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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.

AUUUOUEODEWI EUwWOOOT wxUPETI EwbPUUI Of wOOwT EYDOT
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



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 Diseasewithin 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 alsorecommends 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 paticular issue that arises for orphan drugs and



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
processest 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 @ 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 steamline 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 nhew 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 isour 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 | 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 impgement 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.

| 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, | 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 + 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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Terms of Reference

Inquiry into approval processes for new drugs and novel medical technologies in
Australia

The House of Representatives Standing Committee on Health, Aged Care and
Sport will inquire into the approval processes for new drugs and novel medical
technologies in Australia, with a particular focus on those for the treatment of rare
diseases and conditions where there is high and unmet clinical need.

This inquiry will consider the following topics so that Australia continues to be
well positioned to access new drugs and novel medical technologies in a timely
manner and respond to emerging global trends:

1. The range of new drugs and emerging novel medical technologies in
development in Australia and globally, including areas of innovation
where there is an interface between drugs and novel therapies;

2. Incentives to research, develop and commercialise new drugs and novel
medical technologies for conditions where there is an unmet need, in
particular orphan, personalised drugs and off -patent that could be
repurposed and used to treat new conditions;

3. Measures that could make Australia a more attractive location for clinical
trials for new drugs and novel medical technologies; and

4, Without compromising the assessment of safety, quality, efficacy or cost-
effectiveness, whether the approval process for new drugs and novel
medical technologies, could be made more efficient, including through
greater use of international approval processes, greater alignment of
registration and reimbursement processes or post market assessment.
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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 UT OUOEWEOUOwI UUEEODUT wEwW? OD Y
to ensure Health Technology Assessment is based on the most upto-
date global health practices.

= The Office, in consultation with relevant stakeholders, should conduct a
Ul YDPT PpwOi wi ObpwUT 1 whthrdbgyh&seséntegt Byaiem E O U
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



XXXili

=  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 mog 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 ¢ 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

$RxOEOCEUPOOUWOOWUT | w3& wWEOEWEOOwW' 3 zU
into the overall regulation and reimbursement system, similar to the

,  EPEEOQwW21 UYDPEI Uw EuwthliadGbaente@@OWOUUI 1 z U
Processefactsheet.

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
products 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

s 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 1953Cth) 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

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:

» |T systemsupgrades, 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 Assessmert 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 sDPOD OEU w0 Ow U U

()
c

=  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 t@xpand 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

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 Schene.

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 supportsthe 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 Framework.

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 digital 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.

» |n 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
&OYI UOOI OUzUwxDOOUWUET T O wi OUwxEaOdI 00
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
Ul Ul EUET wi UOEDPOT wsxbx1 OPOI Uz 6 w

- 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 ¢ five years

- Representation of Aboriginal and Torres Strait 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

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 evide nce 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 1953Cth) to formalise the role and powers of the
Pharmaceutical Benefits Advisory Committee Executive. The scope of
OT1T w$sRT EVUDPYI ZUwWUOOT WESEwWxOPIT UUwWUT OUO
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.

- Itis 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 aginst 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
"OO000OOPI EOQUI zUwbPOXxOI Ol OUEUDPOOUWOT wlT i
the Committee 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
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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 Ith 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 processcould draw on the approach taken by the

40PUI Ew*pDOI EOOzUw- EUDOOEOwW( OUUDPUUUIT wi
= 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, includng benchmarking against comparable overseas
organisations.



1. Introduction
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1.2

1.3
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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.

Along with this praise came suggestions for improvements to make

enable our system to keep pace with medical and technological advances,
including precision medicine, that are available now.

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.

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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1.7

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
UPOI wUOTl ECwUT T w" 60O6PUUI 1T whPEUWUIT YPI PDOT w
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.

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
ITEYPOawOOw UUUUEODPEzZUwUI T UOEUOUawUaUUI
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chronic diseases reinforced the importance of continued and ongoing

investment in the timely access to new medicines and devices.

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

1.9

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 Australiéthe 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.

As part of the inquiry, the Committee examined the range of new drugs and
emerging novel medical technologies that are in development and



1.10

1.11

1.12

progressing through the regulatory system in Australia and in other
countries of the world.

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.

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

Ol 1 El EwOOWOEOIl w UUUUEOPEZUWEEET UUwUOwWOI
equitable and efficient. These submissions provided the Committee with

POUPT T UUwWPOUOWUT 1 wbOxOWEHBOEDWGOY GPBEQWR G
approval process.

The Committee thanks all stakeholders who were generous with their time
EQEwxEUDI OEl wbOwWEUDOT POT wUT 1T w" 6606PUUI T u
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

1.14

1.15

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.

The inquiry received 207 submissions and an additional 30 supplementary
submissions and one exhibit, which are listed in Appendix A and B.

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



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

Ul OEUDPOOwWwUOwW UUUUE O bdygatboy framevidiitd, wx UOT UE
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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.

"TExUl UwKwWET UEUPET UwU0T T wEOOET x Uwoli wUl
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in overseas models, and what further improvements to gov ernment

engagement with the patient voice could look like.



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: theapplication
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 dinical 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.






2. Recent reviews and agreements

The Therapeutic Goods Administration and updates to the Health
Technology Assessment process

2.1

2.2

2.3

24

The Committee was aware that there has been a number of reviews and
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including the Expert Panel Review of Medicines and Medical Devices Regulation
(Sansom Review).

The SansomReview 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. !

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

over four years (including $9.5 million in capital funding) from 2016 17 to

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

of the measure from 2012hWwWHD U wU O WET wOl UwEa wUT | w3 & 7
arrangements2

The Department of Healtil wgUT 1 w#1 xEU0UO1 OUAwl OxT EUDUI
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

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.

Australian Government, Budget Papers No. 2, Budget Measures: Budget Paper No2216 17, p.
106.



= 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
= Ul 1 wl Y Y alHealh Refor® @gdeement which provides specific
arrangements to ensure Australians with some of the rarest conditions
ITEYl WEEEI UUwWUOwWOI POwWODIi 1 1 UEYDOT wi BT T O
hospitals
= the use of Managed Access Programs to provide early acess to clinically
important medicines
» xQOUU1I OEUOI UwUIl YPI PUWUOWPOI OUOwWOXxUDPOEO
medicines.?

National Medicines Policy Review

2.5

2.6

The Department describes Australia's National Medicines Policy (NMP) as a
SEOOxI UEUDY I bihg@bout Bettéd hkbltiu Qu@omes for all

Ol EPEDPOI Ub ¢

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

Department of Health, Submission 15, pages 67.

Department of Health, Canberra,
www1.health.gov.au/internet/main/publis hing.nsf/Content/national -medicines-policy , viewed
21 September 2021.

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

2.7

2.8

29

2.10

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 reviewisto PET OUPI a wEQa wl ExUwbOwUI 1
partnership approach and accountabilities.
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Department informed the Committee that the Review of the NMP will re -

commence in August 20217

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.

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?

Post-market review of the Life Saving Drugs Program

2.12

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 for 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.®

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 muchneeded, 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
accessdivision/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/Isdp -report/government -responseto-lsdp-review.pdf viewed

4 October 2021.
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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. 1°

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
cog-effectivenesst s UT 1 Ul wx UPOEDx Ol UwEUI wEOUI EEaw
used by the PBAC (Pharmaceutical Benefits Advisory Committee) in its
EIl EPUDPOOWOEODOT wEUUWUT PUwPOUOEWET OI' 1 BUOU
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submission process for rare disease therapies by adopting a collaborative
multi -stakeholder approach early in the assessment cycle, before the
Ol EPEPOI wWUUEOPUUDOOwWPUwWi OUOEOGOa wUEODPUU
2.14 Inresponse 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 ¢ 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
20144 June 2015, https://www.pbs.gov.au/reviews/Isdp -report/lsdp -review -report.pdf viewed
4 October 2021.

12 Department of Health, Canberra, Australian Government resp onse to the Postmarket review of
the Life Saving Drugs Program https://www.pbs.gov.au/reviews/lsdp -report/government -
responseto-Isdp-review.pdf viewed 4 October 2021.
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» 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:

. OwbOEI x1 OEI OUwUI YPI PwoOi w' 3 wxUOEI UUI
system evolves to keep pace with advancements in medical
technologies. The Review will run from July 2022 ¢ 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 CoOOP UUIT | wOOw' 1 EOQUT Ow T 1 Ew" E
inquiry and the review of the National Medicines Policy will play a role
POwPOxUOYDPOT w UUUUEODPEzZUwW' 3 wxUOEI UUI

=  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 35 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 ¢ 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 MBsibmission 141.2, pages -P.

4 Medicines Australia, Strategic Agreement Factsheet for MBsibmission 141.2, pages -P.
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2.19

2.20

2.21

year out of concern for patients who are struggling to access vital medicines
during to the global pandemic disrupting international supply of medicines.

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.

The generic and biosimilar industry contributes more than two thirds of all
medicines dispensed on the PBS each year.

The GBMA has reconfirmed its commitment to working with Government
OOwUT T ws1l xUUxOUPOT woOi w, 1 EPEPOI Uz wbODUB
access to some medicines®

15 Generic and Biosimilar Medicines Association, Generic Mediagies Facts
www.gbma.com.au/generic -facts/, viewed 27 September 2021.
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3. Understanding the System

Access to new drugs and medical technologies

Regulation of therapeutic goods

3.1

3.2
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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

Therapeutic goods fall into four categories:

Medicines : goods that achieve their intended action by
pharmacological, chemical, immunological or metabolic means?
Biologicals : goods that contain or are derived from human cells or
tissues

Medical devices : devices (including supporting software) used for
diagnosis, prevention, monitoring, treatment or alleviation of a disease,

Therapeutic Goods Ad989(Cth) s. 3.

Department of Health, Submission 15, p. 4; Therapeutic Goods Act 198@th) s. 3.
Thergeutic Goods Act 198&th) s. 3.

Therapeutic Goods Act 1988th) s. 32A.

13
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3.3

3.4

3.5

injury or disability; investigation, replacement or modificati on of the
anatomy or a physiological process; or control of conception>
= Other therapeutic goods .6

Under the Therapeutic Goods Act 1988th) 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.” The TGA ensures that therapeutic goods are safe and fit for
purpose.®

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 198Gth)
including its public health responsibilities. ° 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. 1

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. '* There are two categories of
medicines:

» Higher risk medicines | all prescription medicines, most over -the-
counter medicines and some complimentary medicines | are
sUITIPEZOOWP T PET wbOYOOYI UwUT 1 OwET DOT wEU
safety and efficacy

10

11

Therapeutic Goods Act 1988th) s. 41BD.

Therapeutic Goods Act 1988th) s. 3.

Therapeutic Goods Ad989(Cth) s. 9A; Department of Health, Submission 15, p. 4.
Department of Health, Submission 15, p. 4.

Therapeutic Goods Administration (TGA), TGA regulatory frameworkCanberra, September 2020,
https://www.tga.gov.au/tga -regulatory -framework viewed 23 September 2021.

Department of Health, Submission 15.6, p. 1.

Department of Health, Submission 15, p. 4.


https://www.tga.gov.au/tga-regulatory-framework

15

= Lower risk medicines | medicines containing pre-approved, low risk
ingredients for which limited claims of efficacy are made | can simply
be listed.2

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 th&herapeutic
Goods Regulations 199Cth), whereas Classes 2 and 3 are defined by method
of preparation and intended use. 3 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:*

3.7 Medical devices are also classified on the basis of risk to patients, with the
classes being Class |, Class lla, Class llb, Class Il 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
EEUPUWOl wUPUOOWPOUOWEOEUUT UwhOwl Owt OwK 3
which means the sponsor must provide evidence that the device conforms to
EwUI0wWdi MEDEOwW/ UDOEDxOI Uz6 w3l 1 wol YI Owli
classification of the device.*>

Therapeutic Goods Administration pathways

38 3T 1T w3& wi EUWEWOUOET UwoOi wOxUDPOOUOWEIT UEUD
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 45.

13 TGA, Classification of biologicgl€anberra, November 2020,www.tga.gov.au/classification -
biologicals, viewed 28 July 2021.

14 TGA, Applying for Inclusion of a Class 1 biological in the ART@Ganberra, 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 ART@ stepby-step guideCanberra, November 2020,
www.tga.gov.au/applying -inclusion -class2-3-or-4-biological -artg-step-step-guide, viewed 28
July 2021.

15 TGA, Overview of medicalevices and IVD regulatigiCanberra, October 2020,
www.tga.gov.au/sme -assist/medical-devices-regulation -introduction , viewed 31 August 2021.
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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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3.9

= QOrphan drug ¢ fee waiver

= Priority review

» Provisional approval

= Comparable Overseas Regulator
A

= B

= The Access Consortium

=  ProjectOrbis.

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

f UOOwWUT T w3& wl0OwWUT T wUxOOUOUOWEOEWUI YDPI P
advisory committees. The process is designed to take an average of 330

calendar days in total, or 11 months.*?

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

EOOUPEI UUwUT | wExxOPEEUDPOOWEOwWOOT woOi wbUU
EI1 EPUPOOWOUVUUWEEEOUEwWPDUT wUT 1T w3& z7UB

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

designated drug.*® It is available for prescription medicines (including
vaccines andin vivo diagnostic agents?) that meet the following criteria:

16

17

18

19

20

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.

TGA, Prescription medicines registration proceSanberra, August 2021,
www.tga.gov.au/prescription -medicines-registration -process
, viewed 30 August 2021.

Department of Health, TGA and PBAC parallel process and requireme@@nberra, December 2020,
www.pbs.gov.au/info/publication/factsheets/shared/tga -pbac-parallel -process viewed 31
August 2021.

TGA, Orphan drug designationCanberra, August 2018,www.tga.gov.au/publication/orphan -
drug -designation, viewed 28 July 2021.

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.
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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

= [f 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

» |tis 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 forthe 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.2

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 have the same indications as
any medicine on the ARTG

»  The medicine treats, prevents or diagnoses a lifethreatening 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

2L TGA, Orphan drug designation eligibility criterigCanberra, April 2021,
www.tga.gov.au/publication/orphan -drug -designation-eligibility -criteria
, Viewed 28 July 2021.
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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 assesment, and the sponsor must provide a full
dossier of evidence?3

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

»  The device monitors, treats, prevents or diagnoses a lifethreatening 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

(Il WEwxUPOUDPUAWExxOPEEOUWEIT O
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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

23

24

25

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

TGA, Priority review pathway: prescription medicin€sanberra, August 2018,
www.tga.gov.au/publication/priority -determination -eligibility -criteria, viewed 27 July 2021.

TGA, Priority applicant guidelines for medical devices (including BjBCanberra, viewed 27 July
2021.

TGA, Priority applicant guidelines for medical devices (including IV,OZanberra, December 2020,
www.tga.gov.au/priori ty-applicant -guidelines-medical-devices-including -ivds, viewed 27 July
2021.
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»  The medicine represents a major therapeutic advance
= The sponsorprovides 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.%6

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.2’ The TGA publishes a set of criteria it
uses to determine which regulators are CORs; 22 as of August 2021 these
were the regulators of Canada, Japan, Singapore, Switzerland, the UK, the
US and the European Union.2? Two COR processes are available:

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

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

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

OEOET 1 Ol OUwxOEO6wW3T 1 w3 & zUwUDPOI T UEODT w
= 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.3°

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

27

28

29

30

TGA, Provisional approval pathway: prescription medicjr@anberra, March 2018,
www.tg a.gov.au/provisional -approval -pathway -prescription -medicines, viewed 24 August
2021.

TGA, Comparable Overseas Regulators (CORs): timeframes and milesZaméerra, October 2019,
www.tga.gov.au/comparable -overseasregulators-cors-timeframes-and-milestones, viewed 24
August 2021.

TGA, Comparable Overseas Regulators (CORs) for prescription mediCiaekerra, October 2019,
www.tga.gov.au/comprable -overseasreqgulators-cors-prescription -medicines, viewed 24 August
2021.

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 (CO&#)erra, October 2019,
www.tga.gov.au/list -countries-and-jurisdictions -determined -be-comparable-overseas
regulators-cors, viewed 24 August 2021.

