÚÚÜÌÚɯÐÕɯËÌÝÐÊÌɯÛÙÐÈÓÚɀɯÈÕËɯÚÔÈÓÓÌÙɯ×ÈÛÐÌÕÛɯ×Ö×ÜÓÈÛÐÖÕÚɯ

mean that RWE is even more important than it is for medicines. 68 

5.42 The TGA acknowledged the thrust of these comments on its approach to 

evidence, as Adjunct Prof Skerritt told the Committee:  

ȱÈɯÕÜÔÉÌÙɯÖÍɯÛÏÌɯÚÜÉÔÐÚÚÐÖÕÚɯÈÓÚÖɯÚÈÐËɯÛÏÈÛɯÞÌɯÚÏÖÜÓËɯ×ÙÖÝÐËÌɯÊÓÌÈÙÌÙɯ

regulatory guidance around the use of real -world evidence in submissions. 

We've actually commenced a project and public consultations which will 

probably lead to more specific and detailed guidance and engagement with 

patient groups in the industry about how we can better incorporate real -world 

evidence.69 

Post-market surveillance  

5.43 The potential of more use of RWE in TGA decision-making was discussed in 

the context of post-market surveillance, as noted by Stryker South Pacific 

which suggested: 

ȱÜÛÐÓÐÚÐÕÎɯÛÏÌɯÌÈÙÓàɯÈËÖ×ÛÐÖÕɯÖÍɯÔÌËÐÊÈÓɯÛÌÊÏÕÖÓÖÎàɯÐÕɯ ÜÚÛÙÈÓÐÈɀÚɯ×ÙÐÝÈÛÌɯ

health sector to collect post-market surveillance and performance data to 

inform policy, regulatory and funding decisions. 70 

5.44 3ÏÌɯ,3  ɯÚÜÎÎÌÚÛÌËɯÛÏÈÛɯÓÌÚÚÖÕÚɯÊÈÕɯÉÌɯÓÌÈÙÕÌËɯÍÙÖÔɯÛÏÌɯ3& ɀÚɯÙÌÚ×ÖÕÚÌɯ

to the COVID -ƕƝɯ×ÈÕËÌÔÐÊɯÐÕɯÛÏÐÚɯÙÌÚ×ÌÊÛȮɯÈÕËɯÛÏÈÛɯÛÏÌɯ3& ɀÚɯ/ÙÐÖÙÐÛàɯ

RevieÞɯ×ÈÛÏÞÈàɯÊÖÜÓËɯÉÌɯÐÔ×ÙÖÝÌËɯÉàɯȿÊÖÔÉÐÕÐÕÎɯÈɯÍÈÚÛ-track premarket 

review with a rigorous post -market oversight to ensure both fast access and 

×ÈÛÐÌÕÛɯÚÈÍÌÛàȭɀ71 

5.45 WA Health argued for the need for post -market surveillance where the 

efficacy or safety (particularly long -term safety) of a new therapeutic good is 

ÜÕÊÌÙÛÈÐÕȭɯ(ÛɯÜÚÌËɯÛÏÌɯ4*ɯÈÕËɯ$4ɀÚɯÉÓÈÊÒɯÛÙÐÈÕÎÓÌɯÚÊÏÌÔÌɯÈÚɯÈÕɯÌßÈÔ×ÓÌɯÖÍɯÈɯ

 
68 Abbott Diabetes Care, Submission 191, p. 2.  

69 Committee Hansard, Canberra, 18 June 2021, p. 16.  

70 Stryker South Pacific, Submission 28, p. 6.  

71 MTAA, Submission 148, p. 35.  
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surveillance system, and suggested that surveillance could be incorporated 

ÐÕÛÖɯÛÏÌɯ3& ɀÚɯÚÊÏÌÔÌÚɯÍÖÙɯÈÊÊÌÚÚɯÛÖɯÔÌËÐÊÐÕÌÚɯand devices not on the 

ARTG.72 

5.46 Miss Pace reported that the clinicians and patients participating in her 

ÙÌÚÌÈÙÊÏɯȿÌß×ÙÌÚÚÌËɯÈɯËÌÚÐÙÌɯÍÖÙɯÎÙÌÈÛÌÙɯÜÚÌɯÖÍɯ×ÖÚÛ-market data collection in 

ÖÙËÌÙɯÛÖɯ×ÙÖÝÐËÌɯÍÈÚÛÌÙɯÈÊÊÌÚÚɯÛÖɯÕÌÞɯÔÌËÐÊÐÕÌÚȮɀɯÉÜÛɯÚÏÌɯÊÈÜÛÐÖÕÌËɯthat such 

ÊÖÓÓÌÊÛÐÖÕɯÐÚɯȿÔÖÙÌɯËÐÍÍÐÊÜÓÛɯÛÏÈÕɯÔÈÕàɯÐÔÈÎÐÕÌȭɀɯ2ÏÌɯÚÈÐËɯÛÏÐÚɯÞÈÚɯÉÌÊÈÜÚÌɯÖÍɯ

difficulty in collecting the raw data and insufficient funding or expertise for 

the regulator to analyse it properly. 73 Drs Arnold and Bonython criticised 

 ÜÚÛÙÈÓÐÈɀÚɯcurrent approach to post-market surveillance and called for the 

ÐÕÛÙÖËÜÊÛÐÖÕɯÖÍɯȿÈɯÔÈÕËÈÛÖÙàɯ×ÜÉÓÐÊɯÍÈÜÓÛɯÙÌ×ÖÙÛÐÕÎɯÚÊÏÌÔÌɯÍÖÙɯÛÏÌÙÈ×ÌÜÛÐÊɯ

ÎÖÖËÚȮɀɯÐÕÊÓÜËÐÕÎɯ×ÙÖÔ×Ûɯ×ÜÉÓÐÊÈÛÐÖÕɯÖÍɯÐÕÍÖÙÔÈÛÐÖÕɯÈÉÖÜÛɯÍÈÜÓÛÚɯÉàɯÛÏÌɯ

TGA.74 

5.47 Both the Pharmacy Guild of Austra lia and the Pharmaceutical Society of 

Australia advocated for enhanced post-market surveillance for medicines, 

which they described as pharmacovigilance;75 ÛÏÌɯÓÈÛÛÌÙɯÚÛÈÛÌËɯÛÏÈÛɯȿÐÛɯÐÚɯ

important that a holistic, nationally -coordinated and outcomes-focussed 

È××ÙÖÈÊÏɯÛÖɯÜÕËÌÙÛÈÒÐÕÎɯ×ÏÈÙÔÈÊÖÝÐÎÐÓÈÕÊÌɯÈÊÛÐÝÐÛÐÌÚɯÐÚɯÐÔ×ÓÌÔÌÕÛÌËȭɀ76 

They emphasised the important role that pharmacists play in 

pharmacovigilance currently and the scope for it to be increased;77 the Guild, 

ÍÖÙɯÌßÈÔ×ÓÌȮɯ×ÙÖ×ÖÚÌËɯȿÈɯÚÛÈÕËÈÙËÐÚÌËɯÚÌÙÝÐce model in community 

pharmacy that fitted in with the re -supply (repeat) arrangements for new 

ÈÕËɯÕÖÝÌÓɯÔÌËÐÊÐÕÌÚȭɀ78 

Other areas of interest  

General engagement with industry  

 
72 WA Health, Submission 129, p. [7].  

73 Miss Jessica Pace, Submission 40, p. 4.  

74 Dr Bruce Baer Arnold and Dr Wendy Bonython, Submission 49, p. 13. 

75 Pharmacy Guild of Australia, Submission 108, p. 3; Pharmaceutical Society of Australia (PSA), 

Submission 203, p. 5. 

76 PSA, Submission 203, p. 5. 

77 Pharmacy Guild of Australia  Submission 108, p. 3; PSA, Submission 203, p. 5.  

78 Pharmacy Guild of Australia, Submission 108, p. 3. 
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5.48 AstraZeneca Australia recommended that the TGA promote its Priority 

Review ×ÈÛÏÞÈàɯÛÖɯÐÕËÜÚÛÙàɯȿÍÖÙɯÖÛÏÌÙɯËÐÚÌÈÚÌɯÐÕËÐÊÈÛÐÖÕÚɯÐÕɯÈËËÐÛÐÖÕɯÛÖɯ

ÖÕÊÖÓÖÎàȭɀɯ(ÛɯÚÜÎÎÌÚÛÌËɯÛÏÈÛɯÛÏÐÚɯÞÖÜÓËɯÉÌɯÈÚÚÐÚÛÌËɯȿÉàɯ×ÌÙÐÖËÐÊɯÙÌ×ÖÙÛÐÕÎɯÖÍɯ

ÛÏÌɯÕÜÔÉÌÙɯÖÍɯÈ××ÓÐÊÈÛÐÖÕÚɀɯÙÈÛÏÌÙɯÛÏÈÕɯÛÏÌɯÊÜÙÙÌÕÛɯ×ÙÈÊÛÐÊÌɯÖÍɯÖÕÓàɯ

publishing successful applications. 79 The MTAA suggested that the pathway 

ÉÌɯÛÏÌɯÚÜÉÑÌÊÛɯÖÍɯȿÈɯÚÜÚÛÈÐÕÌËȮɯËÌËÐÊÈÛÌËɯÌËÜÊÈÛÐÖÕɯÈÕËɯÛÙÈÐÕÐÕÎɯ×ÙÖÎÙÈÔɯ

aimed at Australian MedTech companies developing or aiming to distribute 

novel/ breakthrough technologies. 80 3ÏÌɯ3& ɀÚɯ/ÙÐÖÙÐÛàɯ1ÌÝÐÌÞɯ×ÈÛÏÞÈàɯÐÚɯ

discussed further in Chapter 3.  

The role of the states and territories  

5.49 The MTAA expressed unhappiness with the role that state and territory 

governments currently play in the regulation of medical devices, statin g 

that: 

State and Territory governments need to eliminate red tape and duplicative 

requirements for medical devices that increase the cost and burden to industry 

with no added benefit to patient safety, such as compulsory registration to 

commercial databases Recall Health and National Product Catalogue. TGA 

regulations, systems and processes should be adopted uniformly across 

Australia without duplication by State and Territory departments of health. 81 

5.50 (ÛɯÞÌÓÊÖÔÌËɯÛÏÌɯȿÙÌÊÖÎÕÐÛÐÖÕɯÖÍɯÛÏÌɯÕÌÌËɯÍÖÙɯÊÏÈÕÎÌɀɯÐÕɯÛÏÌɯƖƔƖƔɯ ËËÌÕËÜÔɯ

to the National Health Reform Agreement, and recommended that to 

ÐÔ×ÓÌÔÌÕÛɯÛÏÈÛɯÊÏÈÕÎÌɯȿÈɯÕÈÛÐÖÕÈÓɯÓÐÚÛɯÖÍɯÕÖÝÌÓɯÏÌÈÓÛÏɯÛÌÊÏÕÖÓÖÎÐÌÚɯÙÌÊÌÕÛÓàɯ

È××ÙÖÝÌËɯÚÏÖÜÓËɯÉÌɯÊÙÌÈÛÌËɀɯÈÕËȯɯ 

State and territory governments should be required under  their reporting 

responsibilities for the National Health Reform Agreements to transparently 

outline their processes for evaluating and funding new technologies included 

in the novel list, what decisions have been taken and progress in uptake of the 

new technology. 82 

The independence of the regulator  

5.51 Dr Arnold and Dr Bonython recommended that consideration should be 

ÎÐÝÌÕɯÛÖɯȿÙÌ-establishing it as an independent body that reports direct to 

 
79 AstraZeneca Australia, Submission 42, p. 2. 

80 MTAA, Submission 148, p. 58. 

81 MTAA, Submission 148, p. 6.  

82 MTAA, Submission 148, p. 59.  
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/ÈÙÓÐÈÔÌÕÛȮɀɯÈÚɯÖ××ÖÚÌËɯÛÖɯÛÏÌɯÊÜÙÙÌÕÛɯÔÖËÌÓɯÜÕËÌÙɯÞÏÐÊÏɯÐÛɯÍÖÙms part of 

the Department.83 

Breakthrough status  

5.52 3ÏÌÙÌɯÞÈÚɯÚÛÙÖÕÎɯÐÕÛÌÙÌÚÛɯÍÙÖÔɯÛÏÌɯÔÌËÐÊÈÓɯËÌÝÐÊÌÚɯÐÕËÜÚÛÙàɯÐÕɯÛÏÌɯ%# ɀÚɯ

Breakthrough Devices Program. Edwards Lifesciences submitted that: 

The goal of the Breakthrough Devices Program is to provide pat ients and 

health care providers with timely access to these medical devices by speeding 

up their development, assessment, and review, while preserving the statutory 

standards for premarket approval.  

The Breakthrough Devices Program offers manufacturers an opportunity to 

interact with the FDA's experts through several different program options to 

efficiently address topics as they arise during the premarket review phase, 

which can help manufacturers receive feedback from the FDA and identify 

areas of agreement in a timely way. 84 

5.53 Edwards Lifesciences suggested that the Government establish a similar 

program. 85 Medtronic Australasia explained the difference between this 

×ÙÖÎÙÈÔɯÈÕËɯÛÏÌɯ3& ɀÚɯÌßÐÚÛÐÕÎɯ/ÙÐÖÙÐÛàɯ1ÌÝÐÌÞɯÐÕɯÛÏÌɯÍÖÓÓÖÞÐÕÎɯÛÌÙÔÚȯ 

The priority rev iew designation criteria that the TGA has established is 

different to that of the [FDA] and requires the requisite evidence to be 

available at the time of the submission rather than working in a partnership 

approach modelled by the [FDA], who get involved from the early stages of 

design, development and evidence gathering requirements such as design of 

clinical trials. 86 

5.54 Medtronic Australasia argued that establishing a similar program in 

Australia would particularly assist in ensuring breakthrough devi ces are 

ØÜÐÊÒÓàɯÈËÖ×ÛÌËɯÐÕɯ×ÜÉÓÐÊɯÏÖÚ×ÐÛÈÓÚȮɯÉàɯÌÚÛÈÉÓÐÚÏÐÕÎɯȿÈɯÔÖÙÌɯÚÛÙÈÛÌÎÐÊɯ

ÕÈÛÐÖÕÈÓɯÈ××ÙÖÈÊÏɯÛÖɯ×ÈÛÐÌÕÛɯÈÊÊÌÚÚȭɀ87 (ÛɯÙÌÊÖÔÔÌÕËÌËɯȿÌÕÈÉÓÐÕÎɯÛÏÌɯ3& ɯÛÖɯ

have market entry discussions and better alignment to accept [FDA] 

ÉÙÌÈÒÛÏÙÖÜÎÏɯËÌÚÐÎÕÈÛÐÖÕÚȭɀ88 

 
83 Dr Bruce Baer Arnold and Dr Wendy Bonython, Submission 49, p. 9. 

84 Edwards Lifesciences, Submission 83, p. 26. 

85 Edwards Lifesciences, Submission 83, p. 27.  

86 Medtronic Australasia, Submission 122, p. 15. 

87 Medtronic Australasia, Submission 122, p. 17.  

88 Medtronic Australasia, Submission 122, p. 26.  
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5.55  ÜÚ!ÐÖÛÌÊÏɯËÐÚÊÜÚÚÌËɯÛÏÌɯ%# ɯ×ÙÖÎÙÈÔȮɯÐÕɯÞÏÐÊÏɯÐÛɯÚÈÐËɯȿÛÏÌɯÙÌÎÜÓÈÛÖÙɯ

effectively works with companies at early development stage to co -design 

study protocols and requirements, and undertakes real time assessment of 

manufacturing quality, effectively leading to approval at the time of 

reporting of trials. 89 BioScience Managers meanwhile submitted that 

ɀÉÙÌÈÒÛÏÙÖÜÎÏɯËÌÝÐÊÌɯÖÙɯÚÐÔÐÓÈÙɯËÌÚÐÎÕÈÛÐÖÕɯÞÖÜÓËɯÏÌÓ×ɯËÌÝÌÓÖ×ÔÌÕÛɯÖÍɯ

ȻËÐÎÐÛÈÓɯÛÏÌÙÈ×ÌÜÛÐÊÚȼɯÐÕɯ ÜÚÛÙÈÓÐÈȭɀɯ 

5.56 The MTAA submitted that the criteria fo ÙɯÛÏÌɯ3& ɀÚɯ/ÙÐÖÙÐÛàɯ1ÌÝÐÌÞɯÈÙÌɯ

ȿÚÐÔÐÓÈÙɯÛÖɯÊÙÐÛÌÙÐÈɯÜÚÌËɯÉàɯÖÛÏÌÙɯÙÌÎÜÓÈÛÖÙàɯÈÎÌÕÊÐÌÚɯÚÜÊÏɯÈÚɯÛÏÌɯ42ɯ%# ɯ

ÈÕËɯÐÛÚɯ!ÙÌÈÒÛÏÙÖÜÎÏɯ#ÌÝÐÊÌÚɯ/ÙÖÎÙÈÔȭɀ90 When asked about the difference 

ÉÌÛÞÌÌÕɯÛÏÐÚɯ×ÙÖÎÙÈÔɯÈÕËɯÛÏÌɯ3& ɀÚɯ/ÙÐÖÙÐÛàɯ1ÌÝÐÌÞȮɯÐÛɯÛÖÓËɯÛÏÌɯ"ÖÔÔÐÛÛÌÌɯ

that: 

TGA insists on evidence up-front, whereas the FDA is more inclined to look at 

real-ÞÖÙÓËɯÌÝÐËÌÕÊÌȭɯ6ÌɯÉÌÓÐÌÝÌɯÛÏÐÚɯÐÚɯÐÔ×ÖÙÛÈÕÛȱàÖÜɯÊÈÕɯÎÓÌÈÕɯÈɯÓÖÛɯÖÍɯ

clinical evidence up-front. You would still be on top of it to make sure, but you 

have equity of the availability. 91 

5.57 ,3  ɯÊÖÔÔÌÕÛÌËɯÛÏÈÛɯȿÞÌɯÏÖ×ÌɯÛÖɯÚÌÌȱÊÖÕÛÐÕÜÌËɯÈÓÐÎÕÔÌÕÛɯÉÌÛÞÌÌÕɯÛÏÌɯ

TGA priority review pathway and the US FDA Breakthrough Devices 

/ÙÖÎÙÈÔȭɀ92 

5.58 -ÖßÖ×ÏÈÙÔɯ+ÐÔÐÛÌËɯËÙÌÞɯÛÏÌɯ"ÖÔÔÐÛÛÌÌɀÚɯÈÛÛÌÕÛÐÖÕɯÛÖɯÚÐÔÐÓÈÙɯ%# ɯ

initiatives for ÔÌËÐÊÐÕÌÚȭɯ(ÛɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯȿ×ÙÖÝÐËÐÕÎɯÛÏÌɯÌØÜÐÝÈÓÌÕÛɯÖÍɯÛÏÌɯ

FDA breakthrough (fast -track) approval, especially for orphan drugs would 

bring forward revenues, again making investment in Australian drug 

ËÌÝÌÓÖ×ÔÌÕÛɯÈɯÔÖÙÌɯÈÛÛÙÈÊÛÐÝÌɯÖ×ÛÐÖÕȭɀ93 

The Special Access Scheme 

5.59  1$24+32ɯ(ÕÛÌÙÕÈÛÐÖÕÈÓɯ ÜÚÛÙÈÓÐÈɯÐÕÍÖÙÔÌËɯÛÏÌɯ"ÖÔÔÐÛÛÌÌɯÛÏÈÛɯȿÐÔ×ÖÙÛÈÕÛɯ

ËÙÜÎÚɀɯÍÖÙɯÛÏÌɯÛÙÌÈÛÔÌÕÛɯÖÍɯÛÜÉÌÙÊÜÓÖÚÐÚɯÊÜÙÙÌÕÛÓàɯÏÈÝÌɯÛÖɯÉÌɯÈÊÊÌÚÚÌËɯ

through the Special Access Scheme (SAS).94 It explained that the process for 

 
89 AusBiotech, Submission 114, pp. 8-9.  

90 MTAA, Submission 148, p. 35.  

91 Mr George Faithfull, Advisor and Vice -Chair, Regulatory Affairs Strategic Committee, MTAA, 

Committee Hansard, Canberra, 11 March 2021, p. 13. 