TGA, Compaable Overseas Regulators (CORs): timeframes and miles@aeiserra, October 2019,
www.tga.gov.au/comparable -overseasregulators-cors-timeframes-and-milestones, viewed 24
August 2021.
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excepted) 3 Much as in the case of medicines, there are two options: the

3& whbbPOOwI PUT T UWEEET xUwUIT 1T w". 1zUwWEI UUDI
", 1zUWEUUI UUOI OUwPOWEOOEUEUDOT wbUUwWOPOU
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 UKR?4 The Consortium
has aligned regulatory approaches and technical requirements.3>* 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 3¢

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. 7 In the words of Adjunct
Professor John Skerritt, Deputy Secretary, Health Products Regulation,
Department of Health,:

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

31

32

33

34

35

36

37

Department of Health, Submission 15, p. 37.

TGA, Comparable Overseas Regulators for medical device applic&antzerra, May 2021,
www.tga.gov.au/comparable -overseasregulators-medical-device-applications, viewed 31
August 2021.

Adjunct Prof John Skerritt, Deputy Secretary, Health Products Regulation, Department of
Health, Committee HansardCanberra, 3 September 2020, p..3

TGA, Australia-CanadaSingaporeSwitzerland United Kingdom (Access) Consortiyr@anberra, June
2021,www.tga.gov.au/australia -canada-singapore-switzerland -united -kingdom -access
consortium, viewed 26 July 2021.

Department of Health, Submission 15, p. 30.
Adjunct Prof Skerritt, Committee HansardCanberra, 3 September 2020, p. 3.
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

21

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 202°

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.4 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 shehastt | wx EUDI OUz Uwb Oi OL
do so. The use of a therapy for an indication that is not included in its ARTG

I OUUa wb U woOOBE D GButkivgdid particularly common in the
treatment of rare and paediatric diseases#?

Ol

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

39

40

41

42

43

Committee Hanard, Canberra, 3 September 2020, p. 4.
Department of Health, Submission 15, p. 31.

TGA, Permitted indications for listed medicines guidari€anberra, March 2021,
www.tga.gov.au/book -page/permitted -indications -listed -medicines, viewed 27 July 2021.

TGA, Special Access Scheme: frequently asked que&amiserra, April 2021,
www.tga.gov.au/special -accessschemefrequently -asked-questions, viewed 27 July 2021.

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, Submission32, p. 21.

TGA, Authorised Prescriber€anberra, 2021 www.tga.gov.au/form/authorised -prescribers,
viewed 22 July 2021.
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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
Of wPWIUUOawbOO7z OWEDOEwWPT OQwUIl gUPUIT UwE wl
sl UUEEODPUI I Ewl PUUOUA wOi wUUT zwUOET Uw"
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 TGA*
= Clinical trials : these are trials to determine the safety and/or efficacy of a
therapeutic good“s
= Personal Importation Scheme : subject to certain condtions, 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
ITRET T EDOT wUOT UT 1 wOOOUT Bz wUUx x OawEUwWEOa
= Medicine shortages : special arrangements can be put inplace if there is
EWOEUDPOOEOwWUT OUUET I wOl WEWXxEUUPEUOEUWO
medicine shortage reports database’

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).
» Forvaccines:
- the National Immunisation Program (NIP)

44

45

46

47

TGA, Special Access Scheranberra, April 2021, www.tga.gov.au/form/special -accessscheme
viewed 29 July 2021.

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

TGA, Personal importation schem@anberra, March 2015 www.tga.gov.au/personal -importation -
scheme viewed 22 July 2021.

TGA, Accessing medicines during a shortaGanberra, 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

23

»  For devices
- the Medicare Benefits Schedule (MBS%
- 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.°

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, Blgium, the Netherlands, Sweden,
Poland, South Korea and the US52 The Australian Government has a
number of bodies that conduct HTA, which are discussed below.

Pharmaceutical Benefits Advisory Committee

Role and composition

48

49

50

51

52

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 4244.

Pharmacy Guild of Australia, Submission 108, p. 2; MTAA, Submission 148, p. 38; CSL Behring,
Submission 145, p. 9

Department of Health, Prostheses LisDepartment of Health, Canberra, July 2021,
https://www.health.go v.au/resources/publications/prostheses-list, viewed 23 July 2021.

Centre for Law and Genetics, University of Tasmania, and Sydney Health Law and Sydney
Health Ethics, Sydney University, Submission 179, p. [20].

Macquarie University Centre for the Heal th Economy, Submission 62, p. 6.
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3.26

3.27

3.28

The PBAC is established by theNational Health Act 1953Cth).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.gillion
prescriptions in 2019-20, highlighting the key role it plays in healthcare. In
the 202122 Federal Budget, $43 billion was budgeted for the PBS over four
years 5

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

= Specialist$®

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*® The Chair and Deputy Chair gave evidence
before the Committee for this inquiry. 57

53 5. 100A.

5% The Hon Greg Hunt MP, Minister for Health and Aged Care, and Senator the Hon Richard

“"OOE]I EOOw, POPUUT Uwi OVw2i1 6POUwWw UUUUEOPEOUWEOEW

11 May 2021.

5 National Health Act 1953Cth) ss. 100A(2}(3).

56

Department of Health, Pharmaceutical Benefits Advisory Committee (PBAC) Members§tapberra,

July 2021, ,www.pbs.gov.au/info/industry/listing/participants/pbac
, viewed 3 August 2021.

57 SeeCommittee HansardCanberra, 24 June 2021.
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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.® The Economics
Subcommittee assesses clinical and economic evaluations of medicines
submitted for reimbursement, and provides technical advice to the PBAC. 5°

3.30 The PBAC has also developedanorUUEUUUOUa wEOEaAa WEEOOI E wl

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

subcommittees®/ UOT we DPOUOOwWET UEUPET EwUT T wxUUxO
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

I BT EUCUDYI 62

Process

3.31 The PBAC Guidelinegprovide 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 20%8.

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

59

60

61

62

Department of Health, Drug Utilisation Sub Committee (DUSCYanberra, July 2021,
www.pbs.gov.au/info/industry/listing/participants/drug _ -utilisation -subcommittee, viewed 3
August 2021.

Department of Health, Economics Sub Committe@anberra, May 2021,
www.pbs.gov.au/info/industry/listing/participants/economics __-subcommittee-esg, viewed 3
August 2021.

Department of Health, Submission 15.4, p. 6.
Committee HansardCanberra, 24 June 2021, p. 5.

Department of Health, Guidelines for preparingubmissions to the Pharmaceutical Benefits Advisory
Committee (PBAC)Canberra, Septenber 2016, pbac.pbs.gov.au, viewed 30 August 2021.
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3.33

3.34

3.35

3.36

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

11 YDl PwOi w/ ! " zUwWEI i suhB&ydDOcurEedtE avlE UE T Uw/ U
provided to the sponsors before being eventually published online. 63

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, amedicine 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
EOOwUT |l whPEawUx w0Ows xxOPEEUPOOUWI OUWE wC
x| EUOEE]I UUPEEOQwWHUI Oz OwkiT PET wi OwUUOUEDPT T U
have no PBAC involvement.&

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

» The parallel process with the TGA
» The integrated co-dependent submission process.

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

/7 " wWwEOwOT T wUEOT wUPOI wEUwWUT 1T w3 & 6w UWEBD
1T TTEOUPYI QawlUUOxUw/ ! "zUwhOwWUT T wUl OUIT u
accord with the former.

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
ECEWEOOUDPE] Ul EWEUWEWNODPOUWOI 1 UPOT woi wUl
EQEwWUl T w, 2 "zZUwW$YEOUEUDPOOW2UEEOOODPUUI 18
PT 1T OUWET I OUT wOT 1T wi UOOw, 2 "Owspkl PET wl BYI

63 Department of Health, PBS calendarsCanberra, August 2021,
www.pbs.gov.au/info/industry/useful _-resources/pbs-calendar, viewed 31 August 2021.

64 Department of Health, 4.1 Types of submissignSanberra,
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 requiremg@@nberra, December 2020,
www.pbs.gov.au/info/publication/factsheets/shared/tga -pbac-parallel -process viewed 31

August 2021.
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any questions if needed for MSAC consideration, for the applicant to
comment on the questions and for the MSACto EOOUDPET UwP UUWEEY DI

Life Saving Drug Expert Panel

Role and composition

3.37

3.38

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.

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. lts 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. ¢’

Process

3.39

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

» |t 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 Australiavide)
» 371 wEPUI EUI wEEOWE T wh E 1EG IR UB0 BEEumsxPUE LB BullE
has been shown to reduce life expectancy
» $YDPEI OEl wxUI EPEVUWUT EQwUOUT wOi wli 1 wol E
» 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 costeffective 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 Pan€anberra, July 2021,
www.health.gov.au/committees -and-groups/life -saving-drugs-program -expert-panel, viewed 24

August 2021.
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3.40 The starting point for a LSDP application is the release of the PBAC minutes,

3.41

3.42

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 secretariathen 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

Pl 1 OUWOEUI UwUT 1 w/ EOQI OwUI OEVUwWPUUWEEYDPEI u
sponsor. The sponsor has a week to respond?

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®®

The Department of Health provided the Committee with a flowchart
summarising the LSDP application process.”

Jurisdictional Blood Committee

Role and composition

3.43

The Jurisdictional Blood Committee gp) ! " Aws PUwUI Ux OOUDPEOIT wi
PDUUUI UwUIl GEUDOT wl O wUiltiswitiked iy @ Déep@yuE OOOE wU
Secretary of the Commonwealth Department of Health and has nine other

members| one other official from that Department and a representative

68 Department of Health, Life Saving Drugs Program for medicine spons@anberra, 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 spons@anberra, 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 15.6p. [16].

7t Department of Health, Life Saving Drugs Program for medicine spons@anberra, Februay 2021,
www.health.gov.au/initiatives -and-programs/life -saving-drugs-program/for -medicine-sponsors,

viewed 24 August 2021.
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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

29

from each state and territory.”2 The national blood arrangements supply

sO61 Ul Ul wEOOOE wE 6Gerivddandrétthdinent@risdudstand

diagnostic reagents (blood-Ul OEUI EAz OWEEOPODPUUI Ul EwEau
Authority (NBA), a statutory Commonw ealth agency’2 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

344 37T 1 wUxOOUOUWEEQWUUEOPUWE HED E Wwp QOK OWEDR @

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
EOOUPEI UwlOT T wxUOEUEUzUwWUEI 1T 0aowi il PEEEa
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

Il YEOQOUEUPOOB wW3T 1T w, 2 "zZUwWEEYDPEI wbUwUI 1T QwE
agrees to fund the product, the NBA may then run a competitive tender

process for its supply.”™

Medical Services Advisory Committee

Role and amposition

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)7®

72

73

74

75

76

National Blood Authority, Jurisdictional Blood Committee (JB®Jational Blood Authority,
Canberra, undated, www.blood.gov.au/jbc , viewed 9 August 2021.

CSL Behring, Submission145, p. 9.

National Blood Auth ority, What blood products are suppliedNational Product Price ListCanberra,
July 2021,www.blood.gov.au/national -product -price-list, viewed 30 August 2021.

CSL Behring, Submission 14, p. 12. CSL Behring refers to a JBC guidelines document for
applications, but this does not appear to be available publically.

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

3.47

3.48

The MSAC uses a 24 week process and meets three times a yedrflt 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 proces
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’®

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.”

It is through MBS services that many medical devices are reimbursed| that

is, the cost of a device is included in the cost of a servicd but the Medical

Technology AssOEDEUDP OO wOi w VUUUUEOPEwWm, 3 AwOoLl
frequently incorporate the cost of diagnostic devices but not therapeutic

EIl YDPEI Uz wEOEwWUT EQwUT T Ul WEUT wEwWYEUDI Uawd

77 Department of Health, PASC, ESC, MSAC key date€anberra, 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 subcommitteesDepartment of Health, Canberra, July 2017,
http://www.msac.gov.au/internet/msac/publishing.nsf/Content/Factsheet -05, viewed 20

September 2021.

7 Department of Health, MSAC membershipMay 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.° One of these mechanisms, the Prosthess 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. 8! 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.8

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
UxOOUOUWOI wEWEUET Ow/ (" . w" O01I PUOGEUDPOOOWU
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
EEQWEOOUUEEVUWEOwWs' 3 w&UOUxzwlUOwxUI xEUI u
the Department then contracts an HTA Group to critique 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.
3T T w$s2" wEOOUPET UUwWUT T wEUUT UUOI O0wUIl xOUU
copy of which is provided to the sponsor. Some resubmitted applications
can skip the PASC and ESC stages.

352 Thi wi UOOw, 2 " WwEOOUPEI UUwWUTT w$2" wUi xOUUOuU

i 1T1T EEEEOwUI EIl PYl EwEaw, 2 "zUwWEOOUUOUEUDC

80 MTAA, Submission 148, pages/, 38.

81 Department of Health, What is MSAC?, Canberra, July 20186,
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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3.53

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

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

3.55

3.56

The Prostheses List Advisory Committee (PLAC) makes recommendations
to the Minister on the listing of devices on the PL and related m atters.8¢ 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.

The PL is updated at least three times a year8” As of August 2021 the
current List was contained in Schedule 1 of thePrivate Health Insurance
(Prostheses) Rules (No. 2) 20@&1th). Rule 12 of thoseRulesmakes clear that
the Minister can take advice from the PLAC, but is not bound to follow it.

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 applicant€anberra, 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 MSB#&hberra, 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 (PLACpanberra, December 2020
www.health.gov.au/committees -and-groups/prostheses-list-advisory -committee-plac, viewed 24

August 2021.

87 Department of Health, Prostheses cover undaiivate health insurange&Canberra, October 2020,
www.health.gov.au/health -topics/private -health-insurance/what -private -health-insurance-

covers/prosthesescover-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
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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& AWEOEw#I1 xEUUOI OU@OI w51 U1 UEOQUzw 11 EDPU
Process

3.57 The PLAC meets at least three times a yeaf? 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.® Certain complex applications, such as for devices used in
services that are not listed on the MBS, are referred to the MSAC

Ad hoc

358 31 1 w" OO6O6PUUI T WEOGUOWI 1 E
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88 Department of Health, Prostheses List Advisory Committee (PLAOEcember 2020,
www.health.gov.au/committees -and-groups/prostheses-list-advisory -committee-plac, viewed 24
August 2021.

89 Department of Health, Prostheses List Advisory @onittee (PLAC) Canberra, December 2020,
www.health.gov.au/committees -and-groups/prostheses-list-advisory -committee-plac, viewed 31
August 2021.

o  DepartO1 OO0 WOl w' 1 EOCUT @ gugde to IB8ting)dnd berefdsufior prastbiasesy Canberra,
February 2017, pages 120, 22,
www.health.gov.au/sites/def ault/files/documents/2020/06/prostheseslist-guide.pdf
, viewed 12 October 2021.

o #]1 xEUUO!I O0wOi w 1T EOUT Ows/ UOUUT T Ul Uw+PU0w EYDPUOUa w"
Canberra, undated, pages 12, www1.health.gov.au/internet/main/publishing.nsf/Content/
12D65D189A8D6991CA25816400224C9A/$File/PLAC_Termsf-Reference.pdf, viewed 12
October 2021.
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monitoring system for people with type 1 diabetes in partnership with the
supplier. 92

/| EUUPEDxEOUUZ wWUOET UUUEOEDOT wC

3.59

3.60

3.61

3.62

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

understand it.

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® The two former
organisSEUD OOUWEOUOwWPEOUT EwUOwWUT 1T wOOUIT ws UUx »
patients with an interest in a product undergoing HTA. 9

3T 1T wi UEOGET EUTT UwOi wEwl PUOwPHPUT wEaAaUUDPE wi
information on the development and assessmentofnew EUUT Uz wbUWEYEE
in the US, but not in Australia, and that patients and carers should be

supported and educated through the HTA process. % 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. %

MS Australia described one of the relevant government web sites as

sPOx1 Ol OUEEOI ZwEOEwWUI EOOOI OEIl EwUT EQwUT |
O0xUOYDEITI wUOT OUI1 wiphtigntsiang Olhicidnd +iwithEapprofriate,
clear, accessible publically available information on HTA processes plus
updates and feedback throughout the process.

92 Abbott Diabetes Care, Submission191, p. 1.

98 Cystic Fibrosis Australia (CFA), Submission 8, p. [2]; Australian Patient Advocacy Alliance
(APAA), Submission 67, p. [4]; Lymphoma Australia, Submission 143, pages [2}-[3].

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

%  Name withheld, Submission 22, pages [1}[2].

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

97 MS Australia, Submission 85, p. 10.
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3.63

3.64

3.65

3.66

3.67

. OWEWEUOEET UwOIl YI OOw7+"'" w UUUUEOPEwWUUTTI
education for advocacy groups would be beneficial to ensure meaningful

EOOUUOUEUPOOWEOCEWEOOOEBROUEUDPOOwWPDPUT wxOC

The Metabolic Dietary Disorders Association (MDDA) drew the
"O00O0PUUIT ZUWEUUI OUPOOWUOWEEUDOOWI 6K
for Rare Diseases:

Qu
-
Qu
poy

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 processes®

Rare Voices Australia (RVA) commended the new Consumer Evidence and
$O0TETIT Ol OUw4O0DUOwWPT PET wUPUUwWPPUT POwWUT 1 u
buUWEEET EwUl EQws OOUT WEOGEDEODD®»DOE WOV DB ED;
that there is still a major problem with lack of transparency in that regard. 10

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

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.

2" -1 w UUUUEOPEwWUUEUI EwUT EQws i UOEDOT woi
support and education is required so each [organisation] is not reinventing
UT 1 wb¥2husEE Mg recommended that the Government recognise and

strengthen the role played by rare disease patient organisations by
sxUOYDPEDOT wUI UOUUET U wEWanhdithed 0B Ripeline wd x x OU U
/ EUPT OUw( OUT Ul U0w&UOUxwxUOxOUI EwsHOYI UU

T UOUxUzwUOOwl OEEOI weritoiHDAuptbCeaseEs®O UUDEUUIT wEI

9%  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 1415, 1718; Edwards Lifesciences,
Submission 83, p. 35.

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

103 quskE Inc, Submission 73, p. 5.

104 CF Pipeline Patient Interest Group, Submission 169, p. 3.
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3.68

3.69

The Committee heard calls for more education for industry, typically

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

EUOI EwOT 1T w&OY1T UOOI OUwUOws UEPUT wepPEUI 01 U

organisatb O OUWEUwUOwUT | wEYEDPOEEPDOB®Gent® wUl 1 u

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

2aEOl aw' 1T EOUT w$sUI PEUOwW4OPYI UUDPUa wOi w2akE

PDOYOOY!I EwbOwi 1 EOQUT wU telgtiorGdconibinagtiomb OO OY E U D C

products, which are discussed below.1% Finally, the MTAA recommended

education and training for Australian medical technology companies on the

3& zUwUI E1 OUOAawbOUUOGEUET EwxUPOUBPUAawWUI YD

The cleareg evidence that many participants struggle to understand

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 | could be self -EUDPUPEEOOwWPUwWOlI EOUwWUT EQwpkI wi EE
61 wi EYl wEEUUEOOGawPUDUUI OWUOWEOOWUT OUIT wxl O
but sayingcleEUOa o ws 61 wi EYI Oz OWEOOOUOPEEUI Ewl OOU
POl OUOEUDOOOWEOEwWPI zUI wl ExxawUOwOIl I Uow( OE|
appointments in the diary to meet in the coming weeks, which is really
good.108

Gaps in the current system

Combination products

3.70

WEOOEDPOEUDPOOwWxUOEVUEUWPUWEwWxUOEUEUwWs EOC
El YDEI OwOl E b E p®A nu@fotudrisOvér©dsel hdhe
evidence to refer to a similar concept, including co-dependent technology,
Pl PET wPEUWE]I UEUPE]I EwWEUws EwOIl EPEEOwWUI ET C
another technology to achieve its intended purpose or enhance its effect. g0

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 HansardCanberra, 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

3.72

3.73

3.74

. Ol WUUEOPUUI UWEOOOI OUI EwUT ECwWUOET Uw UUU
SEOOCEDPOEUPOOwWXxUOEUEUUWEU]I wOOUWEOI EUOA wWE
Ul UOPOOOOT AawWwEQGEWUI T UOEUOUawxEUI PERAUGPOU
Several submitters raised the regulation and reimbursement of combination

, 4l OOOEWEOE W1l OEUI Ew#DPUI EUIT Uwli 1T HPUOUawWC
Uil POEUUUIT OI OUWOOET OWPEUWEEOxUI EwxUDOUWU
that use of such combination treatments is increasing and that they are not

EEI UEU]I OawYEOUI EwEawEUUUI O0w' 3 wxUOEI U
examine and resolve this ongoing concerni EY1 wOEET wODWUOI wxUOD
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 s EOwWDOOOYEUDPYI wEI OPY1 UawUa
EOOEI UOT EwUT ECOwWUT T w/ ! " wbbPOOwOOUws EET @U
Ul 1 WEOGEPOOEUVUawl gUPx01 OUwU B BuwlduE EQDY EU
YEOUI wOi wOT 1 wEl YPEIT 7z wb O uH wiEld 4 EuiE s CEOuwED
x EUUwWOl wUOT T wOYI UEOOwWI #7i 1 EUPYIT O1 UUwWOT w1
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

11 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.

13 Myeloma and Related Diseases Registry, Submission 12, p. [2].

114 Medicines Australia, Submission 141, p. 12.

115 Johnson & Johnson, Submission 134, pages-8.

116 UCB Australia, Submission 74, p. 2.

117 UCB Australia, Submission 74, p. 3.
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3.75

3.76

3.77

3.78

* 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
(OwuUl EOOOI OEl EwUT EQwUT 1T w&OYI UOOI OUwsET Y
framework and guidance on the assessment of high cost combination
Ul THOI OUwUT ECwbpDOOWUOOYT wlOT T wdl awxUOEOI
Neuroendocrine Cancer Australia likewi se encouraged the development of a
UUI E U @ Itd@ooused 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
OUUOws POUOQWUOTT UTT Uz wOOwWUA T WExxUOYEOQuWOI
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:
» s wi UEOI POUOwWI OUWEUUDUPEUUDPOT wYEOUI wkb
» s Ol EOUwWOI wi EEPOPUEUDPOT 6 DOUI UEOOXx EOa wE
the Competition and Consumer Act 20{Cth) (that is, anti-cartel law)
» s31 1 wWEEPODPUa wOi WEOOXxEOPI UwlUOwI EYI wEDI
OT1 wUEOT wpDEPEEUDODOZ 6
Roche Australiastall EwUT EQws OT 1 Ul wEUTl wUOOT wol 01 O
with the HTA for co -dependent technologies that make the process
UOPOUOEEOI ZOWEOEWUUT TT UUI EwUT EUwUT PUwbHU
panel tests, which test for many genetic mutations simultane ously.12 This is
because of the difficulty of assessing the cost effectiveness of such tests,
amongst other challenges?*( OwU1 EOOOI OET EwUT EOwOT 1 w& o
how economic evaluations for co-dependent technologies are conducted to

18 Amgen Australia (Amgen), Submission 82, p. 7.

19 Amgen, Submission 82, p. 7.

120 Neuroendocrine Cancer Australia, Submission 155, p. 13.

121 Neuroendocrine Cancer Australia, Submission 155, pages 1314.

122 Novartis 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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3.79

3.80

3.81

3.82

ensure they are feasible and identify a pragmatic solution to valuing test

37T w61 UUI UOw UUUUEOPEOw#I1 xEUUOI OV wOIi w' 1
innovation where there is an interface between drugs and novel therapies
suchasCAR3 wUT 1 UExaOwEUUUI OUWEUUI UUOI OUwxEU
EOEUDPI Pl E6 z w( Uwx UOefeiréditofthe ierjarsdictionad U wb U U U]
working group on HTA elements of the National Health Reform Agreemerar

EOUI UOEUDYI Oawlil E0wUT T Ul wEl wEUI EUI Ews EOG
EOOOPUUI T UOWEEYDUI wOOwWUT 1 Ul webOEUWOI wl
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
EYEDPOEEOI wbOwUPOI wi OUwU ltHerapeutic copponer, OO U D E
Ul gUPUDOT wEOws EVUUOOGE Ub B2z (wllu U VEEG®AI UBED Chud
revised schedule for co-dependent submissions in which the MSAC advice

OOwUT T wOl U0wPUwi DPOEOCPUSB EWET T OUT wlOT 1T w/ !
Pathology Technology Australia (PTA) stated that the MSAC is

encountering more difficulties than PBAC in assessing companion products,

EOOOI OUPOT wUTl E0ws UOWOUET wUOwhT wOOPwWUIT T u
companion diagnostics product is up before PBAC for a reimbursement

UEUT T UwOT®Ow, 2 "8z

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 Zealand (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

3.84

3.85

3.86

3.87

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 TGA1 R x 1 EPDUI EwxEUl PEAUwWOOwWUI T BUUUEUDO
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.13!

UU! pOU0T ET wUl EOOOI OEI E atilipathuéyior delleBdO O w1 u
T 101 wOl BUExDI Uz56
, T EPEPOI Uw UUUUEODPEwWOOUI EwUOl ECWEDOOOT PE
priority review and provisional registration, and suggested that this should
be changed:!33

Better Access Australia noted thats ED 1 I 1 Ul OU0wl YEOQUEUDOOwx L
approaches to decisionrmaking are determined by their funding mechanism
EOQEwUUI EUOI OUwUI UUDPOT 6zw( UDWEOGOOI OUT EwUlI
submission Novartis had two different gene therapies navigating the HTA

system, one through the PBAC and one through the MSAC.131n its

EEYDEI wi UOOwWUT 1T w#1 xEUUOTI OUwOYIT Uwl0T 1 wET C
one of the therapies13s

15 wl BT T Ob hck &f tidfityantl ttanspatency around approval

xEUT PEAUwWl OUwWT 1 Ol wUT T UExazOwEDPUDOT wlT 1 u
(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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3.88

3.89

3.90

3.91

sOPOl OawUOwl EYT wOOwI Rx1 UPI OETl wbbPUT WEUUI
OUwOOOPOI ETT woOl wlOT 1 wEUUPEUOEUWXxEUDI OU0u
As discussed above PTA also raised concernsE OU O wUT 1 w, 2 "z UwEE
EUUI UUDOT wsxlI UUOOEODPUI Ewll EPDEDPOI WEOE WEC
Ms Julia Burlison and the Save Our Sons Duchenne Foundation both

endorsed a recommendation from a recent report on Duchenne Muscular
Dystrophy and Becker, UUEUOEUw#aUUUOxT awEEOODPOT wi ¢
Ol ET EOPUOU wi OU wiPTAdrgued that furilingsfdr genobnic

no clear pathway for in vitro diagnostic devices (a categor that includes

genomic tests)140

3T 1T w-1pPw26U0T W6EOI Uw&OY1I UOOI OUWUUEUIT EwC
diagnostics, gene and cell therapies and gene editing to date require a

UPOxOPIi Pl EWEOEWEOI EUOa wEIT | POI EwEtery UOYEOG
xEUT PEAUS WEUI wOOUwWUUI i PEPI OUOawi Ol RPEOI
and methods of manufacture and delivery that may be involved in novel

EOQEwxI UUOOEODPUI EwUT 1 UExPI UBzw( UwUI EOOOI
regulatory pathways better su ited to the bespoke nature of personalised

Ol EPE®OI 62

/ 1T Pal Uw UUUUEOPEWEOOOI OUI EwUl EQws UT 1T wEU
Ul T UExDI Ufg wubDOOWEUDOT WwET EOQOI OT 1T UwlOOwUI 1
EOQEws Ul 1 wbUUUI wUl OE b O Wefitetl FTA peihivdy @id wd U wE U
no defined reimbursement or funding mechanism for some of these
POOOYEUDYI wOUI EUOI OUUWEOEwWUI EHDOOOT Bi UGB
xUUxOUI 6 xEUT PEAUWEOEwWxUOEI UUI Uz wET wi UUE
sources and paymentmech®® B UOUwb T 1 Ul wExxUOxUPEUI 6z w

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,

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.
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3.92

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

The mother of a young man with Duchenne Muscular Dystrophy submitted

Ul EQws EOOUPEI UEUDPOOWOUUUWET wi BYTI OwlOwUI
that this technology be assessed diferently to drug therapy, making the

OY1 UE OO wN O U ¥dte Hueknsian& GendihicdCommunity

Advisory Group and Duchenne Australia both emphasised the need for

Australians to have faster access to gene therapies that become available

overseasi*

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
in the last 14 months to Pompe because the disease/as not diagnosed fast

1 0001 T wi OUWUUIT EVUOT OUWUOWET whb@btkeh EUI EwOU
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

143

Pfizer Australia, Submission 137, pages [4}[5].
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 23.

148

Myeloproliferative Neoplasms Alliance Aust ralia, Submission 11, pages 56; Spinal Muscular

Atrophy Australia, Submission 37, p. [1]; MND Australia, Submission 64, p. 4; Leukaemia
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3.94

3.95

3.96

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

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 theNational 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 diseasg5°

MND Australia and the ASCIA also supported increased provision of
genomic counselling in more general terms. 151

Other issues

3.97

3.98

PTA did not mention the National Health Genomics Policy Framewplkit
UUEOPUUI EwUl ECw UUUUEODBWHYU wil © OODDBIE K Wi
EQEwWOI I EUWUUVUET wEwx OOPEaAawUOwl UPET ws U1 1T wl
[T EOUT EEUI Owi UOOWUEUI |1 OBDOT wUOOWEPEFROOUUD
(UDWEOUOWEOOOI OUI EwUT E0w UUUDUEODPEZUwsi UE
of digital genomic data is fragmented across state-based and commercial
EEUEEEUI UZ WEQGEwWUT EVWEOOUDPET UEUDPOOwWOI T EU
Ul UYDPET wi OUwUUOUDPOT wESEWUT EUPOT wil OOODE
PDOUI UEBREODT 1 67

10ET 1T w UUUOUEOPEwWxUUwi OUPEUEWEwWxUOxOUEOu
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 ResearchAustralia, 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].

158 PTA, Submission 178, pages [4], [5].
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3.99

generate the evidence to support applications for repurposing medicines in

UEUI wEBUI EUI Upudpdséd ikt Eh® setviteWoudd wrovidle

Ul U0UPOT wEOEwWUUI EUOTI OUwpki 1 OwxOUUPEOI AwU
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 201854

The Gene Therapy Advisory 2 U1 1 UPOT w&UOUx Qw2 aEOQl aw" 1 P
-1 UPOUOWET UEUPET EwUT T ws &1 Ol w3l 1 UExaw UU
sxUOYDPEI wEwi UEOI POUOwWPHUT whbi PET wUOWEUUI
EOPOPEEOwWUI UUDPOIT 8 z wiatedidhddlebrly definedsét of E O wis 1 Y
EUPUI UPEswWUUET wEUwWPUU W3 OOOWET wEEOxUI E wli
Ul EQwOOUl wlUI WwEEWOEEK&OI @9 WOE Wi Rx1 U0UZzu
Group in the approval processes for gene therapies, and that the

&OYI1I UOOI OU wsthrésGtatabased yer® therapy trials with adjunct
infrastructure to demonstrate a proof of principle approach to approve gene

Ul 1 UBxabz

3.100 Medicines Australia submitted that:

60l pwUaxl UwlOi woOl EPEDPOI UwUI gUDUI wlhed EDI DEw
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

ITTUPOT zUwUPBDI GEOUWDDBWI UOEDPOT wExxUEDU
blood and blood -related products can be characterised as complex,
UOET UUEPOOWEOSEwWBUwWUDO! UwUI x1 UPUDYI 672

154 Roche, Submission 92, pages 227.

155 &1 Ol w3T T UExaw EYPUOUaAwW2U0UT 1 UPOT w&a&UOUxOw2aEDdi aw" i BC
pages [1}?2].