92 MTAA, Submission 148, p. 35. 

93 Noxopharm Ltd, Submission 70, p. [3].  

94 RESULTS International Australia, Submission 106, p. 1. 
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a doctor to get a××ÙÖÝÈÓɯÜÕËÌÙɯÛÏÌɯ2 2ɯÐÚɯȿÓÖÕÎɯÈÕËɯÊÜÔÉÌÙÚÖÔÌȮɀɯÈÕËɯÐÍɯÕÖÛɯ

treated as soon as possible the patient can infect others, develop drug-

resistant tuberculosis, and even die.95 

5.60 The Australasian Association of Nuclear Medicine Specialists and the 

Australian and New Zealand Society of Nuclear Medicine (AANMS and 

ANZSNM) drew attention to another problem relating to the SAS, writing 

that: 

The difficulty and expense of change of sponsor of an existing listed drug 

should be minimised. In recent years, existing li sted drugs have dropped off 

the ARTG when a new sponsor elects not to seek change of registration. This 

results in nuclear medicine practices having to use the SAS pathway to use a 

proven drug which was once, but is no longer, on the ARTG. 96 

Nuclear medici ne 

5.61 The AANMS and ANZSNM made the following suggestions for 

radiopharmaceuticals: 

ȱɯÈɯÚÌ×ÈÙÈÛÌɯ 13&ɯÊÓÈÚÚɯÚÏÖÜÓËɯÉÌɯÊÙÌÈÛÌËɯÍÖÙɯÛÏÌÔɯÎÐÝÌÕɯÛÏÌÐÙɯÜÕÐØÜÌɯ

nature; evidence requirements for diagnostic radiopharmaceuticals should be 

reduced commensurate with the extremely low safety threat they pose; 

application costs should be reduced in recognition of the level of evidence 

required and the lack of commercial sponsors under the current pricing; and 

restrictions on interstate and intrastate supply of radioph armaceuticals 

manufactured under exemption from TGA manufacturing regulation should 

be lifted given the low safety risk they pose. 97 

Digital technology  

5.62 One area of emerging technology that attracted submitter attention was 

digital technology. Sleepfit  Solutions focused its submission on digital 

ÛÏÌÙÈ×ÌÜÛÐÊÚɯȹ#3ßȺȮɯÞÏÐÊÏɯÐÛɯËÌÚÊÙÐÉÌËɯÈÚɯȿÌÝÐËÌÕÊÌ-based behavioural 

treatments delivered online that can increase accessibility and effectiveness 

ÖÍɯÏÌÈÓÛÏɯÊÈÙÌȭɀɯ(ÛɯÕÖÛÌËɯÛÏÈÛɯÛÏÌÚÌɯËÐÍÍÌÙɯÍÙÖÔɯȿɂÊÖÕÚÜÔÌÙɯÎÙÈËÌɂɯÏÌÈÓÛÏ-

ÙÌÓÈÛÌËɯÚÖÍÛÞÈÙÌɯÈ××ÓÐÊÈÛÐÖÕÚɀɯÈÚɯÛÏÌàɯȿËÌÓÐÝÌÙɯËÌÍÐÕÌËɯÛÏÌÙÈ×ÌÜÛÐÊɯ

ÐÕÛÌÙÝÌÕÛÐÖÕÚɯÙÈÛÏÌÙɯÛÏÈÕɯÎÌÕÌÙÈÓɯÞÌÓÓÕÌÚÚɯÛÙÈÊÒÐÕÎɯÚÌÙÝÐÊÌÚȮɀɯÈÕËɯÈÙÌɯËÐÚÛÐÕÊÛɯ

 
95 RESULTS International Australia, Submission 106, p. 2. 

96 AANMS and ANZSNM, Submission 95, p. 6.  

97 AANMS and ANZSNM, Submission 95, p. 6.  
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ÍÙÖÔɯÖÛÏÌÙɯȿËÐÎÐÛÈÓɯÏÌÈÓÛÏÊÈÙÌɯÚÌÙÝÐÊÌÚɀɯÚÜÊÏɯÈÚɯȿÈËÏÌÙÌÕÊÌȮɯËÐÈÎÕÖÚÛÐÊÚɯÛÖÖÓÚɯ

or telemedicine plÈÛÍÖÙÔÚȭɀ98 

5.63 2ÓÌÌ×ÍÐÛɯ2ÖÓÜÛÐÖÕÚɯÌß×ÓÈÐÕÌËɯÛÏÈÛɯÊÜÙÙÌÕÛɯÔÌËÐÊÈÓɯËÌÝÐÊÌɯÙÌÎÜÓÈÛÐÖÕɯÐÚɯȿÐÓÓ-

ÚÜÐÛÌËɯÛÖɯ#3ßɯÐÕÕÖÝÈÛÐÖÕÚɀɯÈÚɯȿËÐÎÐÛÈÓɯÛÏÌÙÈ×ÐÌÚɯÊÈÕɯÉÌɯËÌÝÌÓÖ×ÌËɯÔÖÙÌɯ

quickly than pharmacological products, and benefit from agile development 

practices with eveÙɯÍÈÚÛÌÙɯÍÌÌËÉÈÊÒɯÓÖÖ×Úȭɀɯ(ÛɯÊÈÓÓÌËɯÍÖÙɯÛÏÌɯÊÙÌÈÛÐÖÕɯÖÍɯÈɯ

ȿÍÖÙÔÈÓɯÈ××ÙÖÝÈÓɯ×ÈÛÏÞÈàɀɯÍÖÙɯ#3ßȮɯÈÕËɯÚÜÎÎÌÚÛÌËɯÛÏÈÛɯÐÛɯÊÖÜÓËɯÉÌɯÔÖËÌÓÓÌËɯ

on one introduced by Germany in 2020.99 BioScience Managers addressed 

DTx, submitting that:  

By their very nature, DTx are ɁËÈÛÈ-ÐÕÛÌÕÚÐÝÌɂȱȭ ÙÛÐÍÐÊÐÈÓɯÐÕÛÌÓÓÐÎÌÕÊÌȮɯ

machine learning and novel algorithms are now and will continue to be 

central to DTx. It is imperative that regulatory agencies like TGA build 

internal data science and software coding skills to evaluate and approve 

DTx.100 

5.64 As mentioned above in the discussion of alignment with overseas regulators, 

the RANZCR commented on some of the issues surrounding AI. It 

Ìß×ÓÈÐÕÌËɯÛÏÈÛɯÐÛɯÏÈÚɯÉÌÌÕɯȿÞÖÙÒÐÕÎɯÖÕɯ (ɯÐÕɯÙÈËÐÖÓÖÎàɯÚÐÕÊÌɯƖƔƕƚȮɀɯÈÕËɯ

ÖÜÛÓÐÕÌËɯÌÐÎÏÛɯȿ1ÌÎÜÓÈÛÖÙàɯ/ÙÐÕÊÐ×ÓÌÚɀɯÐÛɯÏÈÚɯËÌÝÌÓÖ×ÌËɯÍÖÙɯÛÏÌɯÙÌÎÜÓÈÛÐÖÕɯÖÍɯ

such AI.101 (ÛɯÕÖÛÌËɯÛÏÈÛɯÜÕÓÐÒÌɯÛÙÈËÐÛÐÖÕÈÓɯÔÌËÐÊÈÓɯËÌÝÐÊÌÚɯȿÔÈÊÏÐÕÌɯÓÌÈÙÕÐÕÎɯ

systems and artificial intelligence tools are not static and can learn post 

ÙÌÓÌÈÚÌɯÈÕËɯÊÏÈÕÎÌȭɀ102 It therefore argued that they should be regulated 

ȿÔÖÙÌɯÙÖÉÜÚÛÓàɀȮɯÞÐÛÏɯÈɯÓÌÝÌÓɯÖÍɯÌÝÐËÌÕÊÌɯÙÌØÜÐÙÌËɯÊÖÔÔÌÕÚÜÙÈÛÌɯÞÐÛÏɯÛÏÌɯ

level of risk of the particular device, and it noted the problem with 

alignment with overseas regulators discussed above. The RANZCR argued 

that any substantial modi fications to the AI model must require fresh 

authorisation from the TGA, and that ongoing monitoring of AI devices is 

even more important than for regular devices. 103 

Patient-matched medical devices  

 
98 Sleepfit Solutions, Submission 198, p. [1]. 

99 Sleepfit Solutions, Submission 198, p. [4].  

100 BioScience Managers, Submission 206, p. [2].  

101 RANZCR, Submission 204, pp. [1]-[2]. 

102 RANZCR, Submission 204, p.  

103 RANZCR, Submission 204, p. [2].  
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5.65 3DMediTech, a manufacturer of ȿ×ÈÛÐÌÕÛ-ÔÈÛÊÏÌËɯƗ#ɯ×ÙÐÕÛÌËɯËÌÝÐÊÌÚȮɀɯÔÈËÌɯ

a submission on the regulation of patient -matched devices.104 These devices, 

known as personalised medical devices, are defined as a device that: 

(a)  is manufactured by the manufacturer, within a specified design envelope, 

to match: 

(i)  either or both of the anatomical and physiological features of a 

particular individual; or  

          (ii)  a pathological condition of a particular individual; and  

(b)  is designed by the manufacturer (even if the design is developed in 

consultation with a health professional); and  

(c)  is manufactured using production processes that are capable of being: 

         (i)  either or both validated and verified; and  

         (ii)  reproduced. 105 

5.66 Ɨ#,ÌËÐ3ÌÊÏɯÕÖÛÌËɯÛÏÌɯ3& ɀÚɯcreation of a new registration pathway for 

such devices, implemented in 2021, which separates them out from the 

ȿÊÜÚÛÖÔ-ÔÈËÌɀɯÔÌËÐÊÈÓɯËÌÝÐÊÌɯÊÈÛÌÎÖÙàɯÞÏÐÊÏɯÐÚɯȿÚÜÉÑÌÊÛɯÛÖɯÈɯÓÌÚÚɯ

×ÙÌÚÊÙÐ×ÛÐÝÌɯÙÌÎÜÓÈÛÖÙàɯÙÌÎÐÔÌȭɀɯ(Ûɯ×ÙÈÐÚÌËɯÛÏÐÚɯÙÌÍÖÙÔɯÈÚɯÚÛÙÐÒÐÕÎɯȿÈÕɯ

extremÌÓàɯÌÍÍÌÊÛÐÝÌɯÉÈÓÈÕÊÌɀɯÉÌÛÞÌÌÕɯ×ÙÖÛÌÊÛÐÕÎɯ×ÈÛÐÌÕÛɯÚÈÍÌÛàɯÈÕËɯ

supporting business.106 It asked however that the transitional arrangements 

for the new pathway be altered so that the list of devices allowed to remain 

regulated as custom-made devices as a transitional measure be made public, 

to allow for more transparency. 107 

Medicinal cannabis  

5.67 ,ÌË1ÌÓÌÈÍɯ ÜÚÛÙÈÓÐÈɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯÛÏÌɯÊÜÙÙÌÕÛɯÙÌÎÜÓÈÛÖÙàɯÚàÚÛÌÔɯȿËÖÌÚɯÕÖÛɯ

have the structure or ability to appropriately review medicines that are 

whole plant cannabÐÚȮɀɯÈÚɯÖ××ÖÚÌËɯÛÖɯÈɯÚÐÕÎÓÌɯÊÏÌÔÐÊÈÓɯÊÖÔ×ÖÜÕËȭɯ(Ûɯ

 
104 3DMediTech, Submission 111, p. 2.  

105 Therapeutic Goods (Medical Devices) Regulations 2002 (Cth), Dictionary.  

106 3DMediTech, Submission 111, p. 3.  

107 3DMediTech, Submission 111, pp. 4-5.  
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ÙÌÊÖÔÔÌÕËÌËɯÛÏÈÛɯȿÈɯÕÌÞɯÊÓÈÚÚɯÖÍɯÙÌÎÐÚÛÙÈÛÐÖÕɯÉÌɯÐÔ×ÓÌÔÌÕÛÌËɯÛÏÈÛɯÐÚɯÔÖÙÌɯ

È××ÙÖ×ÙÐÈÛÌɯÐÕɯÈÚÚÌÚÚÐÕÎɯÔÌËÐÊÈÓɯÊÈÕÕÈÉÐÚȭɀ108 

Committee Comment  

5.68 The Committee wishes to record its appreciation for the work th e TGA and 

its staff have undertaken during the COVID -19 pandemic, and thanks it for 

continuing to engage well with the inquiry despite being under increased 

pressure. 

5.69 The Committee is satisfied that the TGA is performing well in many aspects 

of its regulatory role, particularly those relating to medicines and medical 

devices for common diseases. The Committee believes that this is in large 

part due to two factors: the reforms made following the Sansom Review, and 

a proactive approach to reforming itsel f further, including actively seeking 

the views of those affected by its regulatory activities.  

5.70 3ÏÌɯ"ÖÔÔÐÛÛÌÌɯÈÎÙÌÌÚɯÛÏÈÛɯÛÏÌɯ3& ɯÚÏÖÜÓËɯÕÖÛɯÈËÖ×ÛɯÈɯÞÏÖÓÌɯÚÊÈÓÌɯȿÙÜÉÉÌÙɯ

ÚÛÈÔ×ÐÕÎɀɯÈ××ÙÖÈÊÏɯÛÖɯÖÝÌÙÚÌÈÚɯÙÌÎÜÓÈÛÖÙàɯÈ××ÙÖÝÈÓÚȭɯ6ÏÐÓÌɯÛÏÌɯ"ÖÔÔÐÛÛÌÌɯ

acknowledges that much of the evidence it received supported much greater 

alignment with overseas regulators, it believes that the risks of major change 

need to be weighed against the potential benefits. However, the Committee 

does see scope for increased collaboration with Comparable Overseas 

Regulators (CORs) and an expansion of Project Orbis arrangements for 

disease consortiums other than cancer.  

5.71 The Committee acknowledges that there are access problems for many rare 

diseases, and encourages the TGA to work on improving those through 

increasing its alignment with international regulators where relevant. In 

particular, the Committee believes it is an unsatisfactory situation that 

cancer patients have the benefit of Project Orbis, but patients of non-cancer 

rare diseases have no equivalent. It therefore urges the TGA to try to remedy 

this disparity.  

5.72 The Committee urges the Australian Government to reconsider the current 

cost recovery funding model for the TGA within the Department of Health. 

The Committee sees merit in increasing funding for staffing levels and 

expertise within the Department of Health to ensure the TGA can manage an 

increasing number of submissions in the near future and to expand 

competencies in horizon scanning for new medicines and technologies. The 

 
108 MedReleaf Australia, Submission 189, pp. [3]-[4].  
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Committee welcomes the extra funding the Australian Government has 

recently provided, and urges the Australian Government to provide further 

ÍÜÕËÐÕÎɯÛÖɯÌÕÚÜÙÌɯÛÏÈÛɯÛÏÌɯ3& ɀÚɯÞÖÙÒÍÖÙÊÌɯÐÚɯÚÛÈÍÍÌËɯÚÜÍÍÐÊÐÌÕÛÓàɯÛÖɯÔÌÌÛɯ

workloads and that the I T system is able to deal with an increased number 

of submissions in the future.  

5.73 The Committee acknowledges that the cost recovery model works well for 

therapies for more common diseases, and believes that it could be used to 

support the publication of  Australian Public Assessment Reports (AusPARs) 

at the same time as the launch of a medicine, to ensure clinicians and their 

patients are as well informed as possible. 

5.74 The Committee believes there is merit in the suggestions that the TGA 

should adapt its processes to enable the approval of therapeutic goods by 

molecular indication as well as by disease indication. The Committee 

acknowledges that this is a highly complex issue, that such a change may 

involve substantial effort on the part of the TGA and  that it will have 

repercussions for other elements of the development and approval process 

such as clinical trials and reimbursement. However, the Committee believes 

this will be an area of growing importance into the future and the TGA 

should adapt its p rocesses accordingly. 

5.75 3ÏÌɯ"ÖÔÔÐÛÛÌÌɯÙÌÊÖÔÔÌÕËÚɯÛÏÌɯ3& ɯÈÓÐÎÕÚɯÐÛÚɯ×ÙÖÊÌÚÚÌÚɯÞÐÛÏɯÛÏÌɯ/! "ɀÚɯ

for parallel processing purposes and its communication with sponsors 

during the assessment process. The Committee notes the growing 

importance of Real World EvÐËÌÕÊÌɯȹ16$ȺɯÈÕËɯÞÌÓÊÖÔÌÚɯÛÏÌɯ3& ɀÚɯ

commitment to produce more detailed guidance on its use.  

5.76 3ÏÌɯ"ÖÔÔÐÛÛÌÌɯÕÖÛÌËɯÛÏÌɯ%# ɀÚɯ!ÙÌÈÒÛÏÙÖÜÎÏɯ#ÌÝÐÊÌÚɯ/ÙÖÎÙÈÔȭɯ3ÏÌɯ

Committee supports this idea and recommends that the Australian 

Government establish a similar program in Australia to support the 

domestic medical technology sector. 
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6. Health Technology Assessment 

and the Pharmaceutical Benefits 

Advisory Committee  

Introduction  

6.1 Once a medicine or medical device is granted regulatory approval by the 

Therapeutic Goods Administration (TGA) it can be marketed by the sponsor, 

and purchased by patients. However since most patients cannot afford the 

expense of many new medicines and devices, they must wait until it is 

reimbursed by the Government, which requires it to undergo Health 

Technology Assessment (HTA).  

6.2 HTA process is conducted by a number of bodies, the most prominent being 

the Pharmaceutical Benefits Advisory Committee (PBAC) and Medical 

Services Advisory Committee (MSAC). Many submitters discussed HTA in 

general rather than one specific body, although their focus was directed 

towards medicines, and the PBAC was the individual body that attracted the 

most attention. Consequently this chapter addresses both the evidence 

concerning the PBAC and that concerning HTA in general, while the 

following chapter focuses on the evidence concerning the MSAC and related 

matters, such as the Prostheses List Advisory Committee (PLAC). 

Overall performance of the Health Technology Assessment system  

6.3 The Committee heard a wide range of views on the performance of the 

current HTA system, ranging from academics who claimed there is, for the 



112 
 

 

most part, no problem with access to medicines1 to pharmaceutical 

ÊÖÔ×ÈÕÐÌÚɯÞÏÖɯÈÚÚÌÙÛÌËɯÛÏÈÛɯÛÏÌɯÚàÚÛÌÔɀÚɯ×ÖÖÙɯ×ÌÙÍÖÙÔÈÕÊÌɯÐÚɯ×ÙÌÝÌÕÛÐÕÎɯ

some medicines from being available in Australia at all. 2 

6.4 Nonetheless submitters raised more issues about the performance of the 

HTA system in general and the PBAC in particular, than the TGA. BioMarin 

Pharmaceutical Australia (BioMarin) commented that:  

!ÐÖ,ÈÙÐÕɀÚɯÌß×ÌÙÐÌÕÊÌȮɯÓÐÒÌɯÔÈÕàɯÚ×ÖÕÚÖÙÚȮɯÏÈÚɯËÌÔÖÕÚÛÙÈÛÌËɯÛÏÈÛɯÛÏÌɯÉÖÛÛÓÌɯ

neck for access to new drugs and novel medical technologies in Australia rests 

not with initial approval by the [TGA], but with the subsequent approval 

processes for reimbursement, and therefore should be the focus of the 

inquiry. 3 

6.5 !ÐÖ,ÈÙÐÕɯÈÙÎÜÌËɯÛÏÈÛɯȿÛÏÌɯÌß×ÌËÐÛÌËɯ×ÙÖÊÌÚÚÌÚɯÍÖÙɯ3& ɯÙÌÎÐÚÛÙÈÛÐÖÕɯÏÈÝÌɯÕÖÛɯ

been replicated across the respective reimbursement pathways for human 

ÛÏÌÙÈ×ÌÜÛÐÊÚɯÐÕɯ ÜÚÛÙÈÓÐÈȭɀ4 Novo Nordisk Oceania (Novo Nordisk) similarly 

ÚÜÉÔÐÛÛÌËɯÛÏÈÛɯȿÛÏÌɯÉÌÕÌÍÐÛÚɯÍÙÖÔɯÛÏÌÚÌɯÚÏÖÙÛÌÙɯÙÌÎÜÓÈÛÖÙàɯ×ÈÛÏÞÈàÚɯÞÐÓÓɯ

continue to go unrealised without PBAC an d MSAC pathways also being 

ÐÔ×ÙÖÝÌËɯÛÖɯÔÈÛÊÏɯÛÏÌɯÌß×ÌËÐÛÌËɯ3& ɯ×ÈÛÏÞÈàÚɀȭ5 

6.6 LEO Pharma had a somewhat different view, namely that the HTA system 

works well for some types of conditions but not for others. It suggested that 

certain conditions such as dermatological diseases have been neglected by 

the Pharmaceutical Benefits Scheme (PBS) while cancer therapies  

ȱÏÈÝÌɯÐÕɯÛÏÌɯÓÈÚÛɯËÌÊÈËÌɯÎÈÙÕÌÙÌËɯÔÖÙÌɯÈÛÛÌÕÛÐÖÕɯÈÕËɯ×ÜÉÓÐÊɯÐÕÛÌÙÌÚÛɯÞÐÛÏɯ

sustained advocacy by the patients, clinicians, and the pharmaceutical 

industry. This has resulted in better support by decision makers and key 

stakeholders for reimbursement on the PBS.6 

6.7 BioMarin submitted that:  

 ×ÈÙÛɯÍÙÖÔɯÛÏÌɯÈÉÐÓÐÛàɯÛÖɯÔÈÒÌɯÈɯȿ×ÈÙÈÓÓÌÓɀɯÚÜÉÔÐÚÚÐÖÕɯÛÖɯ/! "ɯÞÏÐÓÚÛɯÛÏÌɯ

sponsor anticipates registration approval from TGA, the Australian 

registration and reimbursement processes are entirely separate with virtually 

no alignment of evaluations and approvals. Indeed, even though the TGA 

 
1 Miss Jessica Pace, Submission 40, p. 3. 

2 Amgen Australia (Amgen), Submission 82, p. 3. 

3 BioMarin Pharmaceutical Australia (BioMarin), Submission 152, p. 1.  

4 BioMarin, Submission 152, p. 1. 

5 Novo Nordisk Oceania (Novo Nordisk), Submission 151, p. 3.  

6 LEO Pharma, Submission 202, p. 2.  
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assesses the safety and clinical efficacy of a medicine for the purposes of 

registration, the PBAC performs yet another evaluation of safety and efficacy. 7 

6.8 Novartis Australia and New Zealand (Novartis) recommended the creation 

of: 

ȱÈɯÍÖÙÜÔɯÍÖÙɯ×ÈÙÈÓÓÌÓɯÈÕËɤÖÙɯÑÖÐÕÛɯ×ÙÌ-submission consultation between 

sponsors and with all key decision-makers (regulators and payers) and a 

single format and point of entry for the subsequent submission covering all 

evidentiary requirements for novel therapies in areas of urgent clinical need. 8 

Length of review for assessment and resubmissions  

6.9 There was a widely held view among submitters that the HTA system 

currently takes too long to provide access to medicines.9 Many submitted 

ÛÏÈÛɯÛÏÌÙÌɯÐÚɯÈɯÕÌÌËɯÛÖɯȿÚÛÙÌÈÔÓÐÕÌɀɯÛÏÌɯ'3 ɯÚàÚÛÌÔȮɯÉÌÍÖÙÌɯÎÖÐÕÎɯÖÕɯÛÖɯÔÈÒÌɯ

more specific recommendations.10 A particular concern was how often 

multiple submissions are required for a medicine to receive a positive 

recommendation from the PBAC. 11  In the words of Professor John Zalcberg 

OAM, Chair, Australian Clinical Trials Alliance (ACTA):  

ȱÞÌɯÍÈÊÌɯÚÖÔÌÛÐÔÌÚɯàÌÈrs of backwards and forwards with resubmissions, 

minor submissions and major submissions going on. In the period when these 

resubmissions are occurring, sometimes over a year or two or more, patients 

don't have access, and that is a problem.12 

6.10 The Department of Health (the Department) advised that 29 per cent (38 out 

of 132) of first time submissions considered by the PBAC between its March 

 
7 BioMarin, Submission 152, p. 5. 

8 Novartis Australia and New Zealand (Novartis), Submission 138, p. [11].  

9 For example: Merck Sharp & Dohme Australia (MSD), Submission 63, p. 2; Better Access 

Australia (Better Access), Submission 160, p. 4.  

10 AstraZeneca Australia (AstraZeneca), Submission 42, p. 2; Medical Oncology Group of Australia 

and Private Cancer Physicians of Australia (MOGA and PCPA), Submission 50, p. 4; Albireo 

/ÏÈÙÔÈȮɯ2ÜÉÔÐÚÚÐÖÕɯƙƝȮɯ×ȭɯȻƖȼȰɯ&ÌÕÌɯ3ÏÌÙÈ×àɯ ËÝÐÚÖÙàɯ2ÛÌÌÙÐÕÎɯ&ÙÖÜ×Ȯɯ2àËÕÌàɯ"ÏÐÓËÙÌÕɀÚɯ

Hospital Network, Submission 1 02, p. [3]; Western Australian Department of Health, 

Submission 129, p. [7]; Novartis, Submission 138, p. [11]; Bayer Australia and New Zealand 

(Bayer), Submission 175, p. 3.  

11 Specialised Therapeutics Australia (STA), Submission 7, p. 20; Mr Michael Smith, Submission 13, 

p. 6; MOGA and PCPA, Submission 50, p. 1; Rare Disease Industry Working Group (RDIWG), 

Submission 51, p. 5; UCB Australia (UCB), Submission 74, p. 4; BioMarin, Submission 152, p. 1. 

12 Committee Hansard, Sydney, 7 May 2021, p. 46.  
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ƖƔƖƔɯÈÕËɯ,ÈÙÊÏɯƖƔƖƕɯÔÌÌÛÐÕÎÚɯÐÕÊÓÜÚÐÝÌɯÙÌÊÌÐÝÌËɯÈɯȿÕÖÛɯÙÌÊÖÔÔÌÕËÌËɀɯ

outcome.13 Dr Haitham Tuffaha explained that his research on the 179 new 

cancer drug submissions between 2010 and 2018 showed that positive 

recommendations were made for only 37 per cent of submissions, with 

drugs taking an average of 2.1 submissions for approval.14 

6.11 The Department noted that there has been a substantial reduction in 

processing times since the implementation of various process reforms from  

1 July 2019.15 

6.12 The PBAC itself provided a suggestion to further streamline the process, 

which it explained as follows:  

The establishment of the PBAC Executive consisting of the Chair, Deputy 

Chair and Chairs of the Drug Utilisation and Economic sub -committees 

provides an opportunity for further efficiency in PBS processes.  

This would be enhanced if decisions around some matters could be formally 

delegated to the PBAC Executive.  

This could include approvals for Section 19A exemptions for medicine 

shortages, changes in dispensed amounts, and changes to doses or minor 

changes to product content in the case of nutritional food products. 16 

Flexibility  

6.13 A related criticism was that the current system lacks flexibility, particularly 

in the face of increasingly advanced medicines and technologies. Pfizer 

Australia (Pfizer) explained that:  

The emergence of innovative, targeted therapies has tested the limits of our 

[HTA] process and created tension between assessors, industry and patients. 

Attempts to address this have led to increasing layers of red tape. The result is 

a system that is increasingly complex, rigid and costly. 17 

6.14 Medicines Australia similarly submitted that:  

 
13 Department of Health, Submission 15.4, p. [1]. 

14 Dr Haitham Tuffaha, Submission 72, p. [1].  

15 Department of Health, Submission 15, pages 31-32.   

16 Department of Health, Submission 15.3, p. 6. The section in question is apparently s 19A 

Therapeutic Goods Act 1989 (Cth).  

17 Pfizer Australia (Pfizer), Submission 137, p. [2].  
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An emerging issue relates to the lack of flexibility in funding assessment 

pathways. For some medicines, there appears to be no pathway at all, which 

acts as a brake on both innovation and access. For others, even as approaching 

regulatory approval, there is no clarity on the funding pathway. 18 

6.15 The Australian Cardiovascular Alliance (ACvA) recommended that the 

ȿÍÓÌßÐÉÐÓÐÛàɯÖÍɯ×ÙÖÊÌÚÚÌÚɀɯÉÌɯÐÔ×ÙÖÝÌËɯÛÖɯȿÍÈÚÛ-track urgent medicines and 

ËÌÝÐÊÌÚȮɀɯÈɯÚÌÕÛÐÔÌÕÛɯÌÊÏÖÌËɯÉàɯ ÚÛÙaZeneca.19 Bayer Australia and New 

9ÌÈÓÈÕËɯȹ!ÈàÌÙȺɯ×ÜÛɯÍÖÙÞÈÙËɯÈɯÚÐÔÐÓÈÙɯÝÐÌÞȮɯÈÕËɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯȿÕÖɯÛÙÜÓàɯ

innovative medicines can receive a positive recommendation from 

reimbursement agencies without more flexibility in assessment 

ÔÌÛÏÖËÖÓÖÎÐÌÚȭɀ20 Novo Nordisk likewise suggested there is a need for 

ȿÍÓÌßÐÉÐÓÐÛàȮɯÛÙÈÕÚ×ÈÙÌÕÊàɯÈÕËɯÈËÈ×ÛÈÉÐÓÐÛàɯÐÕɯÈÚÚÌÚÚÔÌÕÛɯÈÕËɯÍÜÕËÐÕÎɯÍÖÙɯ

ÕÌÞɯÛÌÊÏÕÖÓÖÎÐÌÚɯÞÏÌÙÌɯÛÏÌÙÌɯÈÙÌɯÕÖɯËÌÍÐÕÌËɯ×ÈÛÏÞÈàÚȭɀ21 

6.16 Albireo Pharma identified flexibility as a particular requirement f or 

assessment of rare diseases.22 Merck Sharp and Dohme Australia (MSD) 

suggested that the PBAC is less flexible than equivalent overseas bodies, but 

ÌÔ×ÏÈÚÐÚÌËɯÛÏÈÛɯÍÓÌßÐÉÐÓÐÛàɯȿÕÌÌËÚɯÛÖɯÉÌɯÉÜÐÓÛɯÈÙÖÜÕËɯÊÓÌÈÙɯÈÕËɯÛÙÈÕÚ×ÈÙÌÕÛɯ

processes backed by independenÛɯÚÊÐÌÕÛÐÍÐÊɯÔÌÛÏÖËȭɀ23 Mr Stuart Knight, 

General Manager, Roche Australia (Roche), told the Committee: 

If I could leave you with one word, I think it would be just to make our system 

more flexible so that the processes that we have are more capable of dealing 

with uncertainty. For the data that is not perfect, how are we going to deal 

with that? How do we work through that together? Where there's inflexibility 

is where we are having problems.24 

Interaction with hospitals  

 
18 Medicines Australia, Submission 141, p. 37 

19 Australian Cardiovascular Alliance (ACvA), Submission 76, p. 13; AstraZeneca, Submission 42, 

p. 4.   

20 Bayer, Submission 175, p. 6.  

21 Novo Nordisk, Submission 151, p. 4. 

22 Albireo Pharma, Submission 59, p. [2].  

23 MSD, Submission 63, p. 3.  

24 Committee Hansard, Sydney, 7 May 2021, p. 27. 
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6.17 Another difficulty that was  raised with the current system was the potential 

for inconsistency where hospitals are involved. Alexion Pharmaceuticals 

Australasia (Alexion) submitted that:  

ȱÛÏÌÙÌɯÐÚɯÕÖɯÊÓÌÈÙɯÈÚÚÌÚÚÔÌÕÛɯÖÙɯÍÜÕËÐÕÎɯ×ÈÛÏÞÈàɯÍÖÙɯ1ÈÙÌɯ#ÐÚÌÈÚÌɯÛÙÌÈÛÔÌÕÛÚɯ

that need to be initiated as inpatient supply at the time of diagnosis but 

transition to chronic management in the outpatient setting post the acute 

event. It is recommended to have a clear and transparent pathway 

documented for highly specialised drugs that are initiated in  tertiary hospitals, 

ÉÜÛɯÛÏÌɯ×ÈÛÐÌÕÛɀÚɯÊÏÙÖÕÐÊɯÔÈÕÈÎÌÔÌÕÛɯÊÖÕÛÐÕÜÌÚɯÐÕɯÈÕɯÖÜÛ×ÈÛÐÌÕÛɯÚÌÛÛÐÕÎȭ25 

6.18 The Medical Oncology Group of Australia and Private Cancer Physicians of 

 ÜÚÛÙÈÓÐÈɯȹ,.& ɯÈÕËɯ/"/ ȺɯÓÐÒÌÞÐÚÌɯÌß×ÙÌÚÚÌËɯÊÖÕÊÌÙÕɯÛÏÈÛɯȿÛÏÌɯËÐÍÍÌÙÌÕÛɯ

coverage of on-label and off-label indications in hospital and PBS 

formularies may affect the continuity and affordability of treatment for 

×ÈÛÐÌÕÛÚȭɀ26Meanwhile Amgen Australia (Amgen) wrote that:  

Many new cancer medicines are very effective, very quickly, in redu cing the 

size of a tumour, or the number of tumorous cells. These medicines have 

potential side effects such as Tumour Lysis Syndrome (TLS) or Cytokine 

Release Syndrome (CRS) which have symptoms which may need treatment in 

hospital. 

Therefore, it is appropriate for these patients to have their first treatment in 

hospital. As hospitals are state run, the patient may not be eligible for PBS-

subsidised medicines. Amgen recommends that the federal and state 

governments work together to ensure equitable access to these new and highly 

efficacious medicines in an appropriate clinical setting. 27 

6.19 The evidence received by the Committee was limited but not particularly 

positive on the issue of how HTA or HTA -like processes are conducted for 

the hospitals themselves. The Australian Healthcare and Hospitals 

Association (AHHA), which represents public and non -profit hospitals 

amongst others, submitted: 

Currently in Australia, processes differ across jurisdictions and public 

hospitals in relation to how new technologie s are assessed and implemented, 

making it difficult to know if the technology leads to better patient outcomes 

at an efficient cost. 

 
25 Alexion Pharmaceuticals Australasia (Alexion), Submission 30, p. 9.  

26 MOGA and PCPA, Submission 50, p. 3. 

27 Amgen, Submission 82, p. 8.  
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As noted in the Addendum to the National Health Reform Agreement 2020-

2025ȱÛÏÌɯÊÜÙÙÌÕÛɯÈ××ÙÖÈÊÏɯÛÖɯÏÌÈÓÛÏɯÛÌÊÏÕÖÓÖÎàɯÈÚÚÌÚÚment to inform 

investment and disinvestment decisions in Australia is fragmented and does 

not facilitate coordinated and timely responses to rapidly changing 

technologies. Separate processes exist across all levels of the health system, 

which has the potential to duplicate effort, create inefficiencies and 

inconsistent advice, and delay access to innovative and emerging 

technologies.28 

6.20 This view was supported by the private sector. Stryker South Pacific argued 

that: 

The current processes for assessing new health technologies in public hospitals 

differ vastly across states, territories and public and private health systems, 

leading to inequities in access between the public and private health systems... 

There needs to be a clear and consistent approach across governments, health 

services and clinicians to ensure that evidence to support the value of new 

technologies can be demonstrated in terms of both costs and patient 

outcomes.29 

6.21 Edwards Lifesciences added that: 

Separate processes exist across all levels of the health system, which has the 

potential to duplicate effort, create inefficiencies and inconsistent advice, and 

delay access to innovative and emerging technologies. We would welcome a 

coordinated national approach but not at the expense of speed to market. 

Currently the ability to provide new technology to the public hospital system 

is more flexible and not exclusively dependent on MSAC approval. However, 

we would be concerned if a national coordinated HTA process meant that 

state hospital systems stop purchasing new technology unless it had an MBS 

item. This could potentially further slow access of new technology to 

Australian patients. 30 

Coordination within Government  

6.22 3ÏÌɯÊÖÔ×ÓÌßÐÛàɯÖÍɯÛÏÌɯ&ÖÝÌÙÕÔÌÕÛɀÚɯÚàÚÛÌÔɯÍÖÙɯ×ÙÖÝÐËÐÕÎɯÈÊÊÌÚÚɯÛÖɯ

medicines and medical devices was reflected in the fact that many 

submitters felt that the different parts of the system need to coordinate better 

 
28 Australian Healthcare and Hospitals Association (AHHA), Submission 68, p. 1.  

29 Stryker South Pacific (Stryker), Submission 28, p. 5. 

30 Edwards Lifesciences, Submission 83, p. 34. 
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with each other, and indeed the fact that many nominated different parts to 

be involved in this coordination.  AstraZeneca, for example, addressed the 

ȿ'3 ɯÊÖÔÔÐÛÛÌÌÚȮɀɯÙÌÊÖÔÔÌÕËÐÕÎɯȿÐÔ×ÙÖÝÌÔÌÕÛÚɯÛÖɯÛÏÌɯÊÙÖÚÚ-talk/ 

ÊÖÖÙËÐÕÈÛÐÖÕɀɯÉÌÛÞÌÌÕɯÛÏÌÔȭ31 

6.23 AbbVie submitted that:  

Early dialogue between the TGA and PBAC, for orphan medicines, paediatric 

oncology medicines and advanced therapies for rare diseases where the 

patient population is small, would be particularly beneficial. 32 

6.24 3ÏÌɯ5ÐÊÛÖÙÐÈÕɯ"ÖÔ×ÙÌÏÌÕÚÐÝÌɯ"ÈÕÊÌÙɯ"ÌÕÛÙÌɯÙÌÊÖÔÔÌÕËÌËɯȿËÐÈÓÖÎÜÌÚɯ

between market authorisation and Health Technology Assessment, so the 

clinical evidence is efficiently used by regulatory and reimbursement 

ÈÎÌÕÊÐÌÚɀɯÈÕËɯȿÌÈÙÓàɯËÐÈÓÖÎÜÌɯÈÕËɯÈÓÐÎÕÔÌÕÛɀɯÉÌÛÞÌÌÕɯÛÏÌɯ3& ɯÈÕËɯ/! "ȭ33 

Alexion commented:  

As TGA assesses safety, efficacy and quality, the existing PBAC/MSAC 

evaluation process for drugs/therapies duplicates that assessment. The 

PBAC/MSAC could have their roles changed to determining:  

 Restriction criteria; and 

 Managed entry requirements 34 

6.25 AusBiotech made its submission in more general terms, and called for: 

Alignment and harmonisa tion of registration and reimbursement frameworks 

ÈÕËɯÉÌÛÛÌÙɯÊÖÕÕÌÊÛÐÖÕɯÞÐÛÏÐÕɯÛÏÌȱ3& ɯÈÕËɯ'ÌÈÓÛÏɯ ÚÚÌÚÚÔÌÕÛɯÞÖÙÒÍÖÙÊÌÚɯÛÖɯ

expedite approvals for therapeutic products that cut across a number of 

disciplinary practices. 35 

6.26 #Ùɯ3ÜÍÍÈÏÈɯÈÙÎÜÌËɯÛÏÈÛɯȿÉÌÛÛÌÙ alignment is required between the 

registration and reimbursement processes. Parallel submissions to TGA and 

PBAC should be encouraged and facilitated through active engagement 

 
31 AstraZeneca, Submission 42, p. 4.  

32 AbbVie, Submission 180, p. [4]. 

33 Victorian Comprehensive Cancer Centre, Submission 61, p. 5. 

34 Alexion,  Submission 30.1, p. [2].  

35 AusBiotech, Submission 114, p. 3. 
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ÉÌÛÞÌÌÕɯÚ×ÖÕÚÖÙÚɯÈÕËɯ/! "ȭɀ36 The ACvA supported more use of parallel 

processing.37 

6.27 The MOGA and PCPA made one of the strongest submissions on this issue, 

writing that:  

The governance culture and silo-approach within various authorities and 

government departments need to be challenged and a single, coordinated 

agency and decision-making process with supporting legislation is required to 

achieve greater process efficiency. We strongly recommend legislative reform 

that combines the TGA and PBAC process and MSAC process when 

appropriate. 38 

(ÛɯÙÌÊÖÔÔÌÕËÌËɯȿÏÈÙÔÖÕÐÚÈÛÐÖÕɯÖÍɯevidentiary requirements between 

ÙÌÎÜÓÈÛÖÙàɯÈÕËɯÙÌÐÔÉÜÙÚÌÔÌÕÛɯÈÜÛÏÖÙÐÛÐÌÚȭɀ39 

6.28 !ÌÛÛÌÙɯ ÊÊÌÚÚɯ ÜÚÛÙÈÓÐÈɯȹ!ÌÛÛÌÙɯ ÊÊÌÚÚȺɯÊÙÐÛÐÊÐÚÌËɯÛÏÌɯȿÈÚÚÌÚÚÔÌÕÛɯÖÍɯÚÜÉÚÐËÐÌÚɯ

by different committees noting the convergence of technologies is 

confounding the arbitrary p ÓÈÊÌÔÌÕÛɯÐÕɯÛÏÌɯÚÜÉÚÐËàɯÈÚÚÌÚÚÔÌÕÛɯ×ÙÖÊÌÚÚȭɀɯ(Ûɯ

ÚÜÎÎÌÚÛÌËɯÛÏÌɯÚàÚÛÌÔɯÉÌɯÙÌÝÐÌÞÌËɯÛÖɯÐÕÝÌÚÛÐÎÈÛÌɯȿÛÏÌɯÝÐÈÉÐÓÐÛàɯÖÍɯÊÙÌÈÛÐÕÎɯÈɯ

single assessment system combining the skills and expertise of the various 

committees to be deployed as needed for the technology oÙɯÛÙÌÈÛÔÌÕÛȭɀ40 

 1"2ɯ ÜÚÛÙÈÓÐÈɯÓÐÒÌÞÐÚÌɯÊÓÈÐÔÌËɯÛÏÈÛɯȿÈÕÖÛÏÌÙɯÈÙÌÈɯÞÏÌÙÌɯÉÈÙÙÐÌÙÚɯÛÖɯ

accessing new medicines and devices exist is in the separation of funding 

×ÈÛÏÞÈàÚɯÉÌÛÞÌÌÕɯÛÏÌɯ/!2ɯȹ/! "ȺɯÈÕËɯ,2 "ȭɀ41 

6.29 ,ÌËÐÊÐÕÌÚɯ ÜÚÛÙÈÓÐÈɯÊÖÔÔÌÕÛÌËɯÛÏÈÛɯȿÛÏÌɯÓÈÊÒɯÖÍ integration and 

predictability across the regulatory and reimbursement processes involving 

multiple bodies extends timelines needed to reach an outcome that enables 

×ÈÛÐÌÕÛɯÈÊÊÌÚÚȭɀɯ(ÕɯÙÌÚ×ÖÕÚÌɯÐÛɯÙÌÊÖÔÔÌÕËÌËɯÛÏÌɯÊÙÌÈÛÐÖÕɯÖÍɯÈɯȿÑÖÐÕÛɯȻȹ3& ȼȰɯ

[PBAC]; [MSAC ], Australian Technical Advisory Group on Immunisation 

(ATAGI) pre -submission advice framework to improve alignment of end -to-

ÌÕËɯ×ÙÖÊÌÚÚÌÚȭɀ42 

 
36 Dr Tuffaha, Submission 72, p. [1].  

37 ACvA, Submission 76, p. 6.  

38 MOGA and PCPA, Submission 50, p. 4. 

39 MOGA and PCPA, Submission 50, p. 4. 

40 Better Access, Submission 160, pages 6-7.  

41 ARCS Australia, Submission 41, p. 5. 

42 Medicines Australia, Submission 141, p. 32.  
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6.30 -ÖÝÖɯ-ÖÙËÐÚÒɯÚÜ××ÖÙÛÌËɯÈɯȿÑÖÐÕÛɯȻ3& ȼɤȻ/! "ȼɯ×ÙÌ-submission advice 

framework to ensure alignment of end ÛÖɯÌÕËɯ×ÙÖÊÌÚÚÌÚɀɯÈÚɯÞÌÓÓɯÈÚɯ

ȿÊÖÓÓÈÉÖÙÈÛÐÝÌɯÔÌÌÛÐÕÎÚɯÉÌÛÞÌÌÕɯ3& Ȯɯ/! "ɯÈÕËɯ,2 "ɯÉÌÊÖÔÐÕÎɯÛÏÌɯ

ÚÛÈÕËÈÙËɯÈ××ÙÖÈÊÏɯÍÖÙɯÉÙÐÕÎÐÕÎɯÕÌÞɯÖÙɯÕÖÝÌÓɯÛÌÊÏÕÖÓÖÎÐÌÚɯÛÖɯ ÜÚÛÙÈÓÐÈȭɀ43 

6.31 Specialised Therapeutics Australia (STA) made the same point about the 

ÕÌÌËɯÍÖÙɯȿÊÖÓÓÈÉÖÙÈÛÐÝÌɯÔÌÌÛÐÕÎÚɀɯÉÌÛÞÌÌÕɯÛÏÌɯ'3 ɯÉÖËÐÌÚȭɯ(ÛɯÈÙÎÜÌËȯ 

3ÏÈÛɯ ÜÚÛÙÈÓÐÈɀÚɯÚÜÉÚÐËàɯÚàÚÛÌÔÚɯÕÌÌËɯÛÖɯÉÌɯÈÓÐÎÕÌËɯÞÐÛÏɯÛÏÌɯÚÈÔÌɯÛÐÔÌÍÙÈÔÌÚɯ

of certainty and transparency as the TGA, and further, that the role of the TGA 

in determining safety and efficacy should b e given higher weighting by the 

MSAC and PBAC.44 

6.32 In its submission the Department highlighted its new Health Products Portal 

(HPP), which it suggested would greatly assist with coordination within 

Government: 

The HPP Program vision is to realise a single, secure and easy to use place 

where industry can interact with Government to apply, track, pay and manage 

ÓÐÚÛÐÕÎÚɯÍÖÙɯÙÌÎÜÓÈÛÌËɯÈÕËɯÚÜÉÚÐËÐÚÌËɯÏÌÈÓÛÏɪÙÌÓÈÛÌËɯÎÖÖËÚɯÈÕËɯÚÌÙÝÐÊÌÚȭɯ3ÏÌɯ

aim of the HPP is to create consistent and simplified business processes 

ÛÏÙÖÜÎÏɯÈɯËÐÎÐÛÈÓɯÚÖÓÜÛÐÖÕɯÛÏÈÛɯÚÜ××ÖÙÛÚɯÓÌÎÐÚÓÈÛÐÝÌɯÊÖÔ×ÓÐÈÕÊÌɯÈÕËɯÌÝÐËÌÕÊÌɪ

based policy and decision making. 

This digital solution will provide a consistent user experience for sponsors and 

other stakeholders, reducing duplication of effort and enabl ing a single, digital 

and trackable user journey through the regulatory and subsidisation lifecycle. 

%ÜÙÛÏÌÙȮɯÐÛɯÞÐÓÓɯÊÙÌÈÛÌɯÈɯÊÖÏÌÚÐÝÌɯÌÕËɪÛÖɪÌÕËɯ'3 ɯ×ÙÖÊÌÚÚȮɯÞÏÌÙÌɯÐÕÍÖÙÔÈÛÐÖÕɯ

is gathered at any stage of the process with a view to its purpose, its use and 

reuse throughout, and availability at the right time. This will streamline and 

improve the process and efficiency in which medicines and medical devices 

enter the Australian market. The HPP has already enabled a streamlined 

approach for PBAC submissions, and over time, will link data and services to 

include other areas including TGA, PLAC and MSAC. 45 

International cooperation and harmonisation  

6.33 Many submitters recommended that international cooperation and 

harmonisation should be increased in Australi ÈɀÚɯ'3 ɯÚàÚÛÌÔɯÔÖÙÌɯ

 
43 Novo Nordisk, Submission 151, p. 3.  

44 STA, Submission 7, p. 5. 

45 Department of Health, Submission 15, p. 33. 
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generally.46 3ÏÌɯ,.& ɯÈÕËɯ/"/ ɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯȿÛÏÌɯÕÈÛÐÖÕÈÓɯÈ××ÙÖÝÈÓɯ

process for new drugs and novel medical technologies must be made more 

ÌÍÍÐÊÐÌÕÛɯÈÕËɯÙÌÚ×ÖÕÚÐÝÌɯÛÖɯÐÕÛÌÙÕÈÛÐÖÕÈÓɯÉÌÚÛɯ×ÙÈÊÛÐÊÌɀɯÈÕËɯÙÌÊÖÔÔÌÕËÌËɯ

ȿÊÖÕÛÐÕÜÐÕÎɯÛÖɯÈÓÐÎÕɯÛÏe Australian system with international approval 

×ÙÖÊÌÚÚÌÚɯÞÏÌÙÌɯ×ÖÚÚÐÉÓÌȭɀ47 Medicines Australia encouraged the 

&ÖÝÌÙÕÔÌÕÛɯÛÖɯȿÔÖËÌÙÕÐÚÌɯÈÕËɯÐÔ×ÙÖÝÌɯ'3 ɯÌÝÈÓÜÈÛÐÖÕɯ×ÙÖÊÌÚÚÌÚɯÐÕɯÓÐÕÌɯ

ÞÐÛÏɯÐÕÛÌÙÕÈÛÐÖÕÈÓɯÉÌÚÛɯ×ÙÈÊÛÐÊÌɯ'3 ȭɀ48 

6.34 Many submitters drew a contr ast between what they viewed as the 

significant progress the TGA has made in improving its cooperation with 

international regulators in recent years, and the lack of comparable progress 

by the PBAC and other HTA bodies, and urged the latter to learn from t he 

former. 49 AbbVie, for example, after praising the work the TGA has done to 

improve its international cooperation recently, noted that this has lagged for 

'3 ȮɯÚÜÉÔÐÛÛÐÕÎɯÛÏÈÛɯȿÛÏÌÙÌɯÐÚɯÈÕɯÖ××ÖÙÛÜÕÐÛàɯÍÖÙɯÛÏÌɯÙÌÐÔÉÜÙÚÌÔÌÕÛɯ

pathway to adopt similar concep ts to Project Orbis to accelerate access to 

ÔÌËÐÊÐÕÌÚȭɀ50 

6.35 The Macquarie University Centre for the Health Economy (MUCHE) 

Ìß×ÓÈÐÕÌËɯÛÏÈÛɯÊÜÙÙÌÕÛÓàɯȿÚÜÉÔÐÚÚÐÖÕÚɯÛÖɯÛÏÌɯ/! "ɯÔÜÚÛɯÙÌ×ÖÙÛɯÙÌÓÌÝÈÕÛɯ

published economic evaluations involving the proposed drug or similar 

ËÙÜÎÚȮɯÐÕÊÓÜËÐÕÎɯÛÏÖÚÌɯÊÖÕÚÐËÌÙÌËɯÉàɯÖÛÏÌÙɯ'3 ɯÈÎÌÕÊÐÌÚɯÖÙɯÊÖÔÔÐÛÛÌÌÚȭɀ51 

(ÛɯÚÛÈÛÌËɯÛÏÈÛɯÛÏÌɯÉÌÕÌÍÐÛÚɯÖÍɯÛÏÌɯ/! "ɯÊÖÕÚÐËÌÙÐÕÎɯÖÛÏÌÙɯ'3 ɯÉÖËÐÌÚɀɯ

ËÌÊÐÚÐÖÕÚɯÐÕÊÓÜËÌɯȿÐÕÚÐÎÏÛÚɯÐÕÛÖɯÞÏÌÛÏÌÙɯÛÏÌɯËÙÜÎɯÞÈÚɯÈ××ÙÖÝÌËɯÖÕÓàɯÐÕɯÚÜÉ-

populations due to greater  efficacy or safety concerns, economic model 

ÚÛÙÜÊÛÜÙÌɯÈÕËɯÐÕ×ÜÛÚȮɯÈÕËɯÒÌàɯËÙÐÝÌÙÚɯÖÍɯÛÏÌɯÙÌÚÜÓÛÚȭɀɯ(ÛɯÕÖÛÌËɯÏÖÞÌÝÌÙɯÛÏÈÛɯ

there are various differences between countries that need to be taken into 

consideration, including in population characteristics, com parators, clinical 

practices, health system costs, cost effectiveness thresholds and weighting 

ÉÌÛÞÌÌÕɯÊÖÚÛɯÌÍÍÌÊÛÐÝÌÕÌÚÚɯÈÕËɯÖÛÏÌÙɯÊÙÐÛÌÙÐÈȭɯ(ÛɯÙÌÊÖÔÔÌÕËÌËɯÛÏÈÛɯȿ/! "ɯ

 
46 Mirum Pharmaceuticals, Submission 10, p. [1]; Australasian Sleep Association, Submission 16, p. 

5; Sanofi, Submission 99, pages 4-5; The George Institute for Global Health, Submission 105, p. 8; 

Johnson & Johnson, Submission 134, p. 13;  Eli Lilly Australia (Eli Lilly), Submission 140, p. [2].  