156 Medicines Australia, Submission 141, p. 12.

157 CSL Behring, Submission 145, p. 1.
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3.102 Sanofi made two recommendations in this regard: introduce approval

timelines and increase transparency; and review the current process.ts8

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 reimbursementtak | Uws UD1T OPi PE |
O0O0T 1 UzwUT EOQwi OUwOI EPEDOI UOWEOEwWUT T wi EE
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 UT EOOOT OEEUDPOOUOwWPI PET wOEUT 1 Oa

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 PBS16° 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

I E1 OEUOOOT PUUWOOWUT T w, 2 "zUw/ (". w2UEEOC
assessment of blood products, and introduction of parallel TGA and MSAC
processing of blood products. 16t

3106" 2+w! 1 T UPOT zUwWUUEOPUUDOOWI OEVUUI EwOOWEOC

emphasb Ul EwU1 Edetvedpdutiate a unique category of

Ux1 EPEOPUI EwUT T UExDI UwUT EQwUI gUPUI wEWE]I
are mostly used in treating rare diseases which brings further challenges as

discussed throughout this report. 162

158

159

160

161

162

Sanofi, Submission 99, p. 5

AusBiotech, Submission 114, pages 18.6.

Haemophilia Foundation Australia (HFA), Submission 119, p. 5.
HFA, Submission 119, pages 12.

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
Ul EOOOI OEEUPOOOWET YOOUUDPOOwhéndedtl T w) ! " z U
I BxT UODWEOOOPUUI 1 OwxUuoOYPUPOOWOI wEws EOT EU
x UEOPEEUPOOwWOi wi UDEEOET WEOEUOI OUUwWEOE WE
development and implementation of policies for rare disease treatments;
allowing parallel registrationand Ul POEUUUI 01 O0wx UOEIT UUDOI
Pl Ewx OUUEOwI OUWEOOUUOI UDWwEOOOI OUUz OWEODE U
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
EOOxOI Rw UUUUEOPEzZUwWUI T UOEUOUAWEOEwWUI BC
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 2022027between 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 O w' 1 EOUT z Uw
website, is still largely targeted at experienced industry members and their
consultants. The Committee believes improvements should be made to the
#1 xEUUOT OUwOi w' 1 EOGUT zUwPkIT EUDUT UwUOOwWI R xO
reimbursement system.

163 CSL Behring, Submission 145, pages 2.
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3.111 The Committee sympathises with MS Australia when it describes the
#1 x EUUOI OUwOi w' 1 EOUT z U ws4white i ® tkbteaseryfars B O x |
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" OOOPUUI 1 wET OP1 YI UwUT EQwUT 1 wEUI EUDPOOUW
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& zUwl i1 OU0UwUOwWUI E E hquiy @ Eduda® thehD EODUUIT U
EEOUUwPUUwWPOUOEW( OwPUwWUT T w" 6O0O6PUUIT T zUwY
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
xUOT Ul UUDPOT WUExPEOawEOEwW UUUUEOPEZUwW' 3
provide an agile assessment system. Thereforehe 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 20227. 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.






4. The Patient Voice

Overview

3T 1T wEOOET xUwoOl wsUT T wxEUPI OUwYODPEI 7
41 371 w" 000PUUIT zUwPOPUPUAWEUUUEEUI EwUUOUOG
families and advocacy organisations.! They offered many suggestions for
improving Australi Ez UWEUUUI O0wUT T UOEUOUAa WEQEWUI b
covering a wide range of issues, but the most dominant theme to emerge
i UOOwWUT 1 PUwl YPEI OET whEUwWUT 1T wbOxOUUEODEIT u
definition of this concept was offered to the Committee, but whe n asked
PT 1T Ul T UwOT T wEUUUT OUwUaUuU0l Qws Ul EUUPUUwWHU
Officer, Australian Patient Advocacy Alliance (APAA), replied:
| think it recruits a patient voice; | don't think it recruits the patient voice.
There is certainly an attempt| and that sounds a weaker word than it
probably should | by the department to actually consider the perspective of
people who are affected by the healthcare system. But often they ar¢ again,
for want of a better term| vanilla 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. | think that's a real opportunity to
actually improve the system, whereby we can include someone who is directly

1 37T w0l UOUws xEUPT OUz wEOEWs EOOUUOGT Uz wkl UT WweEOUT wUUIT E
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
Ul UOws xEUPI OUzwhbUwxUI 110U EwbOwWUT PUwUT x OUUOWEUU wL
the same meaning.

49
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4.2

4.3

affected, either as a patient or as a carer or parent, so that they are able to more
meaningfully contribute to the process. 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 patients 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

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 professionavoice or a manufacturer voice, but that is its benefit.

ow wxEUDPI OUAUWEUUIT UUOI OUwOi wubUOwWwDUwWOOUwU
should be informed by a doctor, but it is also informed by the ultimate need of

the individual. | 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

Committee HansardMelbourne, 22 April 2021, pages 34.
Ms Fiona Mobbs, Submission 38, p. [2]; Ms Patricia Pontynen, Submission 60, p. 3.

Prader-Willi Research Foundation Australia (PWRFA), Committee HansardVelbourne, 22 April
2021, pages 1a11; Ms Michelle and Mr Eliot Jones, Submisson 132.

Committee HansardSydney, 11 March 2021, p. 23.
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4.4 The Committee heard from the Patient Voice Initiative, which describes itself

EUws EwOUOUDPEDUE D x ODb Gdvdtates toraQ@dcEfatigtt UD OO wp
YOPEIT wbOuwi titsiitedithadODE a 6 7

6UI Ul EUET 1 U ihaker®dvenso® Oificél Bssues 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:

=  Qutcomes 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’

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 78; 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

4.7

4.8

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-OE OP OT wUT EVws ( wUOT POOwWUT EUwH Uu
OOUI uHe édted that the most important role patient input can play in

the3 & zUwWEI EPUDPOOUWPUwWUT U Gredoriedudiiicdmasd OE OU U
These enable the TGA to assess the impact a medicine or device has on

xEUPI OUUz wg@UEOPUA woOi woObPi 1 6w EEOUEDOT wlC
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

sT OOEEOwWUUI OEZ WUOPEUEUWDOEOUEDOT WUUET wé
Adjunct Prof Skerritt explained that patients have a more direct voice in the

3 & 7z U wiesiHuobgh Bstadvisory committees. These committees

consider most new drugs and many new devices as part of their registration

processes, and include consumer representativest! Since a 2017

reorganisation there are seven such committees, one each for hilogicals,

chemical scheduling, complementary medicines, medical devices, medicines,
medicines scheduling and vaccines2 Since March 2019, the consumer

representatives from the Advisory Committees on Medicines and Medical

Devices have served as membersolUT 1T w#1 xEUUOI OUwOI w' 1 EOU
Technology Assessment (HTA) Consumer Consultative Committee

alongside the consumer representatives from the Pharmaceutical Benefits

Advisory Committee (PBAC), Medical Services Advisory Committee

(MSAC) and Prostheses ListAdvisory Committee (PLAC). 3 Adjunct Prof

201 UUPUUwWOOUI EwUT EQwOT T wdl OET UUT BDx wodi wd
term-limited, and the TGA conducts call -outs for new members, including

engagement with consumer groups.4

A final important role that patients already play in the regulation of
therapeutic goods is through adverse event reporting, meaning reporting

10

11

12

13

14

Committee HansardCanberra, 18 June2021, p. 28.
Committee HansardCanberra, 18 June 2021, p. 29.
Committee HansardCanberra, 18 June 2021, p. 28.

Therapeutic Goods Administration (TGA), TGA Statutory Advisory CommitteesCanberra, July
2021,www.tga.gov.au/tga -statutory -advisory -committees, viewed 12 October 2021.

Department of Health, Submission 15, p. 28.
Committee HansardCanberra, 18 June 2021, p. 28.
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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

Ol EPEDPOI Uwi OUwPT PET wsUUT wbOwUOT 1T wii O UEC

ET EUEEU0I UDUI EG 7

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

Ol wxEUDI OUwYOPET WEWOUET wEWOUET wi Ul EUI Uwb
Pl wEUI WEET D1 YDOT 6 PEUWUOWOEOT wUUUIT wOi wdUU wl
EUOUOQE wbi E WuwluEwEPd duiUT Ex]T wOUUWEOOOUOPEEUDO
to write in regulator -speak or bureaucratU x I EO8 w( OEUI EUDOT 0aduwbl

EEUOUUwWUT | WOEEOI wEOEwWUIT T azUl wEEUDUEOOGawUT E;

Patient views on the Therapeutic Goods Administration

The Th&JEx 1 UUPEwW&OOEwW EOPODPUUUEUDPOOz Uwi OT E
patient evidence

4.10 Some patient groups were complimentary about the TGA. Migraine
UUUOUEOPEWEOOOTI OUI EwOT EVwWUT T wsUT 1T w3 & wx
have a high level of transparency andtrU U® z/0  wb UOUI wUi EVws O
Ul TUOEUOUAwWxUOET UUwmp3& wWEBEwW/! " AwbUwUC
echoed by Cystic Fibrosis Australia (CFA);° and Rare Voices Australia
P15 AWUEPEwWUT E0wPUws POUOGEWODPOI wUOWEEOOC

Therapeutic Goods AdmiOPUUUEUDOOWEOEwW UUUUEODPEZ Uwg
x UOE | ZNohethdess all three of these groups, along with many other

15 Department of Health, Submission 15, pages 3637.

16 Department of Health, Submission 15, p. 34.

17 Adjunct Prof Skerritt, Committee HansardCanberra, 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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4.11

412

groups and individual patients, had suggested improvements to how the
TGA functions.

Patients were clearly of the view that they need OOUT wOi WEwWYODPEIT wb(
EEUDYDPUPI UBw" % wUUEUI EwOT EQwUT T Ul wbUws C
UUET T wOUwxUPOUZOwWUUEUDPOT wUOT EVDws EOOUUOIT U
x U O E 3 Th&)BUARD Collaborative (GUARD), a coalition of genetic,
undiagnosl EWEOEwWUEUI wEPUI EUI wOUT EOPUEUDPOOUO
early stage, on a specific disease, in a multistakeholder format including
patient representatives, rare disease clinicians, regulators, HTA experts and
DPOEUUUUA6zZwUOWE O G WDE wdwBwhk BBDIwEDE WD IOW ws x
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
staki T OO UUB 7

/ WEOOOI OUI EwUT EQws UT 1 Ul wuwPUWEWOEEOQWOI
EOOUUOI UwOUT EOPUEUPOOUWEUWEOOWUUT xUwbOu
few patient-Ux 1 EPI DPEwOI EUUUI UwbPOEOUET EwbOuwIl YEC
1 OTETT Ol OUOWEOGEwWs POEOQUUDPOOWOI amh&e UDT OO0 wO
"OO0UUOI UUwW' 1 EOUT wuOUUOwWOI w VUUUUEOPEwW®" "
collaboratively with consumers and consumer organisations to accessand
understand real world data around co -design, diseasespecific, patient
relevant/patient -reported health outcomes (PROMSs) and patient-reported
experience measures (PREMSs), quality of life and patient preference data,
OUUUWE] wbOEOUEIT EuwEBWE ELUROD QRVE ETaduBFD Wi U U
Patient Pipeline Interest Group asked that the Pharmaceutical Benefits
Scheme (PBS) Medicines Status website, discussed below, be expanded to
include TGA information. 2

Patient comments on other Therapeutic Goods Administration issues

Use of Overseas Regulators

21 CFA, Submission 8, p. [2].

22 GUARD, Submission 46, pages 1112.

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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413

4.14

Beyond the issues of engagement with patients and patient evidence, a

OUOGEI UwOi wEUOGEEWUT T O Uwl 01 UT T Ewi UOGOwxEU
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

registered.2¢

Allergy and Anaphylaxis Australia (A&AA) submitted that the regulators in

Ul UUPOOWUT OUOCEWOOO0a WET wUT OUT woi wsEOUOU
Ul OE UD OO Fiwhile ttheibsBbohittersroposed: those regulators

already desighated Comparable Overseas Regulators (CORSs) by the TGA#

Ul T wsUUOxT EOw40POOZzUwsUUOXxI EOQw, 1 EPEDPOI U
States (US) Food and Drugs Administration (FDA); 2° or just the FDA.3° The

Australian Federation of AIDS Organisations (A FAQO) proposed that the

3& wUT OUOGEWOEOT wUOUT woi wEUUT UUOGT OUwUI xOU
OO0Pwx Ul YEOI OET wEOOOT wlMNDWistrald suggedtadx O x U O E
that programs similar to Project Orbis be developed for rare diseases, while

Ms Pontynen supported referring to overseas regulators when adjusting a
xUOEUEUzZ UwbOEPEEUDPOOWRI Ul UwbUwil EVWEIT 1 Ou

Length of review

2% Alpha-lvw. UT EOPUEUDPOOwW UUUUEOPEwWm h. AOw2UEOGPUUDOOWI |
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 1611.

2 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.

3t Australian Federation of AIDS Organisations (AFAQO), Submission 196, p. 4.

32 MND Australia, Submission 64, p. 8; Ms Pontynen, Submission 60, p. 2.
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4.15

Another common refrain ¢ 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

Ul T DPUUUE (BB GO ursVBD0 WQEBO WEQE wUT 1T w" %w/ Bx1 ODPOI
made a similar point, noting that TGA registration times are slower than the

%# 7zUWEOBwWS$, UG

Off-Label use

4.16

4.17

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 usaget 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®3 1 1 w»OUOEEUDPOOwWwx UOx OUI EwE ws
xUOT UEOQwWUOwxUOYPETI ws EwOIl ET EOPUOWI OUwUT |
and evaluation of off-OE E1 O w O I3t KimilArivéig GHF suggested
EOOUPEI UEUPOOWOI wsUPT T OwUOWUUPEOZ OWE w42
are allowed access to therapeutic goods that have completed Phase 1 trials

but not yet received regulatory approval. 7

Rare Ovarian Cancea expressed concern about how common off-label use is

in the treatment of rare cancers, since it means these medicines are not being

f UBE]Il EwEAwWUT 1 w&OYT UOOI OUWEOE wUGREAIT ws B C
argued that there are two other problems with ongoing off -label usage: it

Ul OPT UwOOWEwWxUIl UEUPET Uws bl Owi EVUWEQWUOEI
the benefits of of - OEET OQwUUIl z WEOEwWPUwOIi Ul Owuil b1 Uu
by individual applicat ion, so there is no ongoing certainty for the patient.3°

Postmarket 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

4.19

S5EUaADOT wYPI PUwPIT Ul wl Rx Ul UUmdketE OOET UODOI
UOUYI DOOEOEIT 6w, PT UEDPOI w UUUUEODPEWEOOOI C
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
i UPI ®BEOGad 7

% . wl BxUI UUI EwWEOOET UOwWUT EVwsOYI UUITUOE
random and unexpected monitoring can act as a disincentive for
balance between conducting essential post market monitoring and
assessments of approved devices and creating an environment that
I OEOQUUET I UwbOOOYEUDOODOZ G

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 bechanged to allow
ZEEUEWUOWET WEEEI EWEUUDOT wlOT T w3 & wxUOEI U
indications to be expanded without requiring further applications to the

TGA#215 wUUTTIT U0l EwUTl EQws EOOWUEUIT webpUI EUI
flagged as complex and may require additional scoping and stakeholder

1 OTETT Ol OUWUOWEEEUI UUwxOUI OUPEOQWET EOOI C
that ties into the discussion of patient engagement above

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).* 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

41

42

43

44

45

Migrai ne Australia, Submission 24, p.16.

AFAO, Submission 196, p. 5.

AFAO, Submission 196, p. 6.

CF Pipeline Patient Interest Group, Submission 169, p. 1.

RVA, Submission 86, p. 9.

Fragile X Association of Australia (FXAA) Submission 159, p. 2; ausEE Inc., Submission 73, p. 4.
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4.22

4.23

used to access priority review for a drug that would not normally be eligible
for it. 46

Ovarian Cancer Australia (OCA) calledfoUwUT | wbOUUOEUEUDPOOwWO
short-Ul UOWExxUOYEOOwPHUT wUUEUIT gUI O0wi UOOw
Ul EOOOI OEl EwET EOT POT wUT 1T w3 & zUwUITUOEUD
accommodate hedth promotion campaigns by non -government

OUT EOPUEUDPOOUZOWUXxI EPI PEEOOa*ulUOwl OEEOI u
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.*° It

Ul EOOOI OEl EwUT EQwUT PUWET wel EOV0wPPUT wlT U
This issue forms part of the broader question of the regulatory and

Ul POEUUUIT O O0wUauUil OzUwUIiI OPEOGET wOOwUxOC
Australia commented that many clinicians are unaware of the Special Access

Scheme- which allows access to unregistered medicinest and

recommended that they be educated about such matters5t

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 34.