47 MOGA and PCPA,  Submission 50, p. 3. 

48 Medicines Austral ia, Submission 141, p. 41. 

49 STA, Submission 7, p. 5; BioMarin, Submission 152, p. 5. 

50 AbbVie, Submission 180, p. [3].  

51 Macquarie University Centre for the Health Economy (MUCHE), Submission 62, p. 6.  
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should consider, but not rely on, the deliberations made by other HTA 

agencies or commitÛÌÌÚɯÐÍɯÈÝÈÐÓÈÉÓÌȮɯÐÕÊÓÜËÐÕÎɯÍÜÕËÐÕÎɯÙÌÊÖÔÔÌÕËÈÛÐÖÕÚȭɀ52 

6.36 The MUCHE noted that benefits of increased collaboration between HTA 

ÈÎÌÕÊÐÌÚɯÐÕÊÓÜËÌɯȿÙÌËÜÊÌËɯÙÌÚÖÜÙÊÌÚɯÐÕÊÜÙÙÌËɯÉàɯÚ×ÖÕÚÖÙÚɤÈ××ÓÐÊÈÛÐÖÕÚɯÛÖɯ

generate evidence and HTA agencies in assessing evidence; and improved 

ÛÙÈÕÚ×ÈÙÌÕÊàɯÈÕËɯÛÐÔÌÓÐÕÌÚÚɯÐÕɯËÌÊÐÚÐÖÕɯÔÈÒÐÕÎȮɀɯÈÕËɯÛÏÈÛɯÚÜÊÏɯÊÖÓÓÈÉÖÙÈÛÐÖÕɯ

is already occurring overseas, such as through the European Network for 

'ÌÈÓÛÏɯ3ÌÊÏÕÖÓÖÎàɯ ÚÚÌÚÚÔÌÕÛȭɯ(ÛɯÙÌÊÖÔÔÌÕËÌËɯÛÏÌɯ"ÖÔÔÐÛÛÌÌɯȿÊÖÕÚÐËÌÙɯ

the need for increased collaboration between PBAC and other HTA agencies, 

ÐÕÊÓÜËÐÕÎɯÛÏÌɯÏÈÙÔÖÕÐÚÈÛÐÖÕɯÖÍɯ/! "ɯÔÌÛÏÖËÚɯÎÜÐËÌÓÐÕÌÚȭɀ53 

6.37 Dr Falk Pharma Australia commented that for medicines for rare diseases: 

ȱÐÛɯÞÖÜÓËɯÚÐÔ×ÓÐÍàɯ/!2ɯÚÜÉÔÐÚÚÐÖÕÚɯÐÍɯÌÊÖÕÖÔÐÊɯÔÖËÌÓÓÐÕÎɯÜÚÌËɯÐÕ other 

countries could be used here, rather than creating Australian-specific ones. 

Naturally, it is accepted that these models would need updating with local 

population and prevalence data (if separately available). These models are 

expensive to create and are generally a re-configuration of data previously 

reviewed in these other markets.54 

6.38 Medicinal Cannabis Industry Australia (MCIA) explained that Australia has 

ȿÓÈÎÎÌËɯÚÖÔÌɯÖÛÏÌÙɯ×ÈÙÛÚɯÖÍɯÛÏÌɯÞÖÙÓËɀɯÐÕɯÛÏÌɯÈ××ÙÖÝÈÓɯÈÕËɯÜÚÌɯÖÍɯÔÌËÐÊÐÕÈÓɯ

cannabis, anËɯÊÖÕÚÌØÜÌÕÛÓàɯÙÌÊÖÔÔÌÕËÌËɯȿÌÕÈÉÓÐÕÎɯËÙÜÎÚɯÛÏÈÛɯÏÈÝÌɯÉÌÌÕɯ

given approval overseas in jurisdictions equivalent to Australia to be fast -

ÛÙÈÊÒÌËɯÍÖÙɯÈ××ÙÖÝÈÓɯÐÕɯ ÜÚÛÙÈÓÐÈȭɀ55 

6.39 3ÏÌɯ/! "ɯÕÖÛÌËɯÐÕɯÐÛÚɯÚÜÉÔÐÚÚÐÖÕɯÛÖɯÛÏÌɯÐÕØÜÐÙàɯÛÏÈÛɯÛÏÌɯ3& ɀÚɯÞÖÙÒɯÐÕɯÛÏÐÚɯ

area in recent times, and commented that: 

The PBAC is interested in examining how similar types of sharing of health 

technology assessments could be implemented with other reimbursement 

authorities. Health technology assessments require more inputs that are 

country specific, such as local clinical practice, costs and availability of other 

therapies and supports, so there will always be a need for Australian specific 

assessments. However, there are elements that are likely to be very similar 

across countries. 

 
52 MUCHE, Submission 62, p. 7.  

53 MUCHE, Submission 62, pages 7-8.  

54 Dr Falk Pharma Australia, Submission 17, p. [2].  

55 Medicinal Cannabis Industry Australia (MCIA), Submission 75, pages 1, 3.  
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A barrier to this is the confidentiality arrangements that companies have with 

ËÐÍÍÌÙÌÕÛɯÊÖÜÕÛÙÐÌÚȭɯ6ÏÐÓÌɯÛÏÌɯ/! "ɯÜÕËÌÙÚÛÈÕËÚɯÛÏÌɯÚ×ÖÕÚÖÙɀÚɯÙÌÈÚÖÕɯÍÖÙɯÛÏÐÚɯ

in relation to pricing aspects, there would still seem to be substantial room for 

sharing of other aspects including economic modelling. Economic inputs 

would need to be adjusted to reflect country specific clinical practice, 

comparators and healthcare resource costs. It would appear to the PBAC that 

some global sponsors sometimes already use common models in their 

submissions to the PBAC.56 

Measuring Pharmaceutical Benefits Advisory Committee 

performance  

6.40  ÔÎÌÕɯÈÚÚÌÙÛÌËɯÛÏÈÛɯȿÜÕÓÐÒÌɯÖÛÏÌÙɯÔÈÑÖÙɯÈÙÌÈÚɯÖÍɯ×ÜÉÓÐÊɯÏÌÈÓÛÏɯÌß×ÌÕËÐÛÜÙÌɯ

(Commonwealth or State), no data are currently collected and publis hed by 

ÛÏÌɯ&ÖÝÌÙÕÔÌÕÛɀɯÖÕɯÏÖÞɯÓÖÕÎɯÔÌËÐÊÐÕÌÚɯÈÙÌɯÛÈÒÐÕÎɯÛÖɯÉÌɯÓÐÚÛÌËɯÖÕɯÛÏÌɯ/!2ɯ

after their registration on the Australian Register of Therapeutic Goods or on 

the broader performance of the PBS. It argued that: 

Australian patients and taxpayers need to kno w how long they are waiting for 

access to the safe and effective medicines that they need. Data against a well-

defined set of metrics are fundamental to both good and accountable 

government and well managed businesses. The collection and publication of 

such performance data would bring the PBS in line with other major areas of 

healthcare expenditure and delivery. 57 

6.41 2ÈÕÖÍÐɯÚÐÔÐÓÈÙÓàɯÙÌÊÖÔÔÌÕËÌËɯÛÏÌɯÐÔ×ÓÌÔÌÕÛÈÛÐÖÕɯÖÍɯȿÈÕɯÖ×ÌÕɯÈÕËɯ

transparent tracking system designed to measure speed to access from 

registÙÈÛÐÖÕɯÛÖɯÙÌÐÔÉÜÙÚÌÔÌÕÛɯÍÖÙɯÕÌÞɯÛÏÌÙÈ×ÐÌÚȭɀɯ(ÛɯÚÜÎÎÌÚÛÌËɯÛÏÈÛɯȿÛÏÐÚɯ

system should include benchmarks to other comparable countries and 

ÏÌÈÓÛÏÊÈÙÌɯÚàÚÛÌÔÚȭɀ58 

Reviewing the system  

6.42 Many stakeholders called for a wide -ranging review into the HTA system. 

1ÖÊÏÌɯÚÛÈÛÌËɯÛÏÈÛɯȿÈɯÙÌÝÐÌÞɯÖÍɯÛÏÌɯ'3 ɯ×ÙÖÊÌÚÚÌÚɯÈÕËɯÔÌÛÏÖËÚɯÛÏÈÛɯÞÐÓÓɯÉÌɯ

ÊÏÈÓÓÌÕÎÌËɯÉàɯ×ÙÌÊÐÚÐÖÕɯÔÌËÐÊÐÕÌɯÛÌÊÏÕÖÓÖÎÐÌÚɯÐÚɯÙÌØÜÐÙÌËȭɀ59 Biotronik 

submitted that:  

 
56 Department of Health, Submission 15.3, p. 6. 

57 Amgen, Submission 82.5, p. 2.  

58 Sanofi, Submission 99, p. 5. 

59 Roche Australia (Roche), Submission 92, p. 13.  
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ȱÛÏÌɯ'ÌÈÓÛÏɯ3ÌÊÏÕÖÓÖÎàɯ ÚÚÌÚÚÔÌÕÛɯÙÌÚÖÜÙÊÌÚɯÞÐÛÏÐÕɯ ÜÚÛÙÈÓÐÈɯȻÈÙÌȼɯÐÕɯÕÌÌËɯ

of a whole of health review. This process was last under review back in 2011 

and one of its key recommendations was to revisit the landscape every three 

years, which the government of the day remained silent about. 60 

6.43  Sanofi argued that: 

ȱÛÏÌɯÙÌÝÐÌÞɯÖÍɯÛÏÌɯ-ÈÛÐÖnal Medicines Policy (NMP) provides the ideal 

mechanism to achieve the integrated and comprehensive reform required to 

ÌÕÚÜÙÌɯ ÜÚÛÙÈÓÐÈɀÚɯÈ××ÙÖÝÈÓɯ×ÙÖÊÌÚÚÌÚɯÙÌÔÈÐÕɯÌÍÍÐÊÐÌÕÛȮɯÍÐÛ-for -purpose and 

equipped to appropriately inform decision -making about how best to allocate 

investment to optimise health outcomes for all Australians. 61 

6.44 LEO Pharma and Better Access made similar comments on the need for the 

review of the National Medicines Policy to be used for such a purpose, with 

the latter suggesting lessons should be learned from the review announced 

ÐÕɯ-ÖÝÌÔÉÌÙɯƖƔƖƔɯÉàɯÛÏÌɯ4ÕÐÛÌËɯ*ÐÕÎËÖÔɀÚɯȹ4*Ⱥɯ-ÈÛÐÖÕÈÓɯ(ÕÚÛÐÛÜÛÌɯÍÖÙɯ

Health and Care Excellence (NICE).62 

6.45 Amgen reiterated the claim that there is an incongruity between the 

performance of the TGA and that of the HTA system in its argument that:  

The Australian Government recently implemented reforms to the TGA based 

on recommendations made by an Independent Expert Panel Review. Many of 

these reforms are explicitly designed to speed up access to medicines. 

Nonetheless, the TGA is effectively only one-half of the access system in 

Australia and therefore the reform of its processes has achieved only half the 

job. Amgen believes that a companion Independent Expert review focussed on 

ÛÏÌɯ/!2ɯȱɯÐÚɯÙÌØÜÐÙÌËȭ63 

6.46  ÔÎÌÕɯÌÔ×ÏÈÚÐÚÌËɯÛÏÈÛɯÈɯÙÌÝÐÌÞɯÚÏÖÜÓËɯÓÖÖÒɯÕÖÛɯÑÜÚÛɯÈÛɯȿÛÏÌɯ'3 ɯÔÌÛÏÖËÚɯ

used by the PBAC in its evaluation and decision-ÔÈÒÐÕÎɀɯÉÜÛɯÐÕÊÓÜËÌɯÛÏÌɯ

ȿ×ÙÖÊÌÚÚÌÚȮɯÛÐÔÌÓÐÕÌÚɯÈÕËɯÛÏÌɯÙÌÓÈÛÐÖÕÚÏÐ×ɯÉÌÛÞÌÌÕɯ×ÈÛÐÌÕÛɯÈÊÊÌÚÚɯÈÕËɯ

finalisation of PBS listing terms with s×ÖÕÚÖÙÚȭɀ64 

 
60 Biotronik Australia (Biotronik), Submission 130, p. [5].  

61 Sanofi, Submission 99, p. 1. 

62 LEO Pharma, Submission 202, p. 6; Better Access, Submission 160, pages 21-22.  

63 Amgen, Submission 82.5, p. 2. 

64 Am gen, Submission 82.5, p. 2. 
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6.47 The Department advised that the review of the NMP was to commence in 

August 2021, chaired by Professor Michael Kidd AM. 65 On 7 September 2021 

the Government announced that it would conduct a comprehensive Health 

Technology Assessment Policy and Methods Review as part of its new five 

year Strategic Agreements with Medicines Australia and the Generic and 

Biosimilar Medicines Association, discussed in Chapter 2.66 

The application process  

Engagement with sponsors  

6.48 There were strong views among submitters that more pre -submission 

engagement is required, both from the HTA system in general and the PBAC 

in particular. The Rare Disease Industry Working Group (RDIWG) 

submitted that:  

Earlier engagement with the Department of Health would b e welcomed by 

Industry in order to be able to identify the appropriate reimbursement 

pathway, provide the patient voice and establish clinical need so that all 

parties facilitate the path to access without increasing submission churn.67 

6.49 It called for the PBAC pre-submission process for rare and ultra-rare 

ËÐÚÌÈÚÌÚɯÛÖɯÉÌɯȿÌÕÏÈÕÊÌËȮɀɯÐÕÊÓÜËÐÕÎɯÉàɯÐÕÝÖÓÝÌÔÌÕÛɯÖÍɯÈɯ+ÐÍÌɯ2ÈÝÐÕÎɯ#ÙÜÎÚɯ

Program (LSDP) representative in the case of medicines that may be eligible 

for the LSDP.68 

6.50 Noting the complexity of HTA  for rare disease medicines in particular, 

3ÈÒÌËÈɯ/ÏÈÙÔÈÊÌÜÛÐÊÈÓÚɯ ÜÚÛÙÈÓÐÈɯȹ3ÈÒÌËÈȺɯÈÙÎÜÌËɯÛÏÈÛɯȿÈɯÊÌÕÛÙÈÓɯÌÕÛÙàɯ

point for discussions on HTA for rare diseases could improve the efficiency 

of review by initiating a discussion on the current standard of ca re and the 

ÜÕÔÌÛɯÔÌËÐÊÈÓɯÕÌÌËɯÌÈÙÓÐÌÙɯÐÕɯÛÏÌɯÙÌÝÐÌÞɯ×ÙÖÊÌÚÚȭɀ69 

6.51 MSD took a more general view, stating that: 

Those with a stake in HTA should be involved, including industry, to develop 

a collaborative approach to assessment.  In particular, broad involvement can 

 
65 Department of Health, Submission 15.6, p. [5]. 

66 3ÏÌɯ'ÖÕɯ&ÙÌÎɯ'ÜÕÛɯ,/Ȯɯ,ÐÕÐÚÛÌÙɯÍÖÙɯ'ÌÈÓÛÏɯÈÕËɯ ÎÌËɯ"ÈÙÌȮɯȿ+ÈÕËÔÈÙÒɯÕÌÞɯÔÌËÐÊÐÕÌÚɯ

ÈÎÙÌÌÔÌÕÛÚɯÛÖɯÉÙÐÕÎɯÚÐÎÕÐÍÐÊÈÕÛɯÉÌÕÌÍÐÛÚɯÍÖÙɯ ÜÚÛÙÈÓÐÈÕɯ×ÈÛÐÌÕÛÚɀȮɯMedia Release, 7 September 2021. 

67 RDIWG, Submission 51, p.  5. 

68 RDIWG, Submission 51, p. 6. 

69 Takeda Pharmaceuticals Australia (Takeda), Submission 66, p. 5. 
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facilitate the exchange of information in confidence to ensure the reviewer has 

complete clinical, epidemiologic, and economic information to formulate a 

review. 70 

6.52 +$.ɯ/ÏÈÙÔÈɯÈÙÎÜÌËɯÛÏÈÛɯȿÎÌÕÜÐÕÌɯÈÕËɯÈÊÛÐÝÌɯÌÕÎÈÎÌÔÌÕÛɯÉÌÛÞÌÌÕɯÛÏÌɯ

PBAC and companies to better understand the requirements and 

expectations would lead to fewer first time rejections and better informed 

ËÌÊÐÚÐÖÕɯÔÈÒÐÕÎɯÉàɯÛÏÌɯ/! "ȭɀɯ(ÛɯÚÛÈÛÌËɯÛÏÈÛɯÛÏÌɯÊÜÙÙÌÕÛɯÏÖÜÙ-long pre-

submission meeting (for which the PBAC charges $15,800) does not provide 

ȿÚÜÍÍÐÊÐÌÕÛɯÊÓÈÙÐÛàɀɯÈÕËɯËÖÌÚɯÕÖÛɯÐÕÊÓÜËÌɯ/! "ɯËÌÊÐÚÐÖÕ-makers. It 

ÙÌÊÖÔÔÌÕËÌËɯÛÏÈÛɯÛÏÌɯ"ÏÈÐÙɯÖÍɯÛÏÌɯ/! "ɯÈÛÛÌÕËɯÛÏÌɯÔÌÌÛÐÕÎɯȿÍÖÙɯÛÏÌÙÈ×àɯ

areas where the PBAC lacks understanding of new treatments and where an 

area of disease has not had a rÌÊÖÔÔÌÕËÈÛÐÖÕɯÐÕɯÛÏÌɯÓÈÚÛɯƙɯàÌÈÙÚȭɀ71 

6.53 STA described the current rules governing engagement between a sponsor 

ÈÕËɯÛÏÌɯ/! "ɯÈÚɯȿÝÌÙàɯÚÛÙÐÊÛȮɀɯÞÏÐÊÏɯÐÛɯÚÈÐËɯȿÌÍÍÌÊÛÐÝÌÓàɯ×ÙÌÝÌÕÛÚɯÖ×ÌÕȮɯÍÙÈÕÒɯ

ËÐÈÓÖÎÜÌɯÞÐÛÏɯÌÝÈÓÜÈÛÖÙÚɯÖÕÊÌɯÈɯÚÜÉÔÐÚÚÐÖÕɯÏÈÚɯÉÌÌÕɯÓÖËÎÌËȭɀɯ3Ö remedy 

ÛÏÐÚɯÐÛɯÙÌÊÖÔÔÌÕËÌËɯÛÏÌɯ×ÙÖÝÐÚÐÖÕɯÖÍɯȿÈËËÐÛÐÖÕÈÓɯÖ××ÖÙÛÜÕÐÛÐÌÚɯÍÖÙɯÙÐÎÖÙÖÜÚɯ

and robust engagement prior to the submission decision (rather than at a 

post-ËÌÊÐÚÐÖÕɯÔÌÌÛÐÕÎȺȭɀ72 

6.54 There were concerns about the general tenor of the relationship between 

industry and the Department. Shawview Consulting submitted that:  

3ÏÌɯÓÌÝÌÓɯÖÍɯÊÖÕÚÛÙÜÊÛÐÝÌɯÌÕÎÈÎÌÔÌÕÛȮɯÖÙɯȿÝÐÉÌɀȮɯÐÕɯÛÏÌɯËÐÈÓÖÎÜÌɯÏÈÚɯÞÈßÌËɯÈÕËɯ

waned over the years. My sense is that the day-to-day relationship between 

government officials and industr y on PBS policy and process issues is today 

more transactional and less solution-focussed than in the past. This may be an 

understandable response to budgetary pressures, industry and business 

ÊÏÈÕÎÌÚɯÈÕËɯÛÏÌɯÊÏÈÕÎÐÕÎɯËàÕÈÔÐÊÚɯÖÍɯ ÜÚÛÙÈÓÐÈɀÚɯ×ÓÈÊÌɯÐÕɯÛÏÌɯÎlobal health 

landscape, but the result is that many interactions between government and 

industry are short -term exercises in cost-saving and damage control. I 

encourage government officials to embrace a more cooperative, solution-

focussed, appropriate, professional, long-term relationship with industry. 73 

6.55 This was a view shared by Omico, which argued: 

 
70 MSD, Submission 63, Appendix A, p. 4.  

71 LEO Pharma, Submission 202, p. 5.  

72 STA, Submission 7, p. 18 

73 Shawview Consulting, Submission 181, p. 9.  
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It is also envisioned that greater public sector-industry collaboration based 

around coordinated, mutually compatible areas of expertise and investment, 

could give rise to enhanced opportunities for negotiations between 

government and industry in regard to drug pricing, compared to the current 

adversarial model. Since there is no future for therapeutics in general that will 

not depend on industry for drug development, a collaborative rather than 

adversarial model for innovative health systems is both logical and desirable. 74 

6.56 The MUCHE, meanwhile, suggested that smaller pharmaceutical companies 

ÐÕɯ×ÈÙÛÐÊÜÓÈÙɯȿÔÈàɯÈÓÚÖɯÚÌÌɯÛÏÌɯ×ÙÖÊÌÚÚɯÈÚɯÊÖÔÉÈÛÐÝÌɯÙÈÛÏÌÙ than one of 

ÐÕÍÖÙÔÈÛÐÖÕɯÚÌÌÒÐÕÎɯÈÕËɯÕÌÎÖÛÐÈÛÐÖÕȭɀ75 

6.57 -ÖÝÖɯ-ÖÙËÐÚÒɯÛÖÖÒɯÈɯÉÙÖÈËÌÙɯÝÐÌÞȮɯÈÕËɯÙÌÊÖÔÔÌÕËÌËɯȿËÐÈÓÖÎÜÌɯÉÌÛÞÌÌÕɯ

industry and the PBAC to consider future policy issues to guide the HTA 

×ÙÖÊÌÚÚȭɀ76 Medicines Australia submitted that:  

In the past, there was regular dialogue between Medicines Australia and the 

PBAC on issues of importance to the HTA process. Medicines Australia 

believes the re-introduction of such a dialogue would be beneficial, given the 

lack of certainty for new therapies in ter ms of HTA assessment.77 

6.58 Biotronik made a similar proposal:  

 ɯÎÖÝÌÙÕÔÌÕÛɯÐÕÚÛÐÎÈÛÌËɯÙÌÎÜÓÈÙɯȿ(ÕÕÖÝÈÛÐÖÕɯ%ÖÙÜÔɀɯÛÖɯÉÙÐÕÎɯÔÈÕÜÍÈÊÛÜÙÌÙÚȮɯ

payers and providers together could act as a platform for dialogue, mutual 

understanding and sensible decision making to bring clinical innovations with 

ÏÌÈÓÛÏɪÌÊÖÕÖÔÐÊɯÉÌÕÌÍÐÛɯÛÖɯÔÈÙÒÌÛɯÚÖÖÕÌÙȭ78 

Fees 

6.59 Many pharmaceutical companies expressed unhappiness with the current 

PBAC fee regime, particularly as it applies to medicines for rare diseases. 

Novart is explained that while medicines granted an orphan drug 

designation by the TGA are fee exempt for their first submission to the 

PBAC, since June 2019 full fees have been payable for any subsequent 

resubmission; it is possible to request further exemptions ÉÜÛɯȿÛÏÐÚɯÐÚɯ

ÜÕÊÌÙÛÈÐÕɯÈÚɯÐÛɯÊÈÕɯÖÕÓàɯÉÌɯÙÌØÜÌÚÛÌËɯËÜÙÐÕÎɯÛÏÌɯ×ÙÖÊÌÚÚȭɀɯ(ÛɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯ

 
74 Omico: Australian Genomic Cancer Medicine Cent re, Submission 184, pages [1]-[2].  

75 MUCHE, Submission 62, p. 2.  

76 Novo Nordisk, Submission 151, p. 3.  

77 Medicines Australia, Submission 141, p. 40.  

78 Biotronik, Submission 130.1, p. [1]. 
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ȿÈÕɯÌß×ÈÕÚÐÖÕɯÖÍɯÛÏÌɯÊÙÐÛÌÙÐÈɯÍÖÙɯÈɯÍÌÌɯÌßÌÔ×ÛÐÖÕȮɯÞÏÐÊÏɯÐÚɯÒÕÖÞÕɯÐÕɯÈËÝÈÕÊÌɯ

of the PBAC submission would provide certainty and clarity for sponsors 

about the potentÐÈÓɯÊÖÚÛÚȭɀ79 

6.60 UCB Australia (UCB) and MSD merely raised the limited exemption as a 

problem, but other companies wanted it expanded: 80 Recordati Rare 

Diseases Australia (RRDA) proposed the first two to three applications; 81 

STA nominated two major and one minor submissions;82 and Amicus 

Therapeutics recommended five years.83 

6.61 Bayer proposed extended the exemptions beyond designated orphan drugs 

ÛÖɯËÙÜÎÚɯÛÏÈÛɯÛÙÌÈÛɯȿËÐÚÌÈÚÌÚɯÈÍÍÌÊÛÐÕÎɯÚÔÈÓÓɯ×Ö×ÜÓÈÛÐÖÕÚɯȹÉÜÛɯÕÖÛɯÎÐÝÌÕɯ

ÖÙ×ÏÈÕɯËÌÚÐÎÕÈÛÐÖÕȺȭɀ84 

6.62 Novartis expressed concern that the current orphan definition does not 

ÊÈ×ÛÜÙÌɯȿ×ÌÙÚÖÕÈÓÐÚÌËɯÔÌËÐÊÐÕÌÚɀɯÛÏÈÛɯȿÉÙÌÈÒËÖÞÕɯÈɯ×ÙÌÝÐÖÜÚÓàɯÓÈÙÎÌɯ

homogenised patient population for say lung cancer, into smaller population 

ÚÜÉÚÌÛÚɯÛÏÈÛɯÈÙÌɯÏÌÛÌÙÖÎÌÕÌÖÜÚȮɀɯÈÕËɯɯÈÊÊÖÙËÐÕÎÓàɯÙÌÊÖÔÔÌÕËÌËɯȿÈɯÙÌÝÐÌÞɯÖÍɯ

the existing criteria or new fee exemption criteria for personalised 

ÐÕÕÖÝÈÛÐÝÌɯÔÌËÐÊÐÕÌȭɀ85 

6.63 There was discussion of the possibility of deferring payment of fees until 

after reimbursement is granted, which was supported b y BioMarin for all 

applications for orphan medicines. 86 23 ɯÚÜÎÎÌÚÛÌËɯÛÏÐÚɯÚÏÖÜÓËɯÈ××ÓàɯÍÖÙɯȿÈÛɯ

ÓÌÈÚÛɯÛÏÌɯÍÐÙÚÛɯÛÞÖɯÈ××ÓÐÊÈÛÐÖÕÚɀɯÍÖÙɯÈÕàɯÔÌËÐÊÐÕÌɯÍÖÙɯÊÖÔ×ÈÕÐÌÚɯÞÐÛÏɯÙÌÝÌÕÜÌɯ

less than $50 million per annum, with fees to be paid in instalments once the 

PBS expenditure on the medicine exceeds $3 million per annum.87 

 
79 Novartis, Submission 138, p. [8]-[9].  

80 MSD, Submission 63, p. 4; UCB, Submission 74, p. 4. 

81 Recordati Rare Diseases Australia (RRDA), Submission 3, p. [2]. 

82 STA, Submission 7, p. 21.   

83 Amicus Therapeutics, Submission 31, p. 4. 

84 Bayer, Submission 175, p. 4. 

85 Novartis, Submission 138, p. [8]. 

86 BioMarin, Submission 152, p. [2]. 

87 STA, Submission 7, p. 20.  
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6.64 -ÖßÖ×ÏÈÙÔɯ+ÐÔÐÛÌËɯ×ÙÖ×ÖÚÌËɯȿËÌÍÌÙÙÈÓɯÖÍɯ×ÈàÔÌÕÛɯÖÍɯÍÌÌÚɯÍÖÙɯ ÜÚÛÙÈÓÐÈÕ-

owned companies would permit early -stage companies to begin to receive 

revenue before paying off the balance of submissiÖÕɯÍÌÌÚȭɀ88 

6.65 !ÌÛÛÌÙɯ ÊÊÌÚÚɯÙÌÊÖÔÔÌÕËÌËɯȿÊÖÕÚÐËÌÙÐÕÎɯÍÌÌɯ×ÙÖÊÌÚÚÌÚɯÈÕËɯ×ÈàÔÌÕÛɯ×ÓÈÕÚɯ

ÊÖÔÔÌÕÚÜÙÈÛÌɯÞÐÛÏɯÛÏÌɯÚÐáÌɯÖÍɯÛÏÌɯÊÖÔ×ÈÕàȭɀ89 RRDA argued that fee relief 

ÚÏÖÜÓËɯÉÌɯȿÔÌÈÕÚɯÛÌÚÛÌËȮɀɯÔÌÈÕÐÕÎɯÊÖÔ×ÈÕÐÌÚɯÉÌÓÖÞɯÈɯÊÌÙÛÈÐÕɯÈÕÕÜÈÓɯ

turnover ɬ it nominated $50 million ɬ would receive the exemptions, but 

larger companies would not. It based this argument on the claims that this 

would provide more resources to the PBAC and TGA, larger companies do 

not need the exemptions, and they would not be deterred from makin g 

ÖÙ×ÏÈÕɯËÙÜÎɯÈ××ÓÐÊÈÛÐÖÕÚɯÉÌÊÈÜÚÌɯɯȿÛÏÌÐÙɯÉÜÚÐÕÌÚÚɯÕÖÞɯËÌ×ÌÕËÚɯÖÕɯÚÈÓÌÚɯÖÍɯ

ÖÙ×ÏÈÕɯËÙÜÎÚȭɀ90 

6.66 By contrast the RDIWG suggested that this be done on a medicine by 

ÔÌËÐÊÐÕÌɯÉÈÚÐÚȮɯÈÙÎÜÐÕÎɯȿÊÖÕÚÐËÌÙÈÛÐÖÕɯÖÍɯÐÔ×ÓÌÔÌÕÛÈÛÐÖÕɯÖÍɯÈɯÍÌÌɯÚÛÙÜÊÛÜÙÌɯ

based on budget impact would increase access to treatments for very small 

×Ö×ÜÓÈÛÐÖÕÚȭɀ91 

6.67 3ÏÌɯ#Ì×ÈÙÛÔÌÕÛɯÈËÝÐÚÌËɯÛÏÈÛɯÐÛɯȿ×ÙÌÝÐÖÜÚÓàɯÏÈÚɯÉÌÌÕɯÈÚÒÌËɯÛÖɯÊÖÕÚÐËÌÙɯÈɯ

ÚÓÐËÐÕÎɯÚÊÈÓÌɯÖÍɯÍÌÌÚɯÉÈÚÌËɯÖÕɯÊÖÔ×ÈÕàɯÚÐáÌȮɀɯÈÓÛÏÖÜÎÏɯÐÛɯÐÚɯÉÖÜÕËɯÉàɯÛÏÌɯ

&ÖÝÌÙÕÔÌÕÛɀÚɯÊÖÚÛɯÙÌÊÖÝÌÙàɯ×ÖÓÐÊÐÌÚȭɯ(ÛɯÕÖÛÌËɯÛÏÈÛɯȿÛÏÌɯÍÌÌÚɯÊÏÈÙÎÌËɯÙÌÍÓÌÊÛɯ

the costs and efforts undertaken by the Department, commensurate with 

ÌÈÊÏɯÚÜÉÔÐÚÚÐÖÕɯÛà×ÌȮɯÙÌÎÈÙËÓÌÚÚɯÖÍɯÊÖÔ×ÈÕàɯÚÐáÌȭɀ92 On the question of fee 

waivers, it commented:  

Fee exemptions apply to all applications that meet the criteria set out in the 

Regulations. Fee waivers are granted at the discretion of the Secretary or a 

delegate where an applicant demonstrates that their application is in the 

public interest and that cost recovery fees would genuinely make t he 

application financially unviable. 93 

6.68 Professor Andrew Wilson (Prof Wilson), Chair of the PBAC, made the 

ÍÖÓÓÖÞÐÕÎɯÊÖÔÔÌÕÛÚɯÖÕɯÛÏÌɯÐÚÚÜÌɯÖÍɯÛÏÌɯ/! "ɀÚɯÍÌÌÚɯÈÕËɯÙÌÚÖÜÙÊÐÕÎȯ 

 
88 Noxopharm Limited, Submission 70, p. 3. 

89 Better Access, Submission 160, p. 7. 

90 RRDA, Submission 3, p. [2].  

91 RDIWG, Submission 51, p. 5. 

92 Department of Health, Submission 15.6, p. [8].  

93 Department of Health, Submission 15.6, p. [9]. 
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I think it's inappropriate for me to comment on whether cost recovery, which 

is a government policy, is working. It depends a little bit on what you mean by 

ɅÞÖÙÒÐÕÎɅȭɯ(ÛɯÏÈÚɯÓÐÛÛÓÌɯÐÔ×ÈÊÛɯÖÕɯÞÏÈÛɯÞÌɯÙÌÊÌÐÝÌȱ(ɅÝÌɯÈÓÙÌÈËàɯÍÓÈÎÎÌËɯÛÏÈÛȮɯÐÍɯ

we want to enhance our consumer-involvement processes even further, that is 

an ÈÙÌÈɯÞÏÌÙÌɯ(ɯÛÏÐÕÒɯÞÌɯÕÌÌËɯÛÖɯÛÏÐÕÒɯÈÉÖÜÛɯÙÌÚÖÜÙÊÐÕÎȭɯ ÚɯÍÓÈÎÎÌËȱÐÍɯÞÌɯ

want to allow for some alternative pathways for submission and some more 

active surveillance of need, there would need to be additional capacity to do 

that. The existing system keeps up with the submissions based process, but, if 

you were to add additional, unfunded applications to be made, that would be 

very challenging. 94 

Provisional access 

The existing system and opportunities for change 

6.69 A significant issue raised by the pharmaceutical sector was the need to 

strengthen and expand provisional subsidised access to medicines, currently 

provided through managed access programs.  

6.70 !ÙÐÚÛÖÓɯ,àÌÙÚɯ2ØÜÐÉÉɯ ÜÚÛÙÈÓÐÈɯȹ!,2ȺɯÌß×ÓÈÐÕÌËɯÛÏÈÛɯÛÏÌÚÌɯ×ÙÖÎÙÈÔÚɯȿȱÈÙÌɯ

intended to allow listing whe n the clinical data remains incomplete, 

potentially speeding up the approval process; however, agreeing [one] can 

be complex and does not necessarily address the gap between regulatory 

ÈÕËɯÙÌÐÔÉÜÙÚÌÔÌÕÛɯÈ××ÙÖÝÈÓÚȭɀ95 Johnson & Johnson stated that: 

3ÏÌɯȿ,ÈÕÈÎÌËɯ ÊÊÌÚÚɯ/ÙÖÎÙÈÔɀɯȹ, /ȺɯÍÙÈÔÌÞÖÙÒɯÐÚɯÈÕɯÌßÐÚÛÐÕÎɯÔÌÊÏÈÕÐÚÔɯ

which is intended to facilitate access to new therapies in areas of high clinical 

need. Whilst the uptake of this mechanism has been very limited, there is an 

opportunity for this framework to b e re-invigorated and adapted to better 

support the medicines access needs of patients. Therefore, it is recommended 

that the existing MAP framework be formally reviewed in consultation with 

relevant stakeholders.96 

6.71 Novartis noted the problem that evid ence that is sufficient for a medicine to 

receive provisional approval from the TGA is often insufficient for it to 

receive a positive recommendation from the PBAC, including for a MAP, 

 
94 Committee Hansard, Canberra, 24 June 2021, p. 9. 

95 Bristol Myers Squibb Australia (BMS), Submission 118, p. [18].  

96 Johnson & Johnson, Submission 134, p. 10.  
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meaning the provisional approval does not actually provide access any 

faster.97 Similarly, Roche submitted that:  

There is similar need for alignment for the managed entry scheme [i.e. MAPs] 

to be more flexible with parallel filing to the TGA and PBAC for new 

medicines that have substantial benefit based on early data. With the TGA 

provisional pathway fast tracking evaluations, alignment of these timeframes 

with the PBAC processes will reduce delays and provide greater certainty for 

sponsors. This will help sponsors to navigate the regulatory and 

reimbursement processes in the most efficient way possible.98 

6.72 The RDIWG argued that many new technologies may provide long -term 

ÉÌÕÌÍÐÛÚɯÍÖÙɯ×ÈÛÐÌÕÛÚɯÈÕËɯÊÖÕÚÌØÜÌÕÛÓàɯȿÔÈàɯÏÈÝÌɯÓÐÔÐÛÌËɯËÈÛÈɯÈÛɯÛÏÌɯÛÐÔÌɯÖÍɯ

ÈÚÚÌÚÚÔÌÕÛȭɀɯɯ(ÛɯÜÙÎÌËɯÛÏÈÛɯȿÛÏÌÙÌɯÚÏÖÜÓËɯÉÌɯÈɯÍÖÊÜÚɯÖÕɯÛÏÌɯËÌÝÌÓÖ×ÔÌÕÛɯÖÍɯ

innovative access mechanisms to ensure patients have the advantage of 

being able to access treatment in parallel to the long-term collection of 

Ȼ16$ȼȭɀ99 Many other submitters were supportive of similar ideas, 

emphasising the opportunity for RWE collection. 100 BMS, which claimed that 

ÐÛɯÏÈËɯ×ÈÙÛÐÊÐ×ÈÛÌËɯÐÕɯ ÜÚÛÙÈÓÐÈɀÚɯȿÍÐÙÚÛɯÚÐÎÕÐÍÐÊÈÕÛɯÔÈÕÈÎÌËɯÈÊÊÌÚÚɯÚÊÏÌÔÌɀɯ

for a melanoma drug, submitted that:  

ȱÊÖÕËÐÛÐÖÕal approvals could reference, rather than duplicate, the post-

ÔÈÙÒÌÛÐÕÎɯÚÛÜËÐÌÚɯÉÌÐÕÎɯÊÖÕËÜÊÛÌËɯÐÕɯÖÛÏÌÙɯÊÖÜÕÛÙÐÌÚȱȭ(ÕɯÚÖÔÌɯÊÈÚÌÚȮɯÐÛɯÔÈàɯ

be necessary to conduct local studies, although this should be justified on an 

exceptional basis, rather than assumed for all cases.101 

6.73 It argued that relying on overseas studies would reduce the administrative 

burden on doctors and lower costs for sponsors, thereby encouraging them 

to bring their medicines to Australia. 102 

6.74 Companies such as AstraZeneca, MSD, Johnson & Johnson, Pfizer, Novartis 

and LEO Pharma stressed the importance of the risk of this type of 

 
97 Novartis, Submission 138, pages [11]-[12]. 

98 Roche, Submission 92, p. 16.  

99 RDIWG, Submission 51, p. 3.  

100 Albireo Pharma, Submission 59, p. [2]; Stryker, Submission 28, p. 15; Alexion, Submission 30, p. 

5; Association of Australian Medical Research Institutes (AAMRI), Submission 88, pages 8-9; 

Australasian Leukaemia and Lymphoma Group and Haematology Society of Australia and New 

Zealand (ALLG and HSANZ), Submission 112, p. [7]; Pfizer, Submission 137, p. [5]; Novartis 

Pharmaceuticals, Submission 138, pp, [11]-[12]. LEO Pharma, Submission 202, p. 6.  

101 BMS, Submission 118, p. [22].  

102 BMS, Submission 118, p. [22]. 
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arrangement being appropriately shared between the sponsor and the 

Commonwealth. 103 The New South Wales Government (NSW Government) 

argued the arrangements neÌËɯÛÖɯÐÕÊÓÜËÌɯȿÈÎÙÌÌËɯÛÐÔÌÓÐÕÌÚɯÍÖÙɯÌÝÈÓÜÈÛÐÖÕɯ

post implementation with a focus on disinvestment, or renegotiation on 

price for therapies that do not meet expected value to patients and/or the 

ÏÌÈÓÛÏɯÚàÚÛÌÔȭɯɯȿ(ÛɯÈÓÚÖɯÈÙÎÜÌËɯÛÏÈÛɯÛÏÌàɯÚÏÖÜÓËɯÖÕÓàɯÉÌɯ×ÜÛɯÐÕ place where 

ÛÏÌɯÔÌËÐÊÐÕÌɯÔÌÌÛÚɯȿÉÈÚÌÓÐÕÌɯÚÈÍÌÛàɯÈÕËɯÌÍÍÐÊÈÊàȭɀ104 The Australasian Sleep 

Association recommended that these programs be designed in consultation 

ÞÐÛÏɯȿ×ÈÛÐÌÕÛÚɯÈÕËɯÊÓÐÕÐÊÈÓɯÚÛÈÒÌÏÖÓËÌÙÚɯȹÌȭÎȭɯÕÖÛɯÍÖÙɯ×ÙÖÍÐÛɯÊÓÐÕÐÊÈÓɯÖÙɯ×ÈÛÐÌÕÛɯ

support organÐÚÈÛÐÖÕÚȺȭɀ105 

6.75 Dr Tuffaha recommended that the utilisation of Managed Access Programs 

be increased, and noted: 

 It is vital to engage major stakeholders, including patient representatives, in 

the development and implementation of managed access schemes. 

 Objective criteria and methods (e.g., Value of Information analysis) are 

required to systematically examine the need for, and the value of, these 

schemes. 

 The conditions governing the implementation of the schemes should be 

clear, transparent and balanced to address the expectations of various 

stakeholders. 

 The scheme should be continuously evaluated and improved to ensure that 

it serves its purpose. 

 The consequences of any potential delisting decisions on stakeholders, 

should be carefully considered and managed, possibly through certain 

managed exit schemes (MEXITS).106 

Overseas examples 

 
103 AstraZeneca, Submission 42, p. 2; MSD, Submission 63, Appendix A, p. 4; Johnson & Johnson, 

Submission 134, p. 9; Pfizer, Submission 137, p. [5]; Novartis, Submission 138, pages [11]-[12]; 

Submission 202, p. 6. 

104 New South Wales Government, (NSW Government), Submission 93, p. 19. 

105 Australasian Sleep Association, Submission 16, p. 5. 

106 Dr Tuffaha, Submission 72, p. [2].  
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6.76 One model for provisional access that drew particular support was that used 

by Germany.107 ,ÌËÐÊÐÕÌÚɯ ÜÚÛÙÈÓÐÈɯÌß×ÓÈÐÕÌËɯȿÛÏÌɯ&ÌÙÔÈÕɯÔÖËÌÓɀɯÈÚɯ

follows:  

On market entry, a new medicine is reimbursed at its launch price for the first 

year, pending the completion of an early benefit assessment. In the second 

year of launch, depending on the outcome of the early benefit assessment, the 

reimbursement price is determi ned either by: 

 "ÖÔ×ÜÓÚÖÙàɯÙÌÉÈÛÌɯÕÌÎÖÛÐÈÛÐÖÕÚȱÍÖÙɯÔÌËÐÊÐÕÌÚɯÞÐÛÏɯÈÕɯÈËËÐÛÐÖÕÈÓɯÉÌÕÌÍÐÛɯ

versus a competitor. 

 Reference price system where medicines with no additional benefit are 

reimbursed at the reference price108 

Figure 6.1 The German Model  

 

Source: Better Access Australia, Submission 160, p. 17.  