4 Lymphoma Australia, Submission 143, p. [2].

50 Lymphoma Australia, Submission 143, p. [3].

51 Lymphoma Australia, Submission 143, p. [3].
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4.25

4.26

4.27

= |nputs to submissions through written submissions, consumer hearings,
stakeholder meetings, patient/family interview and organisational surveys,
for consideration by the committee. 52

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

Ol EPEPOI UWEUwWUT T awxUOT Ul UUwUT UOUTT wll 1 u
Ol OUOUDPOT wxPOOUwxUOT UEOwIi OUw' 3 wBOOUUOI

The Department described the work of its HTA Consumer Evidence and

$OTETT Ol OUw4O0PUOWI UUEEODPUIT 1 EwbOwl YRUNOws

UUEOUxEUI OEawldi w' 3 wxUOEI UUI Uwi DUUT T UB7
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*, Uw) Ow6 EVUOOOw#1 xUUaw" T EPUQw/ ! " C
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

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
= |nvitations 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 3839.

54 Department of Health, Submission 15.6, p. [25].

5 Committee HansardCanberra, 24 June 2021, p. 4.
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4.28

= Representation and input to formal stakeholder meetings and public
consultations.s®

In its own submission 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.5”

Patient views on the Pharmaceutical Benefits Advisory Committee

3711

w/ T EUOEEI UUPEEOuw! 1 Ol i POUwW EMIDPUOUA w"

patients and patient evidence

4.29

4.30

4.31

Patients were overwhelmingly of the view that the PBAC needs to be more

engaged with them and pay more attention to their views. Painaustralia

Ul 1T 01 EUT EwOT T wYBPl PUwWOT wOEQawxEUDPI OUUwPI

mechanisms for consumer input into PBAC processes [are] limited, and

consulted by the PBAC through its Deputy Chair on belimumab, a treatment

i OUWOUXxUUOwWOOWEwWs 0pORUUBDOEDOUDEEOWREOE (L

UT Opl Ews UT T wbOEETI QUEEa wOi w/ ! "zUwEUUUI G

PDPOxUUBzw( OwUl EOOOI OET EwUT 1T wYEOUIT UwWET YI C
UUI UUOI OUw( OUI UOEUDPOOEOZz Uw( OUI UTl U0w&UC

(OYOOYI O OU whiOiwd Guw WEBWEDRGTUWx OO0z wi OUwD

2PDOPDOEUWEOOET UOUwPIT Ul wUT EUI EwEa w, DT UEDC

difficult to engage with a PBAC process when there is insufficient

DO OUOCEUPOOwWXxUOYDPEIT Ewi UOOw/ ! "z WiEesDEws EU
in for consultations before a submission is made to PBAC, or very early in
OT T w/ ! "wxUOGEI UUOwWUT OUOEWET wUI aUDPUI Ed z u

I OEEOI EwOOws POPUPEUI wUUEOI T OOET Uu@lbi 1 UDC
The Save Our Sons Duch OO1T WHOUOEEUDPOOWEUT Ul EwlT EQu
needs to be included in HTA and other processes because the disease is so

56 Department of Health, Submission 15.6, pages 2526.

57 Department of Health, Submission 15.3, p. 1.

58 Painaustralia, Submission 56, p. 8. See Health Technology Assessment InternationalPatient and
citizen involvementEdmonton, undated, htai.org/interest -groups/pcig/, viewed 13 October 2021.

59 Migraine Australia, Submission 24, pages 17-18.
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4.32

4.33

4.34

sxO0UOawUOEI UUUOOEZ WwEOEWODYI Ewl Rx1 UPI OE
involvement in HTA would help educate the disease communit y about how

UT 1T wxUOET UUwbPOUOUWE OE wEputhehn® Aust@laa ws O0a U1 U
UUEOPUUI EwUOT EQws UT T Ul wOI 1T EUWUOWET wEWEOI
xEUPI OUwl BRx1 UPI OEl wEEUEwWUT UOUT T wUT 1T w' 3

I Bx1T UDI OBJudyQus@IEEU A WEOE wOIl O1 U1 woi wobi |
EDYPEwWxEUUPEDXxEUDPOOSzw( OWUEPEwWUT ECwPUwb
xEUUPEDXxEUDPOOWPOWUT I w 3 wxUOEI WUI UwlOwi
MS Australia suggested thatthe HTA s x UOET UUwUI OEPOUwOaUUI
consumers and, if they were to consider making a submission, [would] have
OOwbOET POIl wUT 1 wbOXxEEUWEwWO! PwEUUT wdPT T Uu
xEUPI OUUWEOEWEODPOPEPEOUWUOWET ussillDYDPEIT Eu
xUEOPEOQAaWEYEDOEEOI wbOi &UHe Mélandraand Skin' 3 wx
"EOQOEIl Uw EYOEEEaw-1 0UpPOUOwWm, 2" - AWUUEUI Eu
OPYI Ewl Rx1 UPI OEl ZwEOEwWs xUOET UUI Uwi GUwI C
meaningful, transparent and have a genuine impact/weighting in the

El EPUDPOOUGzw( Owi OxT EUPUIT EwOT 1T wlOi 1 Ewi OUu
i EEDPODPUEUI WwEOOUDPOUOUUWDOXxUOYY Ol OUwhOwWUI
2x]1 EODPOT wUx1 EPI PEEOOa wOi wUEUI wEPUI EUI UC
HTA processes formally embed, capture and promote the voice of people

OPYDOT whPUT WUEUI wEPUI EUI wEOCEwWUT 1 PUwi EOB
Ol 1 El EwOEUUEUDPY! WEOEWEOOUI RUwWOOwWUT T wgEU
YOI POwbPPUT POw UUUUE themBlq sthndard idtermO Ows / | " u
O 6EOOUUOI Uwi“OT ET 1 O1 OUG 7

" %wUUEODUO] Ewli EOwxEUDI 60wpOYOOYI 61 60u
decision-OEOD OT d w( UwEUT Ul EwOT EVws O1 U1 OEUVUWEUI
I YDEI OEl wxUOVYPEI EwEa wx EUBtenistiééd ubOUOw' 3
Ol ET EOPUOUWUOWPOEOUXxOUEUI WEEUE WHIRE wi YDE
Haemophilia Foundation Australia (HFA) said that HTA should involve

sl YDE]I OEl wUOT EVUWEOEOa Ul UwxEUDBI OUUwI BRx1 UB

60 SOSDF, Submission 33, pages 228.

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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4.35

explain what an outcome means to them to gain a comprehensive

02

OOUT 1 UwUUEOPUUTI UwUUTT EwUT EVws/ ! " wUUEC
EOOOI &1hi diew was shared by CFA, which submitted that the
&OYI UOOI OUwUT OU OE wsobsOitatbriaddisteding Bf @i tife O1 U wE
I YDE]I OEl wUx wi UOOUwWPOwWUT I wxUOBEIT UUOZz wEOE W
OUT EOPUEUDPOOUWUOWET a1 Riteanalstbmite®tdd T 1 wx U C
I TEUPOT WEOEWEOOUDPET UDOT wlUT | wx Eed®d] OUwY OB
working with rare disease organisations and consulting effectively on
patient criteria. 6°

Patient reported outcome measures and patient reported experience measures

4.36

Many patient organisations called for the inclusion of Patient Reported

Outcome Measures (PROMSs) and Patient Reported Experience Measures

(PREMS) in the HTA process.’® 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. * GUARD emphasised the importance of

/1., UOwWEI UEUPEDOT wUT 1 OwEUwsi UUI OUPEOwWOI
EIT YI OOxOl OUzZ OWEOGEwWUT T wOlI T Ewi OUwUT T Owldu
x UOEUEUWE]T YThé Spin@l MdstuarzAtrophy Association of
Australia (SMA Australia) like PBDUT wUUEUT Ew0OT EQws UT 1 wEOO!
the approval process from the beginning with PROMs or PREMs not part of

OT 1T w' 3 wUURYAdbhitéddatcompanies should be

sl OEOUUET T EZwUOwWPOEOUET wUUET wdl EVUUI UwE

66

67

68

69

Haemophilia Foundation Australia (HFA), Submission 119, p. 1.
Name withheld, Submission 22, p. [2].

CFA, Submission 8, p. [4].

ITP Australia, Submission 139, p. 5.

70 APAA, Submission 67, p. [2]; MSCAN, Submission 116, p. 4; HFA, Submission 119, p. 1;

71

72

73

Lymphoma Australia, Submission 143, p. [5].

CFA, Submission 8, p. [2]; MS Australia, Submission 85, p. 11.
GUARD, Submission 46, p. 9.

SMA Australia, Submission 37, p. [2].
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involve d in research design’4 Lymphoma Australia recommended that they
El uDOEOUEI EWEUwWxEUUWOI wEwgx OUUwWOEUOI UwE

Patients calling for more informaticdnsubmission summaries

4.37

4.38

"% WExxEUI OUOawUxOO0I wi OUwWwOEOafwxEUDI OUUU
transparency with sponsor submissions. Not enough information is
EYEDOEEOI wbOwUT | wxUEOPEWEOOEDOSzw( UwUI E
PPUI wOOUI wbOi OUOGE Ub O Cilite BuWdnile wrthiits wUUE OB U U
essential and could be achieved without compromising commercially
Ul OUpUPYI wpOi OUOEUDPOOG 7
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.”®

UwOl OUDPOOI EWEEOYT wUOT 1 w#l xEUUOI OUzUw" 3
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
EOUI EEAawDOwxOEE]l wbOw2EOUOEOEQWEOE wbUWEDPD
, OE1 OUzwUI EUDOOWET OOPG

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, Conmittee
Hansard Melbourne, 23 April 2021, p. 45.



earlier and ongoing consumer input into HTA | and when | say ‘consumer’ |
mean patient and clinician.”®

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. 8

4.41 Ms Sharon Caris, Executive Director, HFA, explained that:

6Pl WUUUOOT OAWEEYOEEUIT wi OUwWUT T w' 3 wEOOOPUU!
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 8!

4.42 The National Aboriginal Community -Controlled Health Orga nisation

- """ . AwOOUl EwUl ECwPUWEOUOEwWs OOUwWPEIT OU
consumer committee or PBAC with a primary expertise in Aboriginal and

30UUI Uw2 UUE b Uit recntin@ritiéd thatithe BePdutrineity

sl OT EQEl w EOUDPI POEOCOHEODOEwWwB OWOIl guaUUEDD W
EEUOUUW" OO0O0OO0PT EOUT w' 3 wBs(@@tobiddnded UwE OE u
U1 wi UOUEEODUT O1 OUwOi wEwUI xEUEUI ws EOUDI
Ol EPEPOI UWEEYDPUOUAaWEOOODPUUI T OzwNODPOUOa U
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. 8

Length of review and resubmissions
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80

81

82

83

84

Committee HansardSydney, 11 March 2021, p. 2.
Committee HansardSydney, 11 March 2021, p. 2.
Committee HansardMelbourne, 23 April 2021, p. 49.

National Aboriginal Community -Controlled Health Organisation (NACCHO), Submission 190,
p. 4.

NACCHO, Submission 190, p. 5.
NACHHO, Submission 190, p. 6.
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Many patient groups expressed concern wil T wi Op wOOOT w UUUUEO
processes currently take®s, 2 " - Owi OUwli REOx Ol OwUUEUI Euw
medicines and treatments is too slow, and lags in reimbursement are directly
DOXxEEUDPOT wOOwWUOOwWOEOawWw UUUUEOPEOUZ wbl BC
Ul pld wExxUOYEOQuwxEUT PEawbUwOI O1 Ul awEDE L
whether it will be successful. &

International cooperation

4.44

4.45

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.8” CHF focused on what Australia can learn about HTA methods from
overseas rather than direct collaboration, and the Alpha-1 Organisation
Australia (A10A) likewi se suggested the Government should review
international pricing strategies for low volume drugs, such as New
91 EOEOEZUWEUOEODOT wExxUOEET 8

) WEEOOI Ewi OUwsbPOxUOYI EwUUPOPUEUDOOZ L
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.8 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.*®

Interim access

4.46

, EOAawxEUDPI OUwl UOUxUwbkI Ul wUOOUOBOT wUUxxOUU
EEEI UUzZwOOETI OOwOI E O OTsupiedichés Gdiocedne O U O E wi
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.

8 2EQ0I DODxxOw" 1 POEUI Oz UwnOUOEEUPOOOW2VUEOPUIZD OO Wt t Ou
JDRF Australia, Submission 52, p. 5; OCA, Submission 135, p. 4; Carers and Patientd 8raf
V600E Colorectal Cancer, Submission 144, pages [8]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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/ Dx1 OPOI w/ EUDI OUw( OUI Ul U0w&a&UOUxwi OEOUUE
is discussed in Chapter 6. This was likewise supported by OCA and the

/ Owx E UUD E BUGEEVEAA wd EQUDU sSUFESMMAOSEaliE 4 w" % 6
EEYOEEUI EWEWUPOPOEUWEOUUUI Osadrgdrugda ws DOC
i O00OPDPOT w3 & 1EEN wl) EVEIAUY w UVUUUUEODPEwWxUO>
access to treatments once they are assessed as effective and then using real
POUOEwWxEUDPI OUwi RxT UDI OET wdOwWEUUI UUwxUDE

Real world evidence

4.47

4.48

4.49

Closely linked to the ideas of interim access and patient evidence such as
PROMs and PREMSs , many patient groups agreed that there needs to be
more use made of SGBEEOOI Ews Ul EOQOwP OUOE wisCHFET OEIT 7z wi
supported this proposition and stated that RWE:
6 DOEOQUEIT Uwi O1 EUUOOD E wedistrigsh gatiedd neportedl datal wUl EOU
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.%

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

sUIL UUOUwWPOWEPUXxEUDPUDPI UwPOWEEET UUwi U wOT
RVA commented UT EQws EVUUUT OUO0aOwUi 1T Ul whbUwOOwxU
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 accesséThe CF Pipeline

/ EOPI OU0w( 601 Ul U0w&a&UOUx wUl EOGOOI OEIl EwEwWs E

9. CF Pipeline Patient Interest Group, Submission 169, p. 2.

92 OCA, Submission 135, p. 4; APAA, Submission 67, p. #]; CFA, Submission 8, p. [4].

9 SMA Australia, Submission 37, p. [2].

9  Rare Cancers Australia, Submission 166, p. [4].

9%  CFA, Submission 8, pages [2], [4]; Name withheld, Submission 22, p. [2]; Migraine Australia,
Submission 24, p. 21; APAA, Submission67, p. [2]; MS Australia, Submission 85, p. 11;
Lymphoma Australia, Submission 143, p. [5].

%  CHF, Submission 205, p. 8.