6.77 Better Access provided a diagram illustrating the German model, Figure 6.1. 

(ÛɯÊÓÈÐÔÌËɯÛÏÈÛɯȿÛÏÌɯ&ÌÙÔÈÕɯÙÌÐÔÉÜÙÚÌÔÌÕÛɯ×ÙÖÊÌÚÚɯËÖÌÚɯÕÖÛɯÊÖÔÌɯÈÛɯÛÏÌɯ

ÊÖÚÛɯÖÍɯÈɯÙÐÎÖÙÖÜÚɯÝÈÓÜÌɯÈÚÚÌÚÚÔÌÕÛȮɀɯÐÛɯÔÌÙÌÓàɯÔÌÈÕÚɯÛÏÈÛ ȿÛÏÌɯÕÌÎÖÛÐÈÛÐÖÕɯÖÍɯ

 
107 STA, Submission 7, p. 6; BioMarin, Submission 152, p. 5. 

108 Medicines Australia, Submission 141, p. 54. 
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×ÙÐÊÌÚɯËÖÌÚɯÕÖÛȱɯÚÛÈÕËɯÐÕɯÛÏÌɯÞÈàɯÖÍɯÈÊÊÌÚÚɯÍÖÙɯ×ÈÛÐÌÕÛÚȭɀɯ(ÛɯËÐËɯÏÖÞÌÝÌÙɯ

ÊÖÕÊÌËÌɯÛÏÈÛɯÛÏÌɯÚàÚÛÌÔɯȿÏÈÚɯÍÈÊÌËɯÍÐÚÊÈÓɯÊÏÈÓÓÌÕÎÌÚɯÞÐÛÏɯÚÖÔÌɯÊÖÔ×ÈÕÐÌÚɯ

overpricing and failure of the system to clawback excess from use beyond 

indication, or failure to achieve health outcomes in real world application 

ÝÌÙÚÜÚɯÊÓÐÕÐÊÈÓɯÛÙÐÈÓÚȭɀɯ(ÛɯÈÙÎÜÌËɯÛÏÈÛɯȯ 

 ÜÚÛÙÈÓÐÈɀÚɯÌß×ÌÙÐÌÕÊÌɯÐÕɯÛÏÌɯÜÛÐÓÐÚÈÛÐÖÕɯÖÍɯ1ÐÚÒɯ2ÏÈÙÌɯ ÙÙÈÕÎÌÔÌÕÛÚɯÈÕËɯ

improving data accessibility through electronic health records places us well 

to ÔÖËÐÍàɯÈɯÚàÚÛÌÔɯÞÐÛÏɯÚÜÐÛÈÉÓÌɯȿÊÈÙÙÖÛÚɯÈÕËɯÚÛÐÊÒÚɀɯÛÖɯÎÌÛɯÛÏÌɯÉÈÓÈÕÊÌɯÖÍɯ

access, affordability and transparency right. 109 

6.78 !,2ɯÖÜÛÓÐÕÌËɯ%ÙÈÕÊÌɀÚɯ3ÌÔ×ÖÙÈÙàɯ ÜÛÏÖÙÐÚÈÛÐÖÕɯÍÖÙɯ4ÚÌɯ×ÙÖÎÙÈÔȭɯ(ÛɯÐÚɯ

available where a drug meets three criteria: 

 The drug must be intended for a serious or rare indication  

 There must be no other appropriate therapies available for this indication in 

France 

 The drug must have presumed efficacy and safety in light of the available 

scientific data, and the treatment cannot be delayed for patients 110 

6.79 3ÏÌɯËÙÜÎɯ×ÙÐÊÌɯÐÚɯȿÚÌÛɯÍÙÌÌÓàɀȮɯÉÜÛɯÚÜÉÑÌÊÛɯÛÖɯÈÕɯÈÕÕÜÈÓɯÊÈ×ȭɯ#ÈÛÈɯÐÚɯÊÖÓÓÌÊÛÌËɯ

while the temporary authorisation is in force. 111 

6.80 ,ÌËÐÊÐÕÌÚɯ ÜÚÛÙÈÓÐÈɯÚÛÈÛÌËɯÛÏÈÛɯÐÕɯÛÏÌɯ4*ɯȿÛÏÌɯ"ÈÕÊÌÙɯ#ÙÜÎÚɯ%ÜÕËɯȹ"#%Ⱥɯ

acts as a managed access pathwaàɯÍÖÙɯÕÌÞɯÊÈÕÊÌÙɯÔÌËÐÊÐÕÌÚȭɀ112 MSD 

suggested that this has been more successful than its Australian equivalent, 

as it has been used for considerably more medicines.113 BMS described the 

CDF as having two roles: funding managed access arrangements, and 

×ÙÖÝÐËÐÕÎɯȿÐÕÛÌÙÐÔɯÍÜÕËÐÕÎɯÍÖÙɯÈÓÓɯÕÌÞÓàɯÙÌÊÖÔÔÌÕËÌËɯÊÈÕÊÌÙɯËÙÜÎÚȭɀ114 

6.81 3ÏÌɯ"ÖÔÔÐÛÛÌÌɀÚɯ4*ɯÞÐÛÕÌÚÚɯ,Ùɯ,ÌÐÕËÌÙÛɯ!ÖàÚÌÕȮɯ#Ì×ÜÛàɯ"ÏÐÌÍɯ$ßÌÊÜÛÐÝÌɯ

Officer and Director of the Centre for Health  Technology Evaluation, NICE, 

explained that: 

We have a specific fundɭit's called the Cancer Drugs Fund at the moment, 

but there are plans to expand that. That fund is used to allow companies to 

 
109 Better Access, Submission 160, p. 18. 

110 BMS, Submission 118, p. [20]. 

111 BMS, Submission 118, p. [20]. 

112 Medicines Australia, Submission 141, p. 54. 

113 MSD, Submission 63, Appendix A, p. 2.  

114 BMS, Submission 118, p. [24].  
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bring a drug to market at a n earlier stage while data is collected. The one test 

we apply in the Cancer Drugs Fund is to make sure these products have a 

plausible potential for being cost effective. So we do our work. If the Cancer 

Drugs Fund wasn't available, our committees probabl y would not have 

supported the technology. But, because there is a Cancer Drugs Fund, they can 

recognise the uncertainty that is inherent in the evidence base, often for rare 

cancers in particular, and allow a period of what we call 'managed access'ɭ

two to  three years of use in the NHSɭcombined with data collection. 115 

Proposed models 

6.82 Mr Michael Smith, an industry consultant, put forward a detailed model for 

an interim access scheme, which is illustrated by Figure 6.2. Noteworthy 

features of his proposal include:  

 It would be available for technologies (medicines or devices) considered 

to meet a high and unmet need by the PBAC or MSAC, eligible  for the 

3& ɀÚɯÖÙ×ÏÈÕɯËÙÜÎɯËÌÚÐÎÕÈÛÐÖÕɯÖÙɯÙÌÎÐÚÛÌÙÌËɯÛÏÙÖÜÎÏɯÐÛÚɯ×ÙÖÝÐÚÐÖÕÈÓɯÖÙɯ

priority approval pathways, or f ÖÙɯÈɯȿÚ×ÌÊÐÈÓɯ×Ö×ÜÓÈÛÐÖÕɀɯȹÚÜÊÏɯÈÚɯ

paediatric or Indigenous) 116 

 The PBAC or MSAC would recommend that the technology is suitable 

for interim access, but the rest of the process would then be left up to the 

Sponsor and the Government117 

 The duration of the i nterim access period would be agreed between the 

Sponsor and the Government, and could be extended by mutual 

agreement118 

 The price would be divided into two components: the price the PBAC or 

MSAC considers reasonable on the basis of the available evidence, 

which would be paid immediately, and the difference between that price 

and the price requested by the Sponsor in its submission, which would 

be deferred119 

 If the technology is not listed on the PBS or MBS at the end of the 

interim period, the Sponsor woul d not receive any of the deferred 

 
115 Committee Hansard, Canberra, 7 July 2021, p. 4. 

116 Mr Smith, Submission 13, p. 9. 

117 Mr Smith, Submission 13, p. 9. 

118 Mr Smith, Submission 13, p. 10 

119 Mr Smith, Submission 13, p. 10. 
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payment. Access would continue for existing patients but would not be 

available for new patients. 120 

Figure 6.2 Proposed Interim Access Scheme 

 

Source: Mr Michael Smith, Submission 13, p. 8. 

6.83 The MUCHE likewise recomme nded that the PBAC be allowed to 

recommend a MAP for any submission, even if it has not been requested by 

the Sponsor. It also included MAPs for LSDP listing in this recommendation 

ɬ it was unclear on the evidence whether any form of managed access is 

currently available for the LSDP.121 

6.84 3ÏÌɯ4ÕÐÝÌÙÚÐÛàɯÖÍɯ,ÌÓÉÖÜÙÕÌɯÚÜÎÎÌÚÛÌËɯÛÏÈÛɯÚÛÈÕËÈÙËɯȿ×ÖÚÛɯÔÈÙÒÌÛɯ

ÚÜÙÝÌÐÓÓÈÕÊÌɯÔÌÊÏÈÕÐÚÔÚȱÈÙÌɯÖÍÛÌÕɯÜÕÙÌÓÐÈÉÓÌȭɀɯ.ÕɯÛÏÈÛɯÉÈÚÐÚɯÐÛɯ×ÙÖ×ÖÚÌËɯÈɯ

more restricted form of provisional access to medicines:    

The creation of nationally accredited centres for early, proactive assessment of 

ÈɯÕÌÞɯÐÕÕÖÝÈÛÐÖÕɀÚɯÌÍÍÐÊÈÊàȮɯÚÈÍÌÛàɯÈÕËɯÏÌÈÓÛÏɯÌÊÖÕÖÔÐÊɯÖÜÛÊÖÔÌÚɯÛÖɯ×ÙÖÝÐËÌɯ

the evidence to support broader dissemination (or not), and disinvestment 

from existing, ineffective health care pract ices.122 

6.85 The ACTA recommended that the Government:  

Establish a rigorous pathway for treatments, services and technologies that are 

unproven in the real world to enter practice as quickly as possible through a 

conditional scheme. This scheme would require participation in either a trial 

conducted by Clinical Trial Networks (CTNs) and/or Clinical Quality 

Registries (CQRs) capable of generating important real-world data about the 

clinical effectiveness and value of the intervention in the real -world contex t.123 

 
120 Mr Smith, Submission 13, p. 11. 

121 MUCHE, Submission 62, p. 12. 

122 University of Melbourne, Submission 133, p. 3. 

123 Australian Clinical Trials Alliance (ACTA), Submission 149, p. 5.  
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6.86 It pointed out that such a pathway would provide three benefits: earlier 

access for patients, better data for the Government, and more experience 

with the new therapies for doctors. 124 

6.87 The MOGA and PCPA submitted that the evidence base for cancer 

medicines often has more uncertainty than the current system is willing to 

accept, and consequently: 

For diseases with significant unmet clinical need and technologies that have 

proven to be efficacious and safe, making decisions based on surrogate 

endpoints may be appropriate, on the condition that the sponsor is obliged to 

undertake post-marketing evaluation. 125 

6.88 3ÏÌɯ/ÏÈÙÔÈÊàɯ&ÜÐÓËɯÖÍɯ ÜÚÛÙÈÓÐÈɯÈÙÎÜÌËɯÍÖÙɯÛÏÌɯÐÔ×ÓÌÔÌÕÛÈÛÐÖÕɯÖÍɯȿÈɯ

standardised protocol -based post-market pharmacovigilance consulta tion in 

community pharmacy to enable earlier and reliable access to and ongoing 

ÊÓÐÕÐÊÈÓɯÚÜ××ÖÙÛɯÍÖÙɯÕÌÞɯÈÕËɯÕÖÝÌÓɯÛÙÌÈÛÔÌÕÛÚȭɀ126 

3ÏÌɯ/ÏÈÙÔÈÊÌÜÛÐÊÈÓɯ!ÌÕÌÍÐÛÚɯ ËÝÐÚÖÙàɯ"ÖÔÔÐÛÛÌÌɀÚɯ5ÐÌÞ 

6.89 When asked by the Committee how many MAPs are in place currently, P rof 

Wilson replied:  

A very small number. I think in practice we have two which are still 

operational at the moment. The challenges in the managed access program, 

which I talk about in the paper, are that you have to have the right sort of 

question; you've got to be able to actually answer the uncertainty that you 

want to address; you've got to have the capacity to collect the data; and all 

parties need to be willing to submit the data. That requires resources to be able 

to do that, and there is expertise involved in doing it. It's sometimes easier. 

There's a registry that sometimes makes it a lot easier, from our perspective. 

But we would certainly be much more comfortable if it also had a specific 

legislative basis.127 

6.90 In the paper, Prof Wilson refers tÏÌɯ/! "ɀÚɯÚÜÉÔÐÚÚÐÖÕɯÛÏÈÛȯ 

ȱÉÈÚÌËɯÖÕɯÖÜÙɯÖÉÚÌÙÝÈÛÐÖÕÚɯÐÕɯÊÖÜÕÛÙÐÌÚɯÞÐÛÏɯÚÐÔÐÓÈÙɯÏÌÈÓÛÏɯÚàÚÛÌÔÚɯÛÖɯÖÜÙÚȮɯ

such a program should have a legislated framework which is binding on 

sponsors in relation to negotiated entry price, the period and requirements for 

 
124 ACTA, Submission 149, p. 5.  

125 MOGA and PCPA, Submission 50, p. 2. 

126 Pharmacy Guild of Australia, Submission 108, p. 6. 

127 Committee Hansard, Canberra, 24 June 2021, p. 6. 
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establishing a cost-effective price as determined by the PBAC,  and agreement 

to continuation [sic] of supply for existing patients for free in the event that the 

cost-ÌÍÍÌÊÛÐÝÌɯ×ÙÐÊÌɯÐÚɯÕÖÛɯÈÎÙÌÌËɯÉÌÛÞÌÌÕɯÛÏÌɯ×ÈÙÛÐÌÚȱȭ+ÌÎÐÚÓÈÛÌËɯÍÙÈÔÌÞÖÙÒÚɯ

will enable requi rements for data collection and patient participation to be 

reasonable, relevant and mandated for the PBAC purposes. Such a program 

would require resourcing for clinical and patient participation, as well as the 

ÖÝÌÙÚÐÎÏÛɯÖÍɯÈÊÊÌÚÚɯ×ÙÖÛÖÊÖÓÚȱȭ 

The PBAC strongly believes an early access program should not be limited to a 

specific disease or condition although the eligibility criteria of a medicine for 

such a program should refer to high unmet need and disease 

severity/prognosis. 128 

Real World Evidence  

6.91 While the central role that real world evidence (RWE) plays in provisional 

access schemes has just been discussed, submitters commented on various 

ÖÛÏÌÙɯÐÚÚÜÌÚɯÙÌÓÈÛÐÕÎɯÛÖɯÐÛȭɯ3ÈÒÌËÈɯÚÛÈÛÌËɯÛÏÈÛɯ16$ɯȿÖÍÍÌÙÚɯÈËËÐÛÐÖÕÈÓɯÐÕÚÐÎÏÛÚɯ

into the value of treatmÌÕÛÚɀɯÞÏÌÕɯÜÚÌËɯÈÓÖÕÎÚÐËÌɯÊÓÐÕÐÊÈÓɯÛÙÐÈÓɯËÈÛÈɯÈÕËɯȿÏÈÚɯ

the potential to reduce uncertainty and enable more informed decision -

ÔÈÒÐÕÎɀɯÞÏÌÕɯÎÌÕÌÙÈÛÌËɯÛÏÙÖÜÎÏɯȿÈ××ÙÖ×ÙÐÈÛÌɯÔÌÛÏÖËÖÓÖÎÐÌÚȭɀɯ(ÛɯÕÖÛÌËɯÛÏÈÛɯ

there will be particular opportunities to gather RWE when  ȿ×ÈÛÐÌÕÛÚɯÞÐÓÓɯÉÌɯ

ÍÖÓÓÖÞÌËɯÜ×ɯÍÖÙɯÈɯÓÖÕÎɯÛÐÔÌɯÍÖÙɯÚÈÍÌÛàɯÔÖÕÐÛÖÙÐÕÎȮɀɯÈÚɯÞÐÓÓɯÉÌɯÛÏÌɯÊÈÚÌɯÍÖÙɯ

many gene and cell therapies, and emphasised the importance of disease 

registries for this purpose. 129 

6.92 ,ÌËÐÊÐÕÌÚɯ ÜÚÛÙÈÓÐÈɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯÛÏÌÙÌɯÈÙÌɯÛÞÖɯȿÔÈÑÖÙɯÊÏÈÓÓÌÕÎÌÚɀɯÛÖɯÔÖÙÌɯ

ÜÚÌɯÖÍɯ16$ɯÐÕɯ ÜÚÛÙÈÓÐÈɀÚɯ'3 ɯÚàÚÛÌÔȯ 

 Methodological challenges ɬ where the lack of a specific framework and 

language for provision of real -world evidence leads to under -generation and 

under -acceptance. 

 Procedural challenges ɬ where the pre-reimbursement process is not 

conducive to the generation of real-world evidence for inclusion in HTA 

submissions130 

6.93 (ÛɯÕÖÛÌËɯÛÏÈÛɯÛÏÌÙÌɯÐÚɯÈɯȿÊÖÔ×ÈÙÈÛÐÝÌÓàɯÓÖÞɯÈÉÐÓÐÛàɯÐÕɯ ÜÚÛÙÈÓÐÈɯÛÖɯÓÐÕÒɯËÈÛÈÚÌÛÚɯ

ȹÊÖÔ×ÈÙÌËɯÞÐÛÏɯÛÏÌɯÙÌÚÛɯÖÍɯÛÏÌɯÞÖÙÓËȺȭɀɯ(ÛɯÕÖÛÌd that patients expect more use 

 
128 Department of Health, Submission 15.3, p. 4.  

129 Takeda, Submission 66, p. 4. 

130 Medicines Australia, Submission 141, p. 35.  
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of RWE in HTA than currently occurs, and highlighted the importance of 

including Patient Reported Outcome Measures (PROMs) in such evidence. 

6.94 (ÕɯÛÏÌɯÊÖÕÛÌßÛɯÖÍɯÈɯËÐÚÊÜÚÚÐÖÕɯÖÍɯÛÏÌɯ/! "ɀÚɯÈ××ÙÖÈÊÏɯÛÖɯÈÚÚÌÚÚÐÕÎɯÔÌËÐÊÐÕÌÚɯ

for rare paediatric diseases, the Luminesce Alliance explained that: 

ȱÛÏÌÙÌɯÐÚɯÈÕɯÖ××ÖÙÛÜÕÐÛàɯÛÖɯÊÏÈÕÎÌɯÛÏÌɯÖÕÜÚɯÖÍɯÈ××ÙÖÝÈÓɯÛÖɯÐÕÊÓÜËÌɯËÐÍÍÌÙÌÕÛɯ

levels of evidence required for approval, such as the inclusion of real world 

evidence outside the gold standard of randomised controlled trials, such as 

observation in clinical practice and the use of clinical quality registries for a 

staged approval of drugs for paediatric indications. 131 

6.95 It called for better collection of data on compassionate access schemes - 

under which pharmaceutical companies provide their medicines to patients 

for free in certain circumstances, such as before reimbursement132 - in order 

to generate more RWE, including through use of registries.133 Both these 

×ÖÐÕÛÚɯÞÌÙÌɯÌÊÏÖÌËɯÉàɯÛÏÌɯ"ÏÐÓËÙÌÕɀÚɯ"ÈÕÊÌÙɯ(ÕÚÛÐÛÜÛÌȮɯÖÕÌɯÖÍɯÛÏÌɯ ÓÓÐÈÕÊÌɀÚɯ

members.134 

6.96 The Australasian Leukaemia and Lymphoma Group and Haematology 

2ÖÊÐÌÛàɯÖÍɯ ÜÚÛÙÈÓÐÈɯÈÕËɯ-ÌÞɯ9ÌÈÓÈÕËɯÙÌÊÖÔÔÌÕËÌËɯÈɯȿÊÖÔÔÐÛÔÌÕÛɯÛÖɯÍÜÓÓàɯ

mobilise real-worÓËɯËÈÛÈɯ×ÙÖÎÙÈÔÚɀɯÍÖÙɯ'3 ɯ×ÜÙ×ÖÚÌÚɯÛÏÙÖÜÎÏɯÉÌÛÛÌÙɯËÈÛÈɯ

ÊÖÓÓÌÊÛÐÖÕȮɯ×ÈÙÛÐÊÜÓÈÙÓàɯȿÐÕÊÙÌÈÚÌËɯÍÖÊÜÚɯÈÕËɯÍÜÕËÐÕÎɀɯÍÖÙɯȿÊÓÐÕÐÊÈÓɯØÜÈÓÐÛàɯ

ÙÌÎÐÚÛÙÐÌÚȭɀ135 

6.97 1ÖÊÏÌɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯȿÛÏÌÙÌɯÏÈÚɯÉÌÌÕɯÈɯÎÙÖÞÐÕÎɯÙÌÊÖÎÕÐÛÐÖÕɯÖÍɯÛÏÌɯÝÈÓÜÌɯÖÍɯ

RWE in making regulatory and reimbursement decisions, but the way in 

ÞÏÐÊÏɯ16$ɯÐÚɯÉÌÐÕÎɯÜÚÌËɯÐÕɯÛÏÌÚÌɯ×ÙÖÊÌÚÚÌÚɯÐÚɯÜÕÊÓÌÈÙȭɀɯ(ÛɯÌß×ÓÈÐÕÌËɯÛÏÈÛɯÛÏÌɯ

ability to capture RWE is growing thanks to technological advances, and 

that this growth offers increased opportunities for it to be used to mitigate 

uncertainty in assessment of therapies for small patient populations, as well 

as to assess repurposed medicines better. It noted the importance of 

ÐÔ×ÙÖÝÐÕÎɯȿËÈÛÈɯÐÕÍÙÈÚÛÙÜÊÛÜÙÌɀɯÍÖÙɯÛÏÌɯ×ÖÛÌÕÛÐÈÓɯÖÍɯ16$ɯÛÖɯÉÌɯÍÜÓÍÐÓÓÌËȭ136 

6.98 Sanofi recommendÌËɯÛÏÌɯËÌÝÌÓÖ×ÔÌÕÛɯÖÍɯȿÊÓÌÈÙɯÈÕËɯÔÖÙÌɯÐÕÊÓÜÚÐÝÌɯ

processes, including the acceptability of several sources of scientific 

 
131 Luminesce Alliance, Submission 32, p. 21.  

132 Medicines Australia, Submission 141, p. 12. 

133 Luminesce Alliance, Submission 32, p. 21. 

134 "ÏÐÓËÙÌÕɀÚɯ"ÈÕÊÌÙɯ(ÕÚÛÐÛÜÛÌȮɯ2ÜÉÔÐÚÚÐÖÕɯƜƘȮɯ×ȭɯȻƗȼȭɯ 

135 ALLG and HSANZ, Submission 112, p. [7]. 

136 Roche, Submission 92, pages 19-20.  
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evidence, such as [RWE] to capture the value for patients and their 

ÍÈÔÐÓÐÌÚȭɀ137 -ÖÝÈÙÛÐÚɯÚÐÔÐÓÈÙÓàɯÈÚÒÌËɯÍÖÙɯȿÈɯÊÖÕÚÐÚÛÌÕÛɯÈ××ÙÖÈÊÏȮɯÚÜpported 

by Government, for the generation of [RWE] via registries to address 

ÌÝÐËÌÕÊÌɯÎÈ×ÚɯÐÕɯÌÊÖÕÖÔÐÊɯÌÝÈÓÜÈÛÐÖÕÚȭɀ138 AbbVie submitted that :  

ȱÞÏÌÕɯÜÕÔÌÛɯÔÌËÐÊÈÓɯÕÌÌËɯÐÚɯÏÐÎÏɯÈÕËɯÞÏÌÙÌɯÙÈÕËÖÔÐÚÈÛÐÖÕɯÐÚɯÕÖÛɯÌÛÏÐÊÈÓɯÖÙɯ

feasible, other options such as [RWE] could be a viable option to provide 

pivotal evidence of the benefit of new medications. Fit for purpose HTA 

processes which allow more flexible evidentiary requirements which take into 

account the clinical and ethical complexity will need to be developed. 139 

6.99 !,2ɯÕÖÛÌËɯÛÏÈÛɯ'3 ɯÉÖËÐÌÚɯÐÕɯÛÏÌɯ4*ɯȹ-("$ȺɯÈÕËɯ"ÈÕÈËÈɯÏÈÝÌɯȿÚÐÎÕÈÓÓÌËɯ

ÛÏÌÐÙɯÐÕÛÌÕÛɯÛÖɯÍÖÙÔÈÓÓàɯÐÕÊÖÙ×ÖÙÈÛÌɯ16$ɯÐÕÛÖɯ'3 ɯÎÜÐËÈÕÊÌȭɀɯ(ÛɯÚÛÈÛÌËɯÛÏÈÛȯɯ 

PBAC and MSAC do currently consider RWE in evaluating medicines and 

RWE is referred to in the HTA Gui delines for both agencies. The guidelines do 

not, however, give sufficient details about how RWE will be considered. 

Further guidance would provide greater clarity to sponsors. 140 

6.100 It suggested the guidelines should address the same matters NICE is 

conÚÐËÌÙÐÕÎȮɯÕÈÔÌÓàɯÛà×ÌÚɯÖÍɯ16$ɯÈÊÊÌ×ÛÌËȮɯÙÌØÜÐÙÌËɯØÜÈÓÐÛàɯÈÕËɯȿËÌÛÈÐÓÌËɯ

methodological framework for best practice for consideration and use of 

ËÈÛÈɯÈÕÈÓàÛÐÊÚȭɀ141 

6.101 4"!ɯÊÈÓÓÌËɯÍÖÙɯÔÖÙÌɯÜÚÌɯÖÍɯ16$ɯÐÕɯÈÚÚÌÚÚÔÌÕÛɯÖÍɯȿËÙÜÎɯËÌÝÐÊÌɯÔÌÊÏÈÕÐÚÔÚɀɯ

(that is, a form of combination therapy). 142 MCIA advocated for the use of 

ÉÖÛÏɯȿÐÕÊÓÜÚÐÖÕɯÖÍɯÓÈÙÎÌ-ÚÊÈÓÌɯÖÉÚÌÙÝÈÛÐÖÕÈÓɯÚÛÜËÐÌÚɯÈÚɯÚÜ××ÖÙÛÐÕÎɯÌÝÐËÌÕÊÌɀɯ

ÈÕËɯȿÈÓÓÖÞÐÕÎɯÛÏÌɯÜÚÌɯÖÍɯÛÏÌɯ3& ɀÚɯ2 2ɯËÈÛÈɯÈÚɯÈÕɯÖÉÚÌÙÝÈÛÐÖÕÈÓɯÐÕÚÛÙÜÔÌÕÛɀɯ

in assessment of medicinal cannabis products.143  ÓÌßÐÖÕɯÈÙÎÜÌËɯÛÏÈÛɯȿÛÏÌÙÌɯ

ÐÚɯÈɯÕÌÌËɯÛÖɯËÌÝÌÓÖ×ɯËÌÛÈÐÓÌËɯÈÕËɯÛÙÈÕÚ×ÈÙÌÕÛɯÌß×ÓÈÕÈÛÖÙàɯÕÖÛÌÚɀɯÍÖÙɯÛÏÌɯ

+2#/ɀÚɯÌÓÐÎÐÉÐÓÐÛàɯÊÙÐÛÌÙÐÈɯÛÖɯȿÈÓÓÖÞɯÛÏÌɯÊÖÔ×ÈÕàɯÛÖɯÔÈÒÌɯÈɯÔÖÙÌɯÈÊÊÜÙÈÛÌɯ

ÈÚÚÌÚÚÔÌÕÛɯÖÍɯȻ16$ȼɯÕÌÌËÚȭɀ144 

 
137 Sanofi, Submission 99, p. 3. 

138 Novartis, Submission 138, p. [11].  

139 AbbVie, Submission 180, p. [4].  

140 BMS, Submission 118, p. [21]. 

141 BMS, Submission 118, p. [21].  

142 UCB, Submission 74, p. 3. 

143 MCIA, Submission 75, p. 3. 

144 Alexion, Submission 30, p. 9. 
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6.102 The MUCHE, while supportive of a role for RWE in the context of 

×ÙÖÝÐÚÐÖÕÈÓɯÈÊÊÌÚÚȮɯÊÖÔÔÌÕÛÌËɯÛÏÈÛɯȿÐÛɯÚÏÖÜÓËɯÉÌɯÕÖÛÌËɯÛÏÈÛɯȻÙÈÕËÖÔÐÚÌËɯ

controlled trials] are considered to be the gold standard, and real world, 

ÖÉÚÌÙÝÈÛÐÖÕÈÓɯËÈÛÈɯÐÚɯÖÍÛÌÕɯÚÜÉÑÌÊÛɯÛÖɯÊÖÕÍÖÜÕËÐÕÎȭɀ145 

The valuation process  

A broader concept of value  

6.103 The valuation process was of particular interest to industry. Better Access 

submitted that value should be ascribed to factors such as economic 

×ÙÖËÜÊÛÐÝÐÛàȮɯÞÖÙÒÍÖÙÊÌɯ×ÈÙÛÐÊÐ×ÈÛÐÖÕȮɯȿÈɯÚÌÕÚÌɯÖÍɯÚÌÓÍɀɯÈÕËɯȿÈɯÚÌÕÚÌɯÖÍɯ

confidence and Ö××ÖÙÛÜÕÐÛàȭɀ146 It suggested it was telling that the 

Government has bypassed the HTA process entirely in its funding decisions 

regarding COVID -19 vaccines, particularly in regard to how that process 

values other vaccines.147 

6.104 The AHHA noted:  

To demonstrate value, health technology assessments must also include 

consideration of equity. Are the right patients receiving the right treatment? 

Value is only achieved across the whole health system if everyone that needs it 

can access it.148 

6.105 Viiv Healthcare Australia (Viiv) similarly argued that the current approach:  

ȱËÖÌÚÕɀÛɯÙÌÊÖÎÕÐÚÌɯÛÏÈÛɯÚÖÔÌɯÐÕËÐÝÐËÜÈÓɯÊÖÕÚÜÔÌÙÚɯÔÈàɯÏÈÝÌɯÉÌÛÛÌÙɯÖÙɯÞÖÙÚÌɯ

outcomes from medicines that are considered clinically equivalent on average 

across the whole target. For example, a patient may have side effects from the 

old medicine but not from the new one. So, patient choice is also important at 

a personalised level.149 

6.106 STA provided one of the most concise comments on this issue, proposing the 

ÐÕÛÙÖËÜÊÛÐÖÕɯÖÍɯȿÕÌÞ objectives for subsidy processes aligned to patient 

ÕÌÌËȭɀ150 

 
145 MUCHE, Submission 62, p. 11. 

146 Better Access, Submission 160, p. 22.  

147 Better Access, Submission 160, p. 21. 

148 AHHA, Submission 68, p. 2. 

149 Viiv Healthcare Australia (Viiv), Submission 80, p. 7.  

150  STA, Submission 7, p. 6. 
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6.107 ,ÌËÐÊÐÕÌÚɯ ÜÚÛÙÈÓÐÈɯÈÙÎÜÌËɯÛÏÈÛɯȿÛÏÌɯÊÜÙÙÌÕÛɯ/! "ɯÌÝÈÓÜÈÛÐÖÕɯÖÍɯÔÌËÐÊÐÕÌÚȮɯ

inadequately considers the evaluation of social and economic impacts of a 

×ÈÙÛÐÊÜÓÈÙɯÔÌËÐÊÐÕÌɯÖÙɯÐÕÛÌÙÝÌÕÛÐÖÕȭɀɯ(ÛɯÊÓÈÐÔÌËɯÛÏÈÛɯȿÛÏÌÙÌɯÈÙÌɯÝÈÓÐËÈÛÌËɯ

methodologies for assessing many of the key determinants of success, used 

ÖÍÛÌÕɯÈÕËɯÞÐÛÏɯÜÚÌÍÜÓɯÊÖÕÛÌßÛɯÐÕɯÖÛÏÌÙɯÈÙÌÈÚɯÖÍɯÏÌÈÓÛÏɯÈÕËɯÚÖÊÐÈÓɯÙÌÚÌÈÙÊÏȮɀɯ

citing studies on the valuation of treatments for osteoarthritis and 

haemophilia. 151 It suggested that the problems with the current system are 

×ÈÙÛÐÊÜÓÈÙÓàɯÈÊÜÛÌɯÍÖÙɯÝÈÊÊÐÕÌÚȮɯȿ×ÙÌÝÌÕÛÈÛÐÝÌɯÔÌËÐÊÐÕÌɯÈ××ÙÖÈÊÏÌÚɀɯÈÕËɯ

other therapies with particularly long -term benefits. 

6.108 In its submission Eli Lilly Australia (Eli Lilly) asserted there is a problem 

ÞÐÛÏɯÛÏÌɯÝÈÓÜÈÛÐÖÕɯÖÍɯȿÐÕÕÖÝÈÛÐÝÌɯÔÌËÐÊÐÕÌÚȮɀɯÈÕËɯÔÈËÌɯÛÞÖɯ

recommendations to address this: 

 Development of a more comprehensive assessment of value when it comes 

to innovative medicines that takes into account the second-round effects of 

keeping people well and productive members of society.  

 Inclusion of a data-based matrix that considers and measures the long-term 

benefits of listing innovative medicines on the PBS. Data should include not 

just dollar savings to the health system more broadly, but also the financial 

and associated socioeconomic benefits of improved workforce productivity 

and reducing disability. 152  

6.109 1ÖÊÏÌɯÓÐÒÌÞÐÚÌɯÈÙÎÜÌËɯÛÏÈÛȮɯ×ÈÙÛÐÊÜÓÈÙÓàɯÐÕɯÍÈÊÌɯÖÍɯȿÕÌÞɯ×ÙÌÊÐÚÐÖÕɯÔÌËÐÊÐÕÌɯ

ÛÌÊÏÕÖÓÖÎÐÌÚȮɀɯȿÉÙÖÈËÌÙɯËÐÔÌÕÚÐÖÕÚ of value, including societal value, need 

ÛÖɯÉÌɯÐÕÊÓÜËÌËȮɯÈÕËɯÌÕÊÖÜÙÈÎÌËȮɯÐÕɯÈÚÚÌÚÚÔÌÕÛÚɯÍÖÙɯÙÌÐÔÉÜÙÚÌÔÌÕÛȭɀ153 It 

went on to explain:  

While both the MSAC and PBAC Guidelines state that they do consider the 

value of societal outcomes, they do not do so in a quantitative manner - i.e 

societal outcomes are not included in the cost-effectiveness calculation. It 

would be valuable for the Government to provide transparency and clarity 

 
151 Medicines Australia, Submission 141, pages 33-ƗƘȮɯƗƝȮɯÊÐÛÐÕÎɯ#ɯ2ÊÏÖÍÐÌÓËɯÌÛɯÈÓȭȮɯȿ,ÌÈÚÜÙÐÕÎɯÓabour 

×ÙÖËÜÊÛÐÝÐÛàɯÈÕËɯÛÏÌɯÉÌÕÌÍÐÛÚɯɯÖÍɯÐÕÛÌÙÝÌÕÛÐÖÕÚɯÍÖÙɯÖÚÛÌÖÈÙÛÏÙÐÛÐÚɯȿȮɯ/ÙÖÑÌÊÛɯÙÌ×ÖÙÛɯÍÖÙɯ,ÌËÐÊÐÕÌÚɯ

Australia, Sydney, September 2016, www.medicinesaustralia.com.au/wp -

content/uploads/2020/11/20160905-rpt -FINAL -Schofield-OA_productivity -final -report.p df 

ȮɯÝÐÌÞÌËɯƕƜɯ.ÊÛÖÉÌÙɯƖƔƖƕȰɯÈÕËɯ+ɯ!ÙÖÞÕɯÌÛɯÈÓȭȮɯȿ3ÏÌɯÚÖÊÐÌÛÈÓɯÉÜÙËÌÕɯÖÍɯÏÈÌÔÖ×ÏÐÓÐÈɯ ȭɯ(((ɯ- the 

×ÖÛÌÕÛÐÈÓɯÐÔ×ÈÊÛɯÖÍɯÌÔÐÊÐáÜÔÈÉɯÖÕɯÊÖÚÛÚɯÖÍɯÏÈÌÔÖ×ÏÐÓÐÈɯ ɯÐÕɯ ÜÚÛÙÈÓÐÈɀȮɯHaemophilia, August 

2020. 

152 Eli Lilly, Submission 140, p. [4].  

153 Roche, Submission 92, p. 18. 

http://www.medicinesaustralia.com.au/wp-content/uploads/2020/11/20160905-rpt-FINAL-Schofield-OA_productivity-final-report.pdf
http://www.medicinesaustralia.com.au/wp-content/uploads/2020/11/20160905-rpt-FINAL-Schofield-OA_productivity-final-report.pdf
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around how opportunities for more formal inclusion of societal benefits in 

cost-effectiveness calculations can be undertaken.154 

6.110 Johnson & Johnson was also critical of the view of value taken by both the 

/! "ɯÈÕËɯ,2 "ȮɯÞÏÐÊÏɯÐÛɯËÌÚÊÙÐÉÌËɯÈÚɯȿÕÈÙÙÖÞȭɀ155 It recommended 

ȿÎÙÌÈÛÌÙɯÙÌÊÖÎÕÐÛÐÖÕɀɯÐÕɯÛÏÌɯ&ÜÐËÌÓÐÕÌÚɯȿÖÍɯÚÖÊÐÌÛÈÓɯÝÈÓÜÌɯÛÖɯreflect the overall 

benefit to the Australian Government and the Australian people of new and 

ÐÕÕÖÝÈÛÐÝÌɯÛÏÌÙÈ×ÐÌÚȮɀɯÈÚɯÞÌÓÓɯÈÚɯȿÊÖÕÚÐËÌÙÈÛÐÖÕɯÖÍɯÓÌÝÌÙÈÎÐÕÎɯÐÕÕÖÝÈÛÐÝÌɯ

ÐÕÛÌÙÕÈÛÐÖÕÈÓɯÈÚÚÌÚÚÔÌÕÛɯÔÖËÌÓȱÚÜÊÏɯÈÚɯÈɯ5ÈÓÜÌɯ ××ÙÈÐÚÈÓɯ2àÚÛÌÔɯÖÙɯ

Multi -Criteria Decision Analysis tool designed specifically for the Australian 

ÌÕÝÐÙÖÕÔÌÕÛȭɀ156 

6.111 UCB raised the valuation of innovation in a more specific context, the 

ÝÈÓÜÈÛÐÖÕɯÖÍɯȿËÙÜÎɯËÌÝÐÊÌɯÔÌÊÏÈÕÐÚÔÚȮɀɯÚÛÈÛÐÕÎɯÐÛɯÞÐÚÏÌËɯÛÖɯÚÌÌɯȿÈɯ

broadening of the criteria (e.g. acceptance of real-world data) for the cost 

effectiveness assessment of drug device mechanisms, to appropriately 

ÙÌÊÖÎÕÐÚÌɯÛÏÌɯÝÈÓÜÌɯÖÍɯÛÏÌɯËÌÓÐÝÌÙàɯËÌÝÐÊÌɯÛÖɯÛÏÌɯÏÖÓÐÚÛÐÊɯÛÙÌÈÛÔÌÕÛȭɀ157 MSD 

ÓÐÒÌÞÐÚÌɯÈÙÎÜÌËɯÛÏÌɯÊÜÙÙÌÕÛɯÚàÚÛÌÔɯËÖÌÚɯÕÖÛɯȿÈ××ÙÖ×ÙÐÈÛÌÓàɯÝÈÓÜÌɀɯËÐÈÎÕostic 

devices.158 The ACvA argued that:  

Widespread adoption of digital health technologies is inhibited by the lack of a 

coordinated framework for assessing the value of digital technologies and 

incorporating such value assessments into reimbursement mechanisms.159 

6.112 Some submitters focused particularly on the question of valuing products 

ÍÖÙɯÙÈÙÌɯËÐÚÌÈÚÌÚȭɯ"2+ɯ!ÌÏÙÐÕÎȮɯÍÖÙɯÌßÈÔ×ÓÌȮɯÊÈÓÓÌËɯÍÖÙɯȿÈÓÓÖÞÐÕÎɯÈɯÉÙÖÈËÌÙɯ

ÊÖÕÚÐËÌÙÈÛÐÖÕɯÖÍɯÝÈÓÜÌɀɯÍÖÙɯÉÓÖÖËɯ×ÙÖËÜÊÛÚɯÈÕËɯÛÏÌÙÈ×ÐÌÚɯÍÖÙɯÙÈÙÌɯËÐÚÌÈÚÌÚȭ160 

6.113 Alexion Pharmaceuticals made the following point:  

There is a need when considering the value of medicines for rare diseases to 

consider matters beyond cost-effectiveness such as these broader societal 

impacts i.e. impact on carers, broader community care and economic costs. A 

fit for purpose process to assess rare disease treatment should also consider 

 
154 Roche, Submission 92, p. 19.  

155 Johnson & Johnson, Submission 134, p. 10. 

156 Johnson & Johnson, Submission 134, p. 13. 

157 UCB, Submission 74, p. 3.  

158 MSD, Submission 63, Appendix A, p. 2.  

159 ACvA, Submission 76, p. 11.  

160 CSL Behring, Submission 145, p. 15. 
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the use of multi -criteria decision-making (MCDM) to incorporate all relevant 

elements of the rare disease treatment value into a funding decision. Any 

future mo dification to the review system for rare disease treatment should 

limit the use of cost-effective ratios to allow broader assessment of value for 

pragmatic decision-making or allow for more flexibility in dealing with 

uncertainty. 161 

6.114 In contrast to the focus of many submitters on rare diseases, the Australian 

and New Zealand Headache Society commented that the PBAC is rejecting 

ÔÐÎÙÈÐÕÌɯÔÌËÐÊÈÛÐÖÕÚɯÖÕɯÊÖÚÛɯÌÍÍÌÊÛÐÝÌÕÌÚÚɯÎÙÖÜÕËÚɯÞÏÌÕɯȿÛÏÌɯÚÈÔÌɯ

pharmaceutical companies succeed in approval for similar med ications at 

ÔÜÊÏɯÎÙÌÈÛÌÙɯÐÕËÐÝÐËÜÈÓɯÊÖÚÛÚɯÍÖÙɯÙÈÙÌɯËÐÚÌÈÚÌÚȭɀɯ(ÛɯÙÌÊÖÔÔÌÕËÌËɯÛÏÈÛȯ 

ȱÍÖÙɯÊÖÔÔÖÕɯÊÖÕËÐÛÐÖÕÚɯÚÜÊÏɯÈÚɯÔÐÎÙÈÐÕÌȮɯÛÏÌɯÉÙÖÈËɯÌÊÖÕÖÔÐÊɯÉÌÕÌÍÐÛÚɯÖÍɯ

treatments under consideration such as productivity, avoidance of 

absenteeism and ability to engage in the workforce or in productive but 

unpaid domestic and community activities be given greater emphasis by 

PBAC.162 

6.115 3ÏÌɯÚÌÕÛÐÔÌÕÛɯÞÈÚɯÌÊÏÖÌËɯÉàɯ+$.ɯ/ÏÈÙÔÈȮɯÞÏÐÊÏɯÚÛÈÛÌËɯȿÕÖÛɯÈÓÓɯËÐÚÌÈÚÌÚɯÈÙÌɯ

ÝÐÌÞÌËɯÌØÜÈÓÓàɯÉàɯÛÏÌɯ/!2ȱȭÛÏÐÚɯÏÈÚɯÉÌÌÕɯ×ÈÙÛÐÊÜÓÈÙÓàɯÖÉÝÐÖÜs in the space 

ÖÍɯËÌÙÔÈÛÖÓÖÎàȱÞÏÌÙÌɯÛÏÌɯÚÖÊÐÌÛÈÓɯÈÕËɯÌÊÖÕÖÔÐÊɯÊÖÕÛÙÐÉÜÛÐÖÕÚɯÈɯÛÙÌÈÛÌËɯ

×ÈÛÐÌÕÛÚɯÊÈÕɯÈËËɯÈÙÌɯÖÍÛÌÕɯÖÝÌÙÓÖÖÒÌËȭɀ163 It argued that better horizon -

ÚÊÈÕÕÐÕÎɯÞÖÜÓËɯÔÈÒÌɯÛÏÌɯ/! "ɯȿÉÌÛÛÌÙɯÌØÜÐ××ÌËɯÛÖɯÈÚÚÌÚÚɯÛÏÌɯÝÈÓÜÌɯÖÍɯÕÌÞɯ

and innovative medicines ÍÖÙɯ ÜÚÛÙÈÓÐÈÕÚȭɀ164 

6.116 MSD did not raise the issue of rare versus common diseases, but submitted 

that: 

The assessment of treatment value must be kept separate and apart from 

considerations of affordability. Accepting budget impact as a component of 

treatment value wrongly suggests that curtailing pharmaceutical spending 

will solve system affordability issues and ignores the existence of numerous 

inefficiencies throughout health systems. 165 

Valuing future benefits and vaccines  

 
161 Alexion, Submission 30, p. 9. 

162 Australian and New Zealand Headache Society, Submission 115, p. [2].  

163 LEO Pharma, Submission 202, p. 2.  

164 LEO Pharma, Submission 202, p. 5. 

165 MSD, Submission 63, Appendix A, p. 4.  
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6.117 One particular criticis m that submitters had of the current valuation system 

was its approach to valuing longer -term benefits. Mr Ian Noble, Director, 

Value, Access and Policy, Amgen, explained the problem as follows: 

In an economic evaluation you model things out into the futur e and you have 

ÈɯËÐÚÊÖÜÕÛɯÙÈÛÌɯÞÏÐÊÏɯàÖÜɯÈ××ÓàȮɯÉÌÊÈÜÚÌɯÝÈÓÜÌÚɯÐÕɯƕƔɯàÌÈÙÚɀɯÛÐÔÌɯÈÙÌÕɅÛɯÛÏÌɯ

same as values now; it's like interest rate. In Australia, we have a five per cent 

discount rate. At five per cent every year, by 10 years you've discounted the 

benefits quite a lot. For a medicine like a gene therapy or a vaccine, where all 

the cost is today but the benefit is over the lifetime for those children, you're 

discounting all their benefits away, then you're looking at the costs 

undiscounted. I know that in the UK and Canada they're looking at three per 

cent and 1½ per cent discount rates. Why we've got five per cent in these 

modern times I do not know at all. That's a practical thing that has a massive 

impact on those sorts of technologies.166 

6.118 Novart is similarly noted that:  

The current HTA evaluation process is limited in its ability to allocate value to 

single-use products with the potential for long -term patient benefit given the 

ÊÖÕÚÛÙÈÐÕÛÚɯÖÍɯÌÝÈÓÜÈÛÐÕÎɯÊÖÚÛÚɯÈÕËɯÉÌÕÌÍÐÛÚɯÞÐÛÏÐÕɯÛÏÌɯȿÏÌÈÓÛÏɯÊÈÙÌɀɯbudget 

only and heavily discounting future benefits to patients. 167 

6.119 Medicines Australia said of the current approach:  

The resultant impact on pricing is that it may not accurately reflect a 

ÛÙÌÈÛÔÌÕÛɀÚɯÝÈÓÜÌȭɯ*ÌàɯÌßÈÔ×ÓÌÚɯÐÕÊÓÜËÌɯÝÈÊÊÐÕÌÚɯÈÕËɯother preventative 

medicines approaches, where the outcome may be distant to the intervention. 

There are simple means to address these issues methodologically, even 

adjusting discount rates in economic modelling; the system ought to be 

sufficiently flexibl e to ensure accurate and appropriate valuation. 