97 SMA Australia, Submission 37, p. [1].

%  RVA, Submission 86, p. 9
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I YDE]I OEl wOOwWPOEOUET wOOUI wUOPYI UUEOQWEOE U
creation of guidelines to recognise its value;* it proposed gathering such

evidencethroul T WEEUEwWUI 1 PUUUDPI UOWEOE wWUT | ws &1 U
above©& 4 1# wOOUI EwUT 1 wbOxOUUEOET woOi ws EOOC
x OUDWExxUOYEOwWUOwWBY EVUET wUOEIT UUEDPOUDI Ubz

The comparator requirement

4.50

2001 wxEUDPI OUwl UOUXxUWEEOOT EwitcddUwUI I OUOwU
requirements. Migraine Australia submitted that a no comparator should be

UUT Ewi OUwWOT pwOl EPEPOT Uws PT 1 UT wlT 1T UT wbUu
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)2The CF Patient Pipeline Interest Group

likewise noted that many of the cystic fibrosis treatments in development are

sI PT T OawbOOOYEUDY!T wil Ol UPEwWUI T UExDPI Uz Ouw
type and use of comparators must be reasonable for the specifc mutation,

OO0wWUT 1T wi OUPUT wweEUDP]I OUwxOxUOEUDPOOB 7

Submissions without a sponsor

4.51

4.52

WwOUOEI UwOi wUUEOPUUI UUwWEUI PwUT T w" 600DUU
how submissions can be facilitated when there is no company willing to
sponsor them.
CFAandUT 1T w / WEOUT wUUEOPUUI EwUTl EQws xEUT E
PT 1T Ul wsEI Ol l PUWEOEwWx EUDI &The®FIC NetwhrE OWE | u
asked that the rare disease organisations be enabled to work with the
#1 xEUUOI O0zUw' 3 w" OOUUOI UwsnkmrEl OET wEOE U
sOl EPEDPOI UwbbUT wgél OOOUUUEUI EwEl 011 POwIi €
echoed by WMozzies, and by the Metabolic Dietary Diseases Association
and Prader-Willi Research Foundation Australia (PWRFA) which both cited

9  CF Pipeline Patient Interest Group, Submission 169, pages 2.

100 CF Pipeline Patient Interest Group, Submission 169, pages 1, 3.

101 GUARD, Submission 46, p. 13.

102 Migraine Australia, Submission 24, pages 1820.

103 CF Pipeline Patient Interest Group, Submission 169, p. 3.

104 CFA, Submission 8, p. [4]; APAA, Submission 67, p. [3].



68

4.53

454

4.55

4.56

4.57

Action 2.4.3.2 of the Nationd Strategic Action Plan for Rare Diseases (Action
Plan).t05

Migraine Australia brought up this issue in the specific context of

Ul xUUxOUDPOT w( DwxUOxOUI EwEws UPEOWEOE WE
OPUUI EwOl EPEDPOI UwU O wi Hevrequested bpthind gadies U D OT u
UUET wEUwx E GreLi50 WuwEEEGED 1EUW z0Uws EWYDEEOT wx E
OEOI WEOQWExxOPEEUDOOZOwWXxEUUP®UOEUOAa wi OUu
The Australian and New Zealand Headache Society submitted that it has

s Ul E Qiiothed atdas of unmet need in headache over time but has been

unable to advocate at any significant level for these changes, since the only

EUI EUPOOwWOl ws EOWEOUI U O BHethbov of auchEabentsy Ea wU Ou
the capacity for professional bodies such as ours to make such submissions
POUOGEWET wEPOwdOxUDOOB 7

2POPOEUOAOWUT T w UUUUEOPEOQWEOEW-1 bw9l EOE
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

A doctor who requested name withheld status, called for the establishment

Ol wxEUTI PEaAUwWI OUws UPOI CawbbPE]I OPOT wOIl w/ ! 2
Ul xOUxOUI EwOUI Oz wEUT UPOT wUT EVws UT 1 Ul wxE
initiation by drug companies. This has the advantage of removing

comOl UEPEOuwm®OUI Ul U0OUG 7

The Macquarie University Centre for the Health Economy (MUCHE)

UOTTTUUI EwUT | uwbOUUOGEUEUDPOOWOI wEws EOOUUE
new orphan and off-x EUT OQOUWEUUT UwOOwUT 1T w/ ! 20z wki DE

sUT 1 w, 2 " adBsSe9dhenE fiodess 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

110 Name withheld, Submission 48, p. [2].
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organises, coordinates and covers the costs associated with developing and
xUl xEUDOT wUT 1 wOIl El UUEVUaw, 2 "wEOEUOI OU0Uu

Access for Aboriginal and Torres Strait Islander Australians

4.58

Inadditi OOwUOwWPUUWEOOOTI OUUwWOOWUT T w/ ! "zU0wOI
EOOOPUUI T wxUOxOUEOWEPUEUUUI EWEEOYI Ow- "
streamlined pathway to incentivise sponsors to make submissions to PBAC

for Aboriginal and Torres Strait Islander populatio O Uz wE OE wE Ows Ux E E |
PBAC guidelines to emphasise the needs and priorities of Aboriginal and

30UUI Uw2 OUE P U w( VdEaket forthesd prapasadibpard U 6 7
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

4.60

Another vital issue for patients was the question of how med icines,
particularly for rare diseases, are valued. Narcolepsy Australia
Ul EOOOI OET EwUT E0ws UEODPUa wOl wODI T wEUUI U

ExxOPEEUIBOQUIYUUEOPEWUI EOOOI OET EwlOT EQwC
the [economlc assessment] of tratments to include not just the immediate

UUUUEODEWUUT T 1-hakkd icirg Endt¥gieOincdro@ting
EUOEEwW' 3 wUOOwWOERDPODPUI wEl OI I DUUESESOUOE WEI
PEUDI OUw5OPET w( OPUPEUDYI wi BT T OPTT Ul EwUOI
documented in traditional evidence, includingnon -I T EOUT wEIl O1 i POUO
EUwsI EDOUT®wUDPUOUS 7
, PT UEDPOIl w UUUUEOPEwWPOUPUUI EwUTl EQwi OUws G
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

11 Macquarie University Centre for the Health Economy (MUCHE), Submission 62, p. 2.

112 NACCHO, Submission 190, pages 56.

13 NACCHO, Submission 190, p. 3.

114 Narcolepsy Australia, Submission 55, p. 6.

115 |TP Australia, Submission 139, p. 5

116 SMA Australia, Submission 37, p. [1].

17 Patient Voice Initiative, Submission 71, p. 2.
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4.61

4.62

4.63

as increased tax revenue through patients returning to the workforce. It

EIl UEUDPEI EwUIT Postls E Ow E 0 ¢ ivé Odnd& B fudenigwas

OEE]l wEaw' % Owbi PET wUUTTT UUI EwUT EQwUT T w'
cost benefits to the whole of government of the whole of life benefits that our
EOOOUOPUawWI Rx1 UDI OEIT Oz wO dudgets.Utd)edamplés] wb O x
Ol ws POEDPUI EUwWET O1 1 POUUzZ wbOEOUEI EwsET POEU
and relatives being able to spend less time caring for patients and more time

working. 119

"' %QWUUEOPUUI EwUT E0ws UT T wEUUUI OUw/ ! " wEU
medicinl U6 DOEET gUEUI OawEOOUPEIT UUwWUIT 1 wi YEOU
DPOXEEUUwWOI wEwWxEUUPEUOEUWDLOUI UYI OUDPODOGG S
intervention must be conducted within a societal perspective and [with a]

EUOEEIT UwE 00 @) R Wau uuwEBD®EIgmEtelirios Uws 6 UOUD
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

El wOPUUI Edzw( OwUT EOGOOI OET EwlUT EVUWEwWI OUOE
undertaken to try to develop a better model. 12

&4 1#WwWEUT Ul EwOT EQwOT 1T WEUUUI OUWExxUOEET u
UO6U0TT wxi UET BYI EwOUwI UUPOEUI EWYEOUIT woi u
correctly valuing medicines according to the outcomes they produce, and

raised the possibility of paying lower prices in return for faster

reimbursement of medicines.’223 1T 1 w/ %( " w- 1 UPOUOWUUEODPUUI
disease therapies [are] unable to meet the criteria for sibsidy under current

/v " woxEUT PEAUWEUWUOT T awkl Ul wgl UDT O1 Ewi C
EPUI EUI wBi 1 UExDI Ub 7

The A10A argued that subsidisation of new drugs or technologies should be
xUPOUPUDUI Ewsbl 1 Ul wEwli 1 Ol UPEWEDUOUET Uwl

18 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 1213.

123 PFIC Network, Submission 19, p. [9].
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The postPharmaceutical Benefits Advisory Committee process and price negotiations

4.64 Migraine Australia raised the issue of how post-PBAC pricing negotiations

4.65

are conducted, suggesting that budgetary concerns are too prominent within
Ol 1T w/ ! "zUwWEI EPUPOOWOEODOT WEOGEWUT EVwWUT 1
Authority should be re -established to provide independent oversight of the

pri cing negotiation process.?6 SCN2A Australia requested the Government

sUI EUET wOT 1 wEl OEawbhbOwi 1 U0UPOT wExxUOVYI EwC
although it used medicinal cannabis as an example of this, so it is unclear to

what extent this refers to price.1?’

) WEUOI Ewi OUws EwOOUT wi i i PEPI OU0wUIT HPUU
PPDUI OUOwWNI OXxEUEDUDPOT WEOOUUOI UwUEITI T Uaozu
eczema treatment dupilumab, which had been recommended by PBAC
seven months before the date of submission hut had still not been listed. 128
"' %WUUEUI EwUT EQws DOxUOYI EQwUUUI EOCODPOI Eu
needed to enable greater transparency of funding arrangements across the
I 1 EOQUIT wi Sdvdial sDdmitters raised the issue of the lack of any time
limit on price negotiations between the Government and sponsors; 13 MS
UOOI wEl UUEPOUawUI T EUEPOT WEEET UUwUOwWUUI E
EOPOPEPEOUzwI RxI EUEUDPOOUSG

Listing update and review process

4.66

/ 61% wWUOUET I EwOOWEOOUT I UWEOOOOOWUT 1 01 wh
a process for timely review and updating of PBS listings to ensure equitable

124 A10A, 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.
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and evidenced-EEUIT EwgZ UP E ¢ wE B ITRIAUSr&i®audgésted E x D1 U
thatsucl WEwx UOET UUws UUDPOPUI wi YPEIT OEIT wi UOOwl
Ol E U U The gFoPatient Pipeline Interest Group recommended that the

&OYI UOOI OUws ECOOPwWOOUIT wib&il ROBED lwikd QE 11 @U «
be considered with a particular sponsor, where new medications are

provided and the listing can be expanded to include additional patients

PPUT OUUWE EE DB UD O O EB‘Digraihe Alistafid abvodatédifdl z &
sEUUOOE UbEEMO AWl x EUBUDOOUWEOE W

The patient voice and the Medical Benefits Advisory
Committee

467 371 w#l xEUUOI OUwWDPOI OUOT EwlT 1 w" 600PUUIT T wd
MSAC consultation processes took effect to improve opportunities for
stakeholder input, provide procedural fairness and improve

Patient views on Medical Services Advisory Committee

, l EDPEEOQwW21 UYPEI Uw EYPUOUaw" OOOPUUIT zUwW
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.
469 &4 1#wEOOOI OUI EwUOT EVws Pl whi OEOOT wlOIT 1T wuUl
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
PDOOWOOUWET wi UEOwWPOwbk | ¥ Théuewkdzmi@ UEOUD UE
Foundation supported Action 2.2.3.b of the National Strategic Action Plan for

132 PWRFA, Submission 110, p. [3].

133 |TP 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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4.70

4.71

Blood Cancersunder 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

EPDET OOUUPEUSG3T PUwUT OUOEWPOEOUEIT wi 6T ECEDOT |
engagement with the MBS listing process, drawing experience from improved

consumer engagement in PBS processes8

15 woOPOI PPUI wUUEOPUUI EwUT EQws UT T w, 2 " wE
UPOI OPOI UWEOEwWi OUOEOQWEOOUUOT Uwl 61 ET1T OI C
UPOI Il UEOT UwUOwWUI EET WEOEwWxUEODPUT wOUUEOODI
timeframes, are implemented and made publPE 8 z w( OwUl x OUUIT EwUOT
xEUPI OUwOUT EOPUEUDPOOUWI EYT ws Ewl BT T 1T UwoOl
the MSAC due to these differences in transparency3°

+a0x1 OOEw UUUUEOPEwWUUxxOUUI EwUI 1 wxUEODE
summaryof UUEOPUUDPOOUZ wOOwWUT T w, 2 " wEOCOOT wkb
for each meeting 14°HFA called for the involvement of patient organisations

i UOOwWUT 1 wET T HDOOPOT wOi wlOT T w, 2 "wxUOEI UUC
appropriate evaluation tools, clinical or quality of life outcomes or

El OET OEUOUGSzw( Uwi BT T OBT T UI EwUOT T wlOl T Ewi C

given how PROMSs can vary between different conditions. It explained that:

6 E wE U O Utbidisim an@ lowudxpectations of treatment benefits has meant
that people with haemophilia often have higher mental, psychological and
social scores for healthrelated quality of life than people with similar chronic
health conditions, such as arthritis, while 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

139

140

141

Leukaemia Foundation, Submission 103, p. [8].
RVA, Submission 86, pages 1611.

Lymphoma Australia, Submission 143, p.[5].
HFA, Submission 119, p. 9.
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how it has increased its international cooperation through initiatives like

Project Orbis. In particularitwantedto Ul T wUT T w, 2 " whI@EOUEIT w
EEVUEwWUTl E0wPUwUDOl OawEOEWEODT Ol EwbPDUT WE x
decision-making. 142

Broader concept of value

473 &4 1#wbl OEOOI EwUT I wbOEOQUUDPOOWOI ws x1 UUOC

OT 1 w, 2 " z UnakdgFahougtOt@xpressed 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
UUEUPEaAdwW( OwUl UxOOUT wlOOwUT PUwWPUUUT wbUwx
and understanding of the principles underpinning Australian HTA

x UOET UUI Uz wuEGEWPOEUI EUDPOT wUOT 1T WEYEDOEEDC
processest*?

Miscellaneous patie nt comments on Medical Services Advisory Committee

4.74 Patient organisations raised various other concerns about the MSAC. RVA

OOUI EwUT EVwsPT POT wOT T w, 2 "wEEOwWUUIT wl BxI
EEOQwWOOO0a wE]l wEOOUDPEI ¥WHAAmdked thai thé RBBEOPUUD OC
Medicines Status website be expanded to cover technologies being reviewed

by the MSAC.%5Finally, the AFAO recommended that the Government

Ul OUOEwlI UVUEEODPUT wEws xUPOUPUawWUUEEOZz wlT U
s O1 1 El E wbr@linteiesdt for@hE protection of the public from health

Ul UigU0UGb 7

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

143

144

145

146

Lymphoma Australia, Submission 143, p. [5].
PFIC Network, Submission 19, p. [2].

RVA, Submission 86, pages 1611.

HFA, Submission 119, p. 10.

AFAO, Submission 196, p. 3.
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4.76

level. Seeking submissions or statements fromhealth consumers with lived
experience could assist greatly in understanding the conditions and lived
experience health outcomes for patients147

It proposed reducing PLAC application times by making more use of
international approvals. 148

Other submit U1l UUz wY DI PUwOOwUT 1 wx EUE

4.77

4.78

4.79

Manynon-x EUPT OUwWUUEOPUUI UUwi BRxUI UUI EwYDI pPU
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

EI OPI YI wOT T wUaUuUl OwUUI Uwsi EPUwWxUOEIT EUUI
OxxOUUUOPUDPI Uwi OUWUUEOI T OOET UwxEUUDPEDXE
improved. 14°

BioMarin Pharmaceutical Australia advocated for compulsory consumer

ITTEUPOT UOwUOTT UT 1T UwbPUT wsExxUOxUDPEUI wx U
expert clinicians and patients to be considered in the evaluation process?1%0

+$. w/ T EUOEwWUUTTT UUI EwUT EQws xENebBsOU wY DI b
xEUOWOT wUIT T w 3 wEUUI UUOI OUwxUDBET UUz OwEC
mechanism to allow for better patient contribution will improve decision -
OEODP®I 67

, T UEOwW' 1 EOUT EEU]T wUUxxOUUI EWEwWs UOUOBBT |1 Uu
whole.152 Better Access Australia raised a number of questions about how

Ul T wEUUUI O0wUauUl Owl OTETT UwbbUT wxEUDPI OC
T UOUxUWEOQOEWPDOEDPYDPEUEOQWEOOUUOI UUBwW3T 1T Ul u
concerns that the system is much more engaed 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 34.

151 | EO Pharma, Submission 202, p. 3.

152 Merck Healthcare, Submission 34, p. 1.



76

4.80

4.81

4.82

4.83

versa; for example patients who provide feedback on a submission are not
notified when a decision is reached on that submission.153

The Australian " EUEDOYEUEUOEUwW OOPEOEI wUI EOOOI O
consultative process between all HTA committees and researchers,
EOPOPEPEOUOwWx EUDI GsiMerokEShatpug-OBHND Audttalial U O U x U
UUEODPUUI E wUicdnteediappraachftdHITA]|GeqU D UI Ez wET EEUU
xEUPI OUUWEUDOT wEzwUOPGUI wxl UUxT EUDPYIT wdC
Ol pwlOUI B®WOI OUUG 7

37T w UUUDUEOPEOwW' 1 EOUT EEUI WEOEwW' OUxBPUEOU
difficult to balance the type of data and evidence required for curr ent HTASs,

which are largely based on clinical outcomes, with patient outcomes or

I Bx1 UPI OEl Uz wEOEwWUT EVWYEUDPOUUwWs EEVEWODC
xUOxOUI EwUT EUwUT T wUauUl Owldl 1 EUws UOwi 6UU
experiences are measured ad included in datasets through standardised

UauUl OU wol U wH b€ bnmerdaiidh Waszchoed by Stryker

20001 w/ EEPI PEOwPT PET wUUTT1T UUI EwOT EQwi UC
to focus on outcomes that matter to patients as well as cost effici OE &1 U z

, 1 EPEDPOI Uw UUUUEOPEWI RxUI UUI EWEOOET UOwU
EOOEPUDPOOUzwbT OWEOWOOUwWI EYT WEEET UUwWUOWE
UOUUTT Ol wUOWEOOUUPEUUT wUOwW' 3 wxUOEI UUI U
stakeholder involvement in decision -making, before, during and after HTA
EOOUPEI UEUDPOOGzw( UwUUxxOUUI EwUUOUI 01 011 6
POxUOYDOT wxEUDPI OUwhbOxUUwxUOEI UUI &BtwEOE u
noted that patient involvement in HTA is legislated in Germany, Italy and
SEPPEOOWEOGEwWUUT TT1 UUI EwUT EQws UT 1T Ul wbUWEC
Australia. 159

5PpP5w' | EOUT EEUIl w UUUUEOPEwW®p5S ODODYAWUUEODU
PBAC submissions should be encouraged and valued as meaningful
evidence leading to betterinfoUO1 EwWET EPUDOOUOZ WEOE Wi Ox 1 |

153 Better Access Australia, Submission 160, pages 112.

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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4.84

4.85

4.86

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

xUEOPUI POT ws Ul T wxEUDI OUWEOGEUOI OUzwdOOBC
Ol ws EWUEOx Ol wOiauxEUDPI OUwi 11 EEEEO0S7

The Medical Technology Association of Australia claimed UT EOws 1 YEOQUEU
x UOET UUT UWEOwWOOUwWUUI I PEDPI OUOAWEEEOUOU WI
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
whetheritiUwU Ul EWEUWEOO8 w( UwUl EOOOI OEI EwUT EC
an open workshop on the incorporation of patient input and preference into

MSAC evaluations with a commitment to implement aligned

Ul EOOOIT O EEIthy@ed s 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

Commenting on the draft MSAC guidelines that were available at the time it

made its submission, Edwards Lifesciences praised the proposals for

carers), and the provision of evidence to support the patient relevance of the

ET OUI OwOUUEOOTI 6zw( OwUUxxOUUl EwUOT T wxUOxO
xEOPI OUwxUT 11 Ul OEl wEEUEZ wbOWExxOPEEUDOC
looked to as a model for patient engagement in HTA, thatthe # 1 x EUUO1 OU 7 |
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

PRISM (Psychedelic Researchi? ED1 OEl wEOEw, | EPEDPOI AWEE
mechanisms for consumer and stakeholder involvement and engagement in

Ul 1T wEUUT UUOI OUwxUOET UUwi OUwlOUTI EUGH#O0UWH
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 5354.

163 Edwards Lifesciences, Submission 83, pages 332.

164 PRISM (Psychedelic Research in Science and Medicine), Submission 161, p. [5].



78

sOIWET DOT z wOi wlOT T wOOOPOI ET T wOi wxEUPI OUU
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

4.88

4.89

There was considerable interest throughout the inquiry in the approach of

Ol T wa*zU0w- (" $O0Owbi PET wUOT T w, EEGUEUDPI wa DY
$EOOOOCAWUUEODUUI Ews PUWEEDPE wuk® OWwsA IUDIU K
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

Ul EET BDOT wOUUwWUOOwxEUDI OUwOUT EGBDMSEUDOOU WE
Simone Leyden, Chief Executive Officer and Co-Founder, NeuroEndocrine
"EOEI Uw UUUUEODPEwWm- $" AOwODPOI PPUI wxUEDU
patients about HTA. 168

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

i OUwUIT POEUUUI O1 OU68PUAUWUOOT Ul e®@®owUl EQwPI |

The Victorian Comprehensive Cancer Centre indicated its support for such a
model.'?/ EDOEUUUUEOPEwWODO!I PPUIT wUDOT O1 EwdU U

EOOUUOUEUDPOOWPOUOUT OxUOzZWEUwWPT OOWEUwx EU

165 Australian Antimicrobial Resistance Network, Submission 53, p. 2.

166 MUCHE, Submission 62, p. 8.

167 Committee HansardMelbourne, 22 April 2021, pages 23.

168 Committee Hansardylelbourne, 23 April 2021, p. 43.

169 Committee HansardMelbourne, 23 April 2021, p. 45.

170 Professor Grant McArthur, Executive Director, Victorian Comprehensive Cancer Centre,
Committee HansardMelbourne, 23 April 2021, p. 45.
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committees.1? Viiv Healthcare de UE UDETI EwPDUUWUEOxDOT wx UOE

UOwhbOxUOYI wlUI T welUUI O0wUaull OO0z wkT 1 U
with the input of clinicians and patient groups to determine patient
population, place in clinical practice and most appropriate comparator f or
Ul 1 wUOTHR2UExadz
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, explained 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, |
guess, across the board patient organisations are involved. | should also say
that patient organisations are very much part of our methods and process
development work. When we think about new ways of working | and we're
currently in the midst of one of those processeq we 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

1711 Ms Carol Bennett, Chief Executive Officer, Painaustralia, Committee HansardCanberra, 26 March
2021, p. 17.

172 Viiv, Submission 80, p. 7

173 Committee HansardCanberra, 7 July 2021, p. 3.
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UOT 1T w" O00PUUI T wsbil wiEl 0PI YI wUOT EVWEWET UEDO
developed with patients [in Australia], much as they have done i n
2 E O U O’EShd=sdid that so far as she is aware the Scottish system is the
only one currently providing such summaries. 175

492 , Uw, OOPEEwW%I UUDPI OwnOUOEI UOw&4 1#OwbEUwx
ExxUOEET OWUUEUDOT wlOl ECws 2EOODPOEwWEDI WwU
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: 'Thisis 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.' 17

4.93 Inits Guide for Patient Group Partnesw2 EQUOEOEz Uw' 3 wEOEa wC
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 Fotemplate is
available online for download. 178

495 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 decisionmaking 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 HansardMelbourne, 22 April 2021, p. 1.

175 Committee HansardMelbourne, 22 April 2021, p. 2.

176 Committee HansardMelbourne, 22 April 2021, p. 23.

7 2EQU0DUT w, 1 EPEDPOI Uw" OO6UOUUPUOOWs wi UPET wi OUVwxEUDI
(revised August 2017), p. 8,https://www.scottishmedicines.org.uk/media/5616/quide -for-
patient-group -partners-2017.pdf, viewed 13 October 2021.

178 www.scottishmedicines.org.uk/media/2775/summary -information -for-patient-groups-form.doc.
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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.17

Canada

496 2001 wxEUDPI OUwl UOUxUwxUEDPUI Ew" EOEEEz UwE x

specifically its provision of feedback to patient groups who have commented

on a HTA submission. Ms Mackechnie, APAA, for example, gave evidence

thats x UOYDEDOT wi 11 EEEEOWOOWUT T wwgxEUDI OU¢
worked, what didn't work and how it could be improved for next time is

O000a wEOODT wEMsil'eylENENEEA likewise told the Committee

Ul EQws Ul 1l whEawg" EOEEE WE GEadl BpSKIOE OE¢ wbOY
consumers and train them in what the HTA system is about is what we

Ul OUOGEWET wUl #OPEEUDOT wil Ul 8z

Future government engagement with the patient voice

4.97

4.98

The Department and its staff were keen to emphasise the progress that has

been madein 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

I EUwOYI UEOOwUI Ux OOU D E BT Adivties| tdduhe UT | w# 1 x E
"O00O0PUUT T wUT EQws UT 1 wETI xEUUOT OUwWIl EVWET T G
systematic consumer engagement relating to health technology assessment

x UOET UUIl UOWEQGEwWUT ECwbPDPOOWEOOUDOUI dz w21 1

sEwll POE®HODOOwx OEUI OUBDz wi OUw' 3 wdOODPOI 6

Ms Platona commented on the discussion of overseas systems, particularly

- (" SWECEWUT T w2, " OWEOGEWPEUWOI | OwUOwi Ox1 E
1 YT UaAUOUT POT ZwWEGEWEOT UwdOOUwl EYT WwWEOOwWUT 1 wU
such as price negotiation and purchasing.'#3On the issue of supporting

submissions without a sponsor, she explained:

179 Committee HansardMelbourne, 23 April 2021, pages 67

180 Committee HansardVielbourne, 22 April 2021, p. 2.

181 Committee HansardMelbourne, 23 April 2021, p. 43.

182 Committee HansardCanberra, 18 June 2021, p. 18.

183 Committee HansardCanberra, 18 June 2021, p. 21.



82

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 need a sponsorie4

499 371 w3& zUw ENUOGEUwW/ UOI w20l UUPUUwWOOUI EwU
has received due to the COVID-luNwx EOQOET OPEws EUPOT UwUT 1T wl
stand up a lot more education and communication about medicines and
products that [pati 1 O U U ¢sa0ih the i8spe of patient evidence he
EOOOI OUI EwUT EQws bi E U wpdndukdid partoOivisonOrk wU O b E
we're doing to look at real -world evidence | is to ensure that consumer
xEUPI OUwUl xOUUI EwOUUEOOI UuEUl wUuUl | O1 EUI E

410037 T w/ ! " wOOUI EwUT T ws Ol 1 EwUOwI OUUUT wlT EU
1 OTETT Ol OU¢ wbOPUPEUDYI UwPUWEET GUEUIT Oa wU
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

410237 T w/ ! "zUw#l xUUaw" T EPUw, Uw6 EVUUOOWUOOE W
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 cyclel for PBAC, particularly, at the time of submission or at the time of
the subcommittee consideration| and have more of a path, if you like, in the

184 Committee HansardCanberra, 18 June 2021, p. 30.
185 Committee HansardCanberra, 18 June 2021, p. 26.
186 Committee Hansardzanberra, 18 June 2021, p. 29.
187 Department of Health, Submission 15.3, pages 45.
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. | 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. 1%

4.103 The MSAC did not itself provide any evidence to the Committee, but the
#1 xEUUOI OOwWUOOEWUT T w" 6O6O0DPUUI T wUT EQws 0T 1
continuing to improve MSAC processes, including in respect of stakeholder
revised MSAC consultation processes took effect to improve stakeholder
input, provide procedural fairness and improvet UEOUx EW] OEad s

4.104 As noted in Chapter 2, on 7 September 2021 the Minister announced the
signing of five year Strategic Agreementsith Medicines Australia and the
Generic and Biosimilar Medicines Association. These agreements include
s UT ldesigrtand implementation of an Enhanced Consumer Engagement
Process to better capture the patient voice early in the medicines assessment
x UOET UUOZ WEUwWP]T OOWEUWEWEOOXxUI T1 O0UDYI wul
general 192

Pharmaceutical Benefits Advisory Committee respo nse to other
issues

4105 ( OwUl UxOOUT wUOwWUT 1 wEOOET UOUWEPUEUUUI EwE
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 meetimg with clinical groups and hearing submissions from
them. For example, in relation to the new medicines for spinal muscular

1% Committee HansardCanberra, 24 June 2021, p. 7.

191 Department of Health, Submission 15.6, p. [13].
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agreements to bring significant benefits for Austral B E O w x E Wbdia ®&ldasasSeptember
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 consul outside, where
required, in relation to not just rare diseases but also other diseasest?

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., cinical 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 useful 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
POUOWOI wlOT 1T wxEUDPI O0wUI xUI Ul OUEUDPYIT UwbOOu
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

194

Committee HansardCanberra, 24 June 2021, pages®

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 20227 between the Government and Medicines
Australia.

4.109 The Committee considers thatit 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 p@ple 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 crosss-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
EOOXxEOQawbbOODOT wOOwWUxOOUOUWUT 1T 08 w31 1 w" C
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 corpany, 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.



5. The Therapeutic Goods

Administration

General themes

Positive feedback on the Therapeutic Goods Administration

51

5.2

Many submitters were complimentary about the Therapeutic Goods

EIl YPEI UGwll EOUEEUDPWIEUI w#bUI EUI Uw UUUUE
very efficient in registering O1 E D E E O w % ARQE AuBtdlid dopmmented
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pleased with the accessibility, efficiency, responsiveness and amiability of
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Specialised Therapeutics Australia submitted that substantial improvements

to the TGA were made following the 2014 Expert Panel Review of Medicines

and Medical Devices RegulatigBansom Rdew), 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 -

Recordati Rare Diseases Australia , Submission 3, p. [1];
ARCS Australia , Submission 41, p. 10.
Kyowa Kirin Australia , Submission 87, p. 3.

Biotronik Australia , Submission 130, p. [5].
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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

54

The most popular ideas for TGA reform among other submitters was

increased international harmonisation and cooperation. ¢ Submitters argued

that products approved by reputable regulators have already been proven to

be effective and safe, so reassessment by the TGResults in duplication and

inefficiency.” ( UwWP EUWEOEDOI EwUT ECwl DYl Ow UUUUEC

alignment with larger markets is necessary to ensure fast access to medicines

and devices, particularly for rare diseases?® 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
UUUUEODPEZUwxUOEI UUWPEUWE®DT O1 EwpDUT wlli

Submitters emphasised the need for the TGA to harmonise its systems and

processes with overseas regulators'? It has already made progress on this in

10

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.

Sanofi, Submission 99, p. 3; Medical Technology Association ofAustralia (MTAA), Submission
148, p. 35.

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.

ARCS Australia, Submission 41, p. 10; RESULTS International Australia, Submission 106, pp. 5

6; AusBiotech, Submission 114, pp. 11l Ow UUOUEOPEOWEOE wW- i pw9i EOEOE w"
Haematology/O ncology Group (ANZCHOG), Submission 120, p. 6.

Mirum Pharmaceuticals, Submission 10, p. 1.

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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5.5

5.6

57

5.8

some areas, such as ProjedDrbis for cancer medicines which was praised by
several submitters.1t

AstraZeneca Australia and Bayer Australia and New Zealand commented

Ul EQwsUx] EPEOQwWUI T DUUUEUDOOWUETT Ol Uz wODO
expanded for other diseases besidescancer, with AstraZeneca Australia

giving the examples of asthma and cardiovascular diseases!? 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. 3

In the area of rare diseases, Dr Falk Pharma Australia suggested an
SEEEI Ol UEUI EwxEUl PEazwUil OUOEWEIT WEYEDOEE
(OUI UGEUDPOOEOwW UUUUEOPEOwWO!I EOPT BOI OwUI E
Australia to drugs for rare and orphan diseases with WHO [World Health

UT EOPAEUDPOO¢ w/ Ul gUEODPI PEEUPOOWOBUEODUA L
would have the added E1 O1 I PUwOi ws EOOOPDPOT w UUUUEO
EOUUUWOI 1 OUPEUT Ewl OOEEOOa wi OUWUUET wxUOE
Medtronic Australasia was generally strongly supportive of more alignment
with international regulators, but argued that in a ligning with European
Union (EU) devices regulation:

60T T Ul wOIl 1l EUWUOWET wWEWEEOEOET wWEOEWEEUUD OO wWI

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.1¢

20Ua0l Uw20U0UU0T w/ EEDPI PEwUI EOOOI OEI Ews El OFE
3& wET EPOUUOwWDOUI UOEThOMEGEATacknoltgy wx UEEUDE |

11

12

13

14

15

16

17

Dr Haith am Tuffaha, Submission 72, p. [1]; AAN, Submission 98, p. [5]. ALLG and HSANZ,
Submission 112, p. 7.

AstraZeneca Australia, Submission 42, p. 2; Bayer Australia and New Zealand, Submission 175,
pp. 2-3.