The issue of appropriate valuation is particularly acute where the value of 

health benefits and healthcare savings accrue over many years. Future benefits 

ÈÕËɯÊÖÚÛÚɯÈÙÌɯËÐÚÊÖÜÕÛÌËɯÛÖɯÙÌÍÓÌÊÛɯÚÖÊÐÌÛàɀÚɯÛÐÔÌɯ×Ùeference for benefits now 

over benefits in the future or the cost of capital. Australia appears to apply one 

of the highest discount rates in the world to the assessment of future 

healthcare benefits and costs.168 

6.120 It illustrated the effect the differe nce in discount rates makes with the 

ÌßÈÔ×ÓÌɯÖÍɯÈɯÛÙÌÈÛÔÌÕÛɯȿ×ÙÌÝÌÕÛÐÕÎɯÈɯËÌÈÛÏɯÐÕɯÈɯÊÏÐÓËɯÞÐÛÏɯÈɯÓÐÍÌ-expectancy 

 
166 Committee Hansard, Sydney, 12 March 2021, p. 21. 

167 Novartis, Submission 138, p. [12].  

168 Medicines Australia, Submission 141, p. 33. 



146 
 

 

ÖÍɯƜƔɯàÌÈÙÚȯɀɯ ÜÚÛÙÈÓÐÈɯÞÖÜÓËɯÝÈÓÜÌɯÛÏÐÚɯÈÛɯƖƔȭƙɯÓÐÍÌɯàÌÈÙÚȮɯÊÖÔ×ÈÙÌËɯÛÖɯÛÏÌɯ

UK and New Zealand at 27.7 life years and Canada at 47 life years. It 

concluded: 

[a]t a time when healthcare systems worldwide are calling for a rebalance of 

ÌÍÍÖÙÛɯÛÖÞÈÙËÚɯ×ÙÌÝÌÕÛÐÖÕȮɯ ÜÚÛÙÈÓÐÈɀÚɯËÐÚÊÖÜÕÛɯÙÈÛÌɯÙÐÚÒÚɯ×ÜÓÓÐÕÎɯÙÌÚÖÜÙÊÌɯ

allocation in precisely the opposite direction. 169 

6.121 MSD submitted that a study has shown the PBAC to underestimate survival 

ÉÌÕÌÍÐÛÚɯÈÕËɯÛÏÈÛɯȿÛÏÌɯÜÕËÌÙÌÚÛÐÔÈÛÐÖÕɯÖÍɯÚÜÙÝÐÝÈÓɯÉÌÕÌÍÐÛÚɯÈÕËɯÛÏÌɯÙÌÓÈÛÐÝÌÓàɯ

short time horizon preferred by the PBAC for economic analyses suggest 

that that the value of medicines with longer -term benefits may be 

ÜÕËÌÙÌÚÛÐÔÈÛÌËȭɀ170 It argued that there are four problems with how vaccines 

in particular are valued: the high discount rate for future benefits; the 

ÕÈÙÙÖÞɯȿÏÌÈÓÛÏÊÈÙÌɯÚàÚÛÌÔɯ×ÌÙÚ×ÌÊÛÐÝÌɀɯÜÚÌËɯÐÕɯÈÚÚÌÚÚÔÌÕÛɯÖÍɯÊÖÚÛÚɯÈÕËɯ

benefits (discussed in the previous section); a low tolerance for uncertainty; 

ÈÕËɯȿÛÏÌɯÓÖÞÌÙɯÊÖÚÛ-effectiveness threshold (willingness to pay per unit of 

health gained) applied for preventive interventions like vaccines as 

ÊÖÔ×ÈÙÌËɯÛÖɯÛÏÌÙÈ×ÌÜÛÐÊɯÔÌËÐÊÐÕÌÚȭɀ171 It suggested that none of these issues 

ÐÚɯÜÕÚÖÓÝÈÉÓÌȮɯÈÕËɯ×ÙÖ×ÖÚÌËɯȿÌÚÛÈÉÓÐÚÏÐÕÎɯ×ÈÛÏÞÈàÚɯÍÖÙɯÝÈÊÊÐÕÌÚɯÛÖɯÔÈÒÌɯ

ÛÏÌÔɯÈÊÊÌÚÚÐÉÓÌɯÍÖÙɯ×ÜÉÓÐÊɯÏÌÈÓÛÏɯÐÚÚÜÌÚɯÞÐÛÏɯÏÐÎÏɯÜÕÔÌÛɯÕÌÌËȭɀ172 

6.122 Pfizer echoed these concerns, and similarly identified the high discount rate, 

ÛÏÌɯȿÕÈÙÙÖÞɯÈÚÚÌÚÚÔÌÕÛɯÚÊÖ×ÌɀɯÈÕËɯȿÛÏÌɯÓÖÞÌÙɯÊÖÚÛ-effectiveness threshold 

applied for preventative interventions like vaccines as compared to 

ÛÏÌÙÈ×ÌÜÛÐÊɯÔÌËÐÊÐÕÌÚȭɀ173 It recommended applying a lower discount rate, 

using a broader perspective on costs and benefits and removing the cost-

effectiveness disadvantage.174 Ms Anne Harris, Country Manager, Pfizer, 

told the Committee:  

ȱÍÖÙɯÝÈÊÊÐÕÌÚȮɯÐÕɯ×ÈÙÛÐÊÜÓÈÙȮɯÞÌɯËÖɯÏÈÝÌɯÚÖÔÌɯÊÏÈÓÓÌÕÎÌÚɯÊÜÙÙÌÕÛÓàɯÞÐÛÏɯÛÏÌɯ

process for vaccine evaluation. We know vaccines have a huge public health 

benefit, but it does take time for those benefits to come through. The current 

 
169 Medicines Australia, Submission 141, p. 35. 

170 MSD, Submission 63, Appendix A, p. 2, citing *ɯ/ÏÈÕɯ*ȭɯÌÛɯÈÓȭȮȿ"ÖÔ×ÈÙÐÚÖÕɯÖÍɯÓÖÕÎ-term overall 

survival with extrapolated overall survival for pembrolizumab assessed by Australian 

ÙÌÐÔÉÜÙÚÌÔÌÕÛɯÈÜÛÏÖÙÐÛÐÌÚɀȮɯISPOR Asia, 14-16 Sept 2020. 

171 MSD, Submission 63, Appendix C, pages [1]ɬ[2].  

172 MSD, Submission 63, Appendix C, p. [1]. 

173 Pfizer, Submission 137, p. [5].   

174 Pfizer, Submission 137, p. [6].  
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system devaluesɭthe benefit upfront is valued more than the benefit later on. 

As you say, there are these broader benefits. I would say that one example 

would be meningococcal B vaccines. We have struggled to get that through 

evaluation, not just with Pfizer, but across the industry. There've been several 

attempts, but it has not been able to be demonstrated, to get a positive 

recommendation. If there were an approach which truly valued preventative 

treatments differently to how they are valued against medicines, we would be 

able to have further access.175 

6.123 Ms Harris noted that the assessment process is longer and more expensive 

for vaccines than for therapeutic medicines, as they must be assessed by the 

ATAGI before going to the PBAC, which requires a separate submission and 

$180,000 fee, and must go through a tender process after approval by the 

PBAC.176 

6.124 Ms Vanessa Xavier, Head, Market Access, Australia and New Zealand, 

Sanofi told the Committee: 

ȱÞÐÛÏɯÈɯÝÈÊÊÐÕÌȮɯÐÛɯÐÚɯÕÖÛɯ×ÖÚÚÐÉÓÌɯÛÖɯÊÖÕËÜÊÛɯÈɯÊÓÐÕÐÊÈÓɯÛÙÐÈÓɯÛÏÈÛɯÞÐÓÓɯÊÈ×ÛÜÙÌɯ

every potential benefit of that vaccine. If we look at influenza specifically, 

ÛÏÌÙÌɅÚɯÚÖÔÌÛÏÐÕÎɯÊÈÓÓÌËɯÚÌÈÚÖÕÈÓɯÝÈÙÐÈÛÐÖÕȱȭ.ÜÙɯÙÌÊÌÕÛɯÌß×ÌÙÐÌnce with flu 

ÝÈÊÊÐÕÈÛÐÖÕɯÞÈÚɯÛÏÈÛɯÞÌɯÚÜÉÔÐÛÛÌËɯƕƚɯàÌÈÙÚɀɯÞÖÙÛÏɯÖÍɯÚÌÈÚÖÕÈÓɯËÈÛÈɯÛÖɯÚÏÖÞɯ

that, on average, the vaccine was highly cost effective. But, during the 

evaluation process, the focus was on, 'Okay, what is that one year in 14 where 

you're not matched and your efficacy is not as high as the other years?' Our 

response to that is that value has to be determined by the overall benefit that 

the product is going to deliver. So that's the first issue. You can never conduct 

a 16-year trial across all differ ent seasonal variations to calculate efficacy. 

3ÏÌɯÚÌÊÖÕËɯÐÚÚÜÌɯÐÚɯÛÏÌÕɯÛÏÌɯÉÙÖÈËÌÙɯÉÌÕÌÍÐÛȱȭ4ÕËÌÙɯÛÏÌɯÊÜÙÙÌÕÛɯÌÝÈÓÜÈÛÐÖÕɯ

process it is actually not possible as part of your base case to include broader 

societal benefits. You must limit your economic evalu ation to healthcare costs 

ÖÕÓàȱȭ2ÖȮɯÐÍɯàÖÜɯÏÈÝÌɯÛÖɯÊÜÙÛÈÐÓɯÛÏÌɯÕÜÔÉÌÙɯÖÍɯÉÌÕÌÍÐÛÚɯÛÏÈÛɯàÖÜɅÙÌɯÈÓÓÖÞÌËɯÛÖɯ

include in your evaluation, clearly what that means is that the price or the 

value that is attributed to your vaccine is significantly lower than other  

jurisdictions where you may be able to consider those broader societal 

benefits. 

What that means specifically for us in Australia is alsoɭI'm sure you've heard 

through this inquiry about ICER [incremental cost effectiveness ratio] 

thresholds. It's the wil lingness to pay for different types of interventions. We 

 
175 Committee Hansard, Sydney, 12 March 2021, p. 9. 

176 Committee Hansard, Sydney, 12 March 2021, p. 11. 
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don't have specific thresholds, but you can see in the decision-making that 

there are different ICERs that are recommended for different types of 

therapeutics, which relate specifically to unmet need . So you'll see that 

oncology life -saving drugs generally accept listings at higher ICER thresholds. 

Vaccines have the lowest ICER threshold of all interventions. So not only are 

you not allowed to include the full scope of the benefits; the willingness to  pay 

is significantly lower. This is why, unfortunately for us, we have been through 

quite a few processes for vaccines and we've actually not been able to bring 

our vaccines to the market in Australia. 177 

6.125 2ÈÕÖÍÐɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯȿÕÖɯÙÌÝÐÌÞɯÖÍɯÛÏÌɯ-ÈÛÐÖnal Immunisation Program has 

ÖÊÊÜÙÙÌËɯÚÐÕÊÌɯÛÏÌɯ/ÙÖÎÙÈÔɯÞÈÚɯÊÙÌÈÛÌËɯÐÕɯƕƝƝƛȭɀɯ(ÛɯÚÜÎÎÌÚÛÌËɯÛÏÈÛɯȿÈɯÙÌÝÐÌÞɯ

ÐÕÛÖɯÛÏÌɯÌÝÈÓÜÈÛÐÖÕɯ×ÙÖÊÌÚÚÌÚɯÍÖÙɯÝÈÊÊÐÕÌÚɯÚÏÖÜÓËɯÉÌɯÊÖÕËÜÊÛÌËȭɀ178 The 

University of Melbourne similarly commented that:  

We also note the opportunity,  driven by COVID -19, to review the PBAC 

assessment process for publicly funded vaccines. The current assessment, 

which is designed for drug assessment, should consider the societal, health 

and economic benefits of vaccines that offer future reductions in 

mortality/mobility. 179 

The use of comparators 

6.126  ÕÖÛÏÌÙɯÈÚ×ÌÊÛɯÖÍɯÛÏÌɯ/! "ɀÚɯÝÈÓÜÈÛÐÖÕɯÔÌÛÏÖËɯÛÏÈÛɯÚÜÉÔÐÛÛÌÙÚɯÚÜ××ÖÙÛÌËɯ

reforming was the use of comparators. These are defined in the 

#Ì×ÈÙÛÔÌÕÛɀÚɯ'3 ɯÎÓÖÚÚÈÙàɯÈÚɯÚÐÔ×ÓàɯȿÛÏÌɯÌßÐÚÛÐÕÎɯÏÌÈÓÛÏɯÛÌÊÏÕÖÓÖÎàɯȹÖÙ 

other current clinical management) that most health care practitioners will 

replace in practice should the proposed health technology be implemented 

ÈÚɯ×ÙÖ×ÖÚÌËȭɀ180 3ÏÌɯ#Ì×ÈÙÛÔÌÕÛɯÛÖÓËɯÛÏÌɯ"ÖÔÔÐÛÛÌÌɯÛÏÈÛɯȿÛÏÌɯÊÖÔ×ÈÙÈÛÖÙɯ

really is meant to capture a new proposal in comparison with the existing 

ÚÛÈÛÌɯÖÍɯ×ÓÈàȭɀ181 

6.127 Viiv explained that:  

 
177 Committee Hansard, Sydney, 7 May 2021, p. 16.  

178 Sanofi, Submission 99.1, p. [1].  

179 University of Melbourne, Submission 133, p. 4. 

180 #Ì×ÈÙÛÔÌÕÛɯÖÍɯ'ÌÈÓÛÏȮɯȿ&ÓÖÚÚÈÙàȯɯÒÌàɯÛÌÙÔÚɯÍÖÙɯ×ÙÌ×ÈÙÐÕÎɯÚÜÉÔÐÚÚÐÖÕÚɯÛÖɯÈɯɯÏÌÈÓÛÏɯÛÌÊÏÕÖÓÖÎàɯ

assessment (HTA) advisory  committee for fundiÕÎɯÖÍɯÈɯÔÌËÐÊÐÕÌȮɯÔÌËÐÊÈÓɯÚÌÙÝÐÊÌɯÖÙɯ×ÙÖÚÛÏÌÚÐÚɀȮɯ

Canberra, February 2013, https://www.pbs.gov.au/industry/useful -resources/glossary/Glossary-

of-Terms_Final-15Apr-13.pdf, viewed 19 October 2021.  

181 Ms Adriana Platona, First Assistant Secretary, Technology Assessment and Access, Department 

of Health, Committee Hansard, Canberra, 18 June 2021, p. 24. 

https://www.pbs.gov.au/industry/useful-resources/glossary/Glossary-of-Terms_Final-15Apr-13.pdf
https://www.pbs.gov.au/industry/useful-resources/glossary/Glossary-of-Terms_Final-15Apr-13.pdf
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The National Health Act 1953 (Cth) requires the PBAC to assess cost-

effectiveness of a medicine relative to an alternate therapy or therapies. This is 

referred to as the comparator. This is to ensure the listing of new medicines 

represent a value for money investment in the PBS. New medicines can face 

challenges in demonstrating cost-effectiveness when compared to older 

medicines, whose prices have been significantly eroded over time through 

statutory pricing cuts. Even in cases where the new medicine is safer or more 

effective than the older medicine, it can be difficult to justify an appropriate 

price where the older medicine is very inexpensive. As more medicine patents 

continue to expire and Government generic savings are achieved, the impact 

ÖÍɯÛÏÐÚɯȿÊÖÔ×ÈÙÈÛÖÙɯ×ÙÐÊÌɯÌÙÖÚÐÖÕɀɯÞÐÓÓɯÐÕÊÙÌÈÚÌȭ182 

6.128 Viiv noted that this is closely linked to the policy of reference pricing, which 

it described as: 

 ȱÈɯ×ÖÓÐÊàɯÛÏÈÛɯÈ××ÓÐÌÚɯÞÏÌn drugs considered to be of similar safety and 

efficacy for pricing purposes are linked and recommended by the PBAC as 

cost minimised. The lowest priced brand or drug (i.e. the lowest cost 

comparator) sets a benchmark price for either the other brands of that drug or 

the other drugs within the same sub -group of therapeutically related drugs. 183 

6.129 It went on to say: 

In many cases, the lowest cost comparator has limited use. This will often 

result in there being a clinical comparator defined by the market leader with 

high quality evidence supporting the relative efficacy and safety being 

different to the price comparator with limited evidence of relative benefit. 184 

It suggested this problem could be solved by the institution of a system 

similar to thÈÛɯÜÚÌËɯÉàɯÛÏÌɯ4*ɀÚɯ-("$ȮɯÜÕËÌÙɯÞÏÐÊÏɯȿÈɯÚÊÖ×ÐÕÎɯËÖÊÜÔÌÕÛɯÐÚɯ

developed with the input of clinicians and patient groups to determine 

patient population, place in clinical practice and most appropriate 

ÊÖÔ×ÈÙÈÛÖÙɯÍÖÙɯÛÏÌɯÛÏÌÙÈ×àȭɀ185 

6.130 In his appearance before the Committee Mr Meindert Boysen, Deputy Chief 

Executive Officer and Director of the Centre for Health Technology 

$ÝÈÓÜÈÛÐÖÕȮɯ-("$ȮɯËÐËɯÕÖÛɯÊÖÔÔÌÕÛɯËÐÙÌÊÛÓàɯÖÕɯ-("$ɀÚɯÈ××ÙÖÈÊÏɯÛÖɯ

 
182 Viiv, Submission 80, p. 6.  

183 Viiv, Submission 80, p. 6. 

184 Viiv, Submission 80, p. 7. 

185 Viiv, Submission 80, p. 7. 
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ÊÖÔ×ÈÙÈÛÖÙÚȮɯÉÜÛɯÞÏÌÕɯÈÚÒÌËɯÈÉÖÜÛɯÛÏÌɯÐÕÝÖÓÝÌÔÌÕÛɯÖÍɯ×ÈÛÐÌÕÛÚɯÐÕɯ-("$ɀÚ 

processes said: 

It starts when we scope a technology evaluation, so we set the question for the 

work. That's where patients are involved. When we seek submissions not only 

are we seeking submissions from the company, but we get them from patients, 

from patient organisations and from clinicians. 186 

6.131 6ÏÌÕɯÈÚÒÌËɯÈÉÖÜÛɯ-("$ɀÚɯÈ××ÙÖÈÊÏɯÛÖɯÏÌÈÓÛÏɯÌÊÖÕÖÔÐÊÚɯÐÕɯÎÌÕÌÙÈÓɯ,Ùɯ

Boysen replied: 

My experience is that there are always two versions of what might be 

considered as the truth, although it's  really difficult to establish what the true 

value of a technology is, because all the research is short term. It's all about 

modelling. Modelling ɭand we know this from COVID, of course ɭis all to do 

with managing uncertainty. I don't think the complexities  of the health 

economics is the point. It's: How do you manage uncertainty? How do you 

deal with risk? That, I think, is the big question for HTA agencies: Do you deal 

with risk by saying no? Do you deal with it by having an arrangement in 

which you manage risk together and you collect the evidence? Health 

economics ought to be about uncertainty and risk and not about just one 

number. That's where I am at.187 

6.132 5ÐÐÝɀÚɯÊÖÕÊÌÙÕÚɯÞÌÙÌɯÚÏÈÙÌËɯÉàɯÖÛÏÌÙɯÚÜÉÔÐÛÛÌÙÚȮɯÐÕÊÓÜËÐÕÎɯ,2#Ȯɯ4"!Ȯɯ

AbbVie and LEO Pharma.188 Gilead Sciences gave an example of a hepatitis 

!ɯÛÙÌÈÛÔÌÕÛɯÛÏÈÛɯÛÏÌɯ/! "ɯÙÌÑÌÊÛÌËɯÉàɯÊÖÔ×ÈÙÐÕÎɯÐÛɯÛÖɯÛÏÌɯȿÓÖÞÌÚÛɯÊÖÚÛɯ

ÊÖÔ×ÈÙÈÛÖÙɀɯÌÝÌÕɯÛÏÖÜÎÏɯÛÏÌɯ/! "ɯÈÎÙÌÌËɯÈÕÖÛÏÌÙɯËÙÜÎɯÞÈÚɯÛÏÌɯ

ȿÈ××ÙÖ×ÙÐÈÛÌɯÊÓÐÕÐÊÈÓɯÊÖÔ×ÈÙÈÛÖÙȭɀɯ&ÐÓÌÈËɯÚÜÉÔÐÛÛÌËɯÛÏÈÛɯ 

Australians are missing out on new medicines as a result of a policy that seeks 

to anchor the cost of new drugs to the lowest cost drug (including generics) 

and not the price of the medicine it will replace.  

Changes to this process should urgently be considered to ensure the 

independent PBAC is selecting comparators that reflect current clinical 

practice, in preference to defaulting to a comparator with the lowest cost. This 

 
186 Committee Hansard, Canberra, 7 July 2021, p. 3. 

187 Committee Hansard, Canberra, 7 July 2021, p. 9.  

188 MSD, Submission 63, p. 3; UCB, Submission 74, p. 4; AbbVie, Submission 180, p. [4]; LEO 

Pharma, Submission 202, p. 4. 
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may include, if necessary, amending the legislative powers under which the 

PBAC operates.189 

6.133 PfizÌÙɯËÙÌÞɯÈÛÛÌÕÛÐÖÕɯÛÖɯÛÏÌɯ×ÙÖÉÓÌÔÚɯÖÍɯȿÊÖÔ×ÈÙÈÛÖÙɯ×ÙÐÊÌɯÌÙÖÚÐÖÕɀɯÈÕËɯÛÏÌɯ

ȿÈ××ÓÐÊÈÛÐÖÕɯÖÍɯɁÓÖÞÌÚÛɯÊÖÚÛɯÊÖÔ×ÈÙÈÛÖÙȭɂɀ190 Its recommended response was: 

Resolution of the comparator selection issue as agreed in the current Strategic 

Agreement between Medicines Australia and Government without further 

delay. This could include establishing a clinical and pricing comparator before 

lodgement of a PBAC submission and the application of shadow pricing to 

allow F1-like price for F2 medicines that have undergone signifi cant price 

reduction. 191 

6.134 The second part of the recommendation is targeted at the comparator price 

erosion problem, and refers to the mechanics of how that erosion occurs 

through the PBS formularies. As Pfizer explained earlier in its submission: 

ȿÐÕɯgeneral, on-patent medicines sit in the F1 formulary and off -patent 

medicines sit in the F2 formulary, and the prices of medicines in the F2 

ÍÖÙÔÜÓÈÙàɯÙÌÍÓÌÊÛɯÊÖÔ×ÌÛÐÛÐÖÕɯÐÕɯÛÏÌɯÔÈÙÒÌÛȭɀ192 

International reference pricing  

6.135 Another dimension of the valu ation issue that several submitters were keen 

ÛÖɯÌÔ×ÏÈÚÐÚÌɯÐÚɯÛÏÌɯÊÖÔ×ÈÙÐÚÖÕɯÉÌÛÞÌÌÕɯ ÜÚÛÙÈÓÐÈɀÚɯ×ÙÐÊÐÕÎɯÈÕËɯÖÛÏÌÙɯ

countries.193 3ÏÌàɯÈÙÎÜÌËɯÛÏÈÛɯÛÏÐÚɯÐÚɯÐÔ×ÖÙÛÈÕÛɯÉÌÊÈÜÚÌɯÖÍɯȿÐÕÛÌÙÕÈÛÐÖÕÈÓɯ

ÙÌÍÌÙÌÕÊÌɯ×ÙÐÊÐÕÎȭɀɯ Úɯ/ÍÐáÌÙɯÌß×ÓÈÐÕÌËȯɯ 

The relatively low pricesȱÊÈÕɯÈÓÚÖɯÐÔ×ÈÊÛɯÖÕɯÖÛÏÌÙɯÔÈÙÒÌÛÚȮɯËÜÌɯÛÖɯ

international reference pricing of PBS list prices. Australian PBS prices are 

referenced by numerous other countries. Ultimately, this can result in 

medicines not being PBS listed in Australia.194 

 
189 Gilead Sciences, Submission 101, p. 3. 

190 Pfizer, Submission 137, p. [10].  

191 Pfizer, Submission 137, p. [11]. 

192 Pfizer, Submission 137, p. [10]. 

193 Mr Chris Stemple, Vice President and General Manager, Australia and New Zealand, AbbVie, 

Committee Hansard, Sydney, 12 March 2021, p. 13; Shawview Consulting, Submission 181, p. 7.  

194 Pfizer, Submission 137, p. [11] 














































































































































































































































































































































































