Amgen Australia, Submission 82, p. 10.

Dr Falk Pharma Australia, Submission 17, p. [3].
RESULTS International Australia, Submission 106, p. 3.
Medtronic Australasia, Submission 122, p. 21.

Stryker South Pacific, Submission 28, p. 6.
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continue improving and streamlining its internal processes to deliver
EOOUDPUUI OUOCaAawg@UPEOWUI YPI PwlUDBI UwbOwobpOI
ARCSAustraliaraisedtheU x i EDi DE UJDU U Ui uJ(")I' uJU'I' i w3 & z U

Il EUOOOPUEUDOOOZ ubOWEOOUUEUUWUOWUT 1 w3 & 7
Ul EQws Ul PUwbPBDOOWPOEUI EUDOT O aandxévérdel OUWE u
U1l wxUOT Ul UUWEOEWEEYEOEI UzwOEET wEawUI 1 u
Ul UxOOUI wOOwWUT T Ul wbUUUI UOwhUwUI EOOOI OEI
overseas [Good Manufacturing Practice] accreditation and not insist on

additional evaluation o f audit reports or request review of technical

ET UI T Ol OUUWET Pl 1" OwWOEOQUI EEOUUI UUB ws

The case for caution in alignment with overseas regulators

5.10 While a strong majority of submitters who raised the issue of alignment with

511

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:

Itis vital that the TGA regularly monitor any changesto approval processes
for research and development across the CORs to ensure thastandards
remain of a suitable high level. Additionally, robust data capture and post
market surveillance across a mandatedperiod should be required.20

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,

notb OT ws UT 1 wEUUUI OUWUUEUT woOi wi OURWPOWEEE]
and the recent controversy that has surrounded a number of medical devices

ExxUOYI Ewi OUwUUTI wbOw UVUUUUPEOPEwWUT UOUT T wd

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].

2t 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

5.13

5.14

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:
Owx UOEI UUI UwbkbT PET wi OUUUT wExxUOxUPEUI wEUUI
of international assessments and approval processes to local circumstances are
imperative. 22

Dr Bruce Baer Arnold and Dr Wendy Bonython, acting in a private capacity,

raised the medical devices issues, and noted that regulatory failures that

Ul UUOUwWwhbOwx EUDPIT OUwb ON U Urbthe Public/Oorivdiel ws EY OD E
health systems?

The Royal Australian and New Zealand College of Radiologists (RANZCR)

EUI PwUT | w" 600DPUUIT ZUWEUVUT OUPOOWUOWUT T wu
aligning regulation of software that uses Atrtificial Intelligence (A 1), in its

case in clinical radiology. It submitted that:

It has been well documented that performance of Al systems is related to the
population of individuals on which it has been trained.

OUTTUI wOl 1 EwUOOWET wdOl ET EOPUOUwWDngx OEET wUOwl
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 regulabrs, it is also imperative that the TGA has mechanisms in

place to be alerted to all changes to Al systems?

311 wa&OYI UOOI OUzUwxOUPUDPOO

515 ( OwUl UxOOUT wOOwUIT T wxOUUPEPOPUA wWwOI wUOT T w3

by overseas regulators, the Departmentof Health (the Department) told the
Committee:
wOl awUl EVUOOwWI OUwUT 1T wadOYI UOOI OUz UwWET EPUDPO
continue to make sovereign decisions regarding medicines approvals, rather
Ul EOws UUEE]I UwUUEOxz wEI EDUD &é&madditeanOUT 1 UwUI |
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

24

Dr Bruce Baer Arnold and Dr Wendy Bonython, Submission 49, p. 12.
Royal Australian and New Zealand College of Radiologists (RANZCR), Submission 204, p. [2].
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5.16

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.

OQwUT T whbUUUT wOl whpT 1T UT 1T UWUUET ws UUEET UwUU
provisional approval for rare disease therapies in particular, Adjunct
Professor John Skerritt, Deputy Secretary, Health Roducts 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 answersto A, B, C, D, E, F."' In
order to shape those questions, you'd argue that the exactopposite 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

sUOWEOOUDPOUIT wUOwWI E Yadtivel éncolir&y¥ Aust@lia ® bed U wE OE
a tier 1 market; in other words, for submissions to Australia to be made as

UOOOWEUwWx OUUDPEOI wiEl U1l UwUT T ws UUO*®T EOQOWEOE

(@}

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

x UOEI UUG w, PUUw) Il UUPEEwW/ EET wi OxT EUDPUI EwU
xUOEI UUT UWEEQwWI EYl wPOXEEUUwWOOWBUEOPUAbB 7z
YPI PUwWOI wEOPOPEPEOUWEOEwWxEUDI OUUwWUT OpI E
OUUWEUUUI OUwUauUi OUwoOi woOl EPEDOI Uwi UBEDC
acknowledge there are areas that need improvement, particularly for rare

diseases?® Dr Arnold and DrBony UT OOwODOI PBUI wUUEODPUUI EL
Ol w VUUUOUEOPEzZUwWUT T UExTI UUPEwl OOEUwWUI 1 BOI
UUEUUEOUDYI wel OI' il POUWUOWE®OUUOI UUwOI wol E

25

26

27

28

29

Department of Healt h, Submission 15.5, p. [21].
Committee HansardCanberra, 18 June 2021, p. 20.
Committee HansardCanberra, 18 June 2021, p. 20.
Miss Jessica Pace, Submission 40, p. 3.

Dr Bruce Baer Arnold and Dr Wendy Bonython, Submission 49, p. 4.
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notcoOx UOOPUIT wUOT T wUETI 1T Ua woOi wOil PWwEUUT UB z w(
to emerge over time and, if efficacy has been based on surrogate outcomes,
Ul 1T Ul wuEEOWET wUOET UUEDPOUawkT T UTT UwlIl PwEU
nonetheless did not call for any reduction in the current use of accelerated
approval pathways.®*3 1T 1 w2 aEOl aw" 1 POEUI OzUw' OUxDPUE
"TDOEUI OzUw, | EPEEOQw1l Ul EUET w( OUUPUUUIT wC
1101l UEOOwWUUEUDPOT wUOT E0ws 0T 1 wi OE#wOUUUWE
should be balanced against potential benefits of early access to novel
UT 1 UE x #The AOSQHCzmade 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

UEYIl wObYIl UOow3l | wUBDUOUWEOEWEIT Ol Il BUUWOI ws | E

considered objectively.32

Resourcing

520 " UUUI OU0aOwli 1l w3& zZUwWEEUDPYDPUDI UwWEUIT wxUD

521

fees and charges, havever, 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

A related concern was the question of whether the TGA is adequately

resourced. The Association of Australian Medical Research Institutes

P , 1( AWUUEODPUUI EwUTl EUws ZExxUOYEO¢ wUDOI
PDOEUI EUDPOT wUT 1 w3& wWEUETT UwUOwI g» EPUI Eu
NovoNorEPUOw UUUUEOPEwWUI EOOOI OET EwUT EUwWOT |
EOOOEEUI EwOOwWUT T w3& wUOwUUOUUI OT UT 1 OwlT 1 u
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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5.22

5.23

5.24

development and exploration of novel ther E x | U U D E #@Br @riadibdtandU 6 z
#Uw! O0aUl OOwEUT Ul EwUT EQwUT T w3& zUwWEUUUI
sl U0 POwPUUWUI UxOOUPEPODPUDPI UwOOWEwWUDOI C
I Rx1 BUPUI 6z

Australian Prescribeexplained 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

ARCS Australia emphasised the nedE wi OUws Ul UOUUET UwEOQwUT 1
sufficient to maintain a strong focus on continuous improvement and

4 0PUWEUVU]I wEUPUPEEOQWUOWUUEET UUz wEOE ws ( 3wh
OY 1 Ul Béha@sénz& 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 Govel O 01 OUz Uw. EUOEIT Uw
Budget to provide additional resources to the TGA. 3°

, 1 EPEDPOIl Uw UUUUEOPEWUUEODPUUI EwlT HaW-wUOT 1 u
xUUxOUIl zwEOGEwWPUwb]I OEOOTI EwUOT 1 wi UOEDPOT wEC
Budget.#0 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. 4! 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

6 0UVwi EPOUUI wUOOWUOBET UUUEOEwWUI T UOEUOUawUIT U/
EUUE] Qwi OUw2x00U0U0UUwbOwi EYPOT wUOOWEEEUIT UUwI
in delays to approval. 42

525 31 1 w, 3 WUEDUI EwE OOE | UudgsudndEspddificallPits ITw3 & 7
Ul UOUUET UOWEUUIT UUDOT wlUT ECws 0O00T wUI YPI Pu
Ux1T EPEOPUUWUI YPI bPi UU uh éomddided tattheE w( 3 wU a
&OYI UOOI OUws 1 OUUUI wlUOT EVw3 & wi EUwWUT T wi UC
resourcesU Owi U O b O4rattidibgy(recbnoléy( Australia delivered
OO01 woOi wlT T wOOUUwi OUUT UPTT UWEUDUPEDPUOUWC
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 staffto-work load. If
TGA remains tethered to public service staffing ratios, then product
assessment and registration services need to be federally funded

526 61 1 OWEUOI EwEa w0l 1 w" 6000PUUI 1 WEEOU OwWPT T 0T
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 expectatononE OO x OPEOET 62 OwUI
dilemma | 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:
61 POl wUOT 1T w3& zZUWEEUDPYDPUDPI UWEUI whkasB@EUDOA w
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.

4 Pathology Technology Australia , Submission 178, p. [3].
46 Committee HansardCanberra, 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 activites that may not be appropriately cost recovered under
Australian Government Cost Recovery Guidelifidégcause they cannot be
attributed to individual TGA sponsors, or it would be unreasonable or
inefficient to cost recover (e.g. from individual terminall vy ill patients in the
case of SAS Ay

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
Ul PUwbO@UPUaABSw3T 1 Ul wbOEOUEIT wesdndnmedical® O wUE
Ul ET OOO001T Pl UOZws xUOYDPUDPOOWOI wi EUCaAWUEDI
Ul ET OOO001T Pl UOzws Ul T UOEUOUawxOODPEawET YI C
Ul ET OOO00T Pl UOZ ws EOOOUOPUAWEOEWI 1 EQUT EEU
EOOOUOPEEUDPOOUz w#BIAH Wi 21 Euigl . Q0 x5l zEUG W WE OOE O
that:

m

It would be a decision for government, and not for officials, to determine
PT 1 07T 1T UWETEOT T UwOOw3& zUwi UCEDPOT WwOOEIT QWE U]
activities should be funded. 40

Technical aspects of regulation

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:
OPEUWUI E1 OUOa wE x x U MotecufauimiCatidn rathen thandne O U wE w
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

4 DepEUUOI OUwWOT wnubOEOE]I Ows UUUUEOPEOwW&OVYI UOGOI OUwWEOUC
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
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5.30

5.31

5.32

5.33

etc., it is approved for every cancer where an NTRK fusion is found, and in
both adult and paediatric populations. 50

Ul 1T UExT UUPEUwWPPUT wOOOI EUIGE Gawev&EDEEUDOOU
acknowledge that:

Safety risks need to be considered due to cross rea@ns and dose alterations,
or administration route in conjunction with pharmaceutical development
requirements. However, if these considerations are considered, expedited
approvals should be possible.52

3T T w+UOPOI UET w OOPEOET WEQOEwWOO!T woOi wbUUwWC
(OUUPUOUUI OWEOUT wOOUT EwUT 1T wa2wi BREOxOI 6 w3
molecularly and genetically targeted drugs [the current system] creates

EUUPI PEPEOQWEEET UUWUOUWOB®EIUDBIOE O IwE OE wd W
broadening of indications sharing the same molecular and genetic drivers of

E D UI B OHe ¥igtatian Comprehensive Cancer Centre referred to the US

example above in the context of rare cancers, and put forward a proposal for

E w s-fraeked_approval program for tumour agnostic treatment of rare

EEQET UUG

Haematology/Oncology Group submitted that:
6POEUI EUPOT OawbUwbUwUI EOT Ob Ulcdhcets iviicd wOT 1T UT |
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

EEQUEDOT OawbUwUUTTI1T UUI EwOT EU WEQE OEIEL EC
extended to the conduct of clinical trials and the registration and approval
x UOET UUwi OUwOT PwEUUT UwEOEwWOUT T UwdbOYI OwU

50 AAMRI, Submission 88, p. 9.

51 AAMRI , Submission 88, p. 9.

52 AAMRI, Submission 88.1, p. 3.

2 +0O0DPOI UET w OOPEOEI Ow2VUEOPUUDPOOWt | Owxdwl YOw" i DPOEUI

54 Victorian Comprehensive Cancer Centre, Submission 61, p. 1.

5% ANZCHOG, Submission 120, p. 3.

56 ANZCHOG, Submission 120, p. 4.
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Advisory Committee on Medicines

5.34

5.35

Medicines ACMAOQwWUUEODPUUDOT wUOT EQwUT 1 Ul wbUws Ew
EIl UPI T Ow ", uwxOUPUPOOUWEOSEWUT EQwOi wOOEEC
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

Medicines Australia commented on the ACM that there should be

sEODPT 001 OUwWOi WwEOGOOPUUI 1T wlOl OEI UUT Bx wbbUI
Novartis Australia and New Zealand noted that while the Pharmaceutical

Benefits Advisory ComOBDUUIT | wep/ ! " AwUl gUPUI UWEwx OUT
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. %9

Communication with sponsors

5.36

5.37

BDUUOOwW, al UUwW2 @UPEEwm! , 2AwxUOxOUI EwOT EUC
guidance on major and minor issues raised during the regulatory review, to

enable Sponsors to begin to respond sooner, expediting the regulatory

x U O E © Nledidnes Australia provideda OPU U wOi wUl YI OwEUxI EU
SSYEOUEUDOOwW/ UOGET UUZ WEOEwWI OUUWEUxT EUUwWC
/ UOET UUz wUT E0wWwPUWUEPEWEUT wOUUwWOT wUUI x wb
and EMA, together with recommendations to resolve these discrepancies.®!

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 issuel 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. 5659.
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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

5.39

5.40

SubmittersT EEWYEUDOUUWEOOOTI OUUWUOWOEOT wUil OEC
evidence. The Australasian Sleep Association recommended that the TGA

sUUI wEBRBEBWUEUT T UwUT EOQwi OUOUOEPEWEx xUOE
where a medicine has been shown to be effective incomparison to a placebo,

even if its efficacy against comparator medicines has not yet been

established &3

ARCS Australia noted that the TGA already accepts real world evidence

(RWE) as part of application dossiers, but submitted that it should develo p

sT UPEEOET wi OUWEEET xUDPOT weOEwWlI YEOQUEUDOI 7
aligned with guidance from overseas regulators such as the TGA.%*BMS

OEE]l WEWUPOPOEUWUI EOOOI OEEUPOOOWUEaADOT wdl
predictability and transparency for the spon sor, reducing the need for

Ul UUEOPUUDPOOUWECE WE 1@ BED wmul wWBUE IO & wk) &)
a lack of formal guidance on how sponsors should develop and frame this

Uaxl wOi wi YPEI OET1 6sw( OwdOOUI EwUl ECOWUUET wi
FDA and EMA. ¢

,  EDPEEOwWUI ET OO00T awUUEOPUUPOOUWUOUET BOI
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.?

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. 2122.

66 Roche Australia, Submission 92, p. 20.

67 Stryker South Pacific, Stbmission 28, p. 15.
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541

5.42

EEOUUOW#PEET Ul Uw" EUT wUOUTTIT UUI EwUT EQwOT I
sl OEUUI EwWEOGE wi 1 E Y b Gulind Fahdd miset) dorttrallé€dlrialg, OUE O
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
El YPEI UBw( Uwi OxT EUPUI EwUT EQwUT T wUT OUUI U
to drug st meaning they are developed and made outmoded more quickly -

OOT T UTT UwkpPUT ws! UT PEUwWPUUUT UwbOWET YPEIT u
mean that RWE is even more important than it is for medicines. ¢

The TGA acknowledged the thrust of these comments on its approach to

evidence, as Adjunct Prof Skerritt told the Committee:

6 EwOUOET UwlOi wlO0T 1 wWUUEOGPUUPOOUWEOUOWUEDPE WU |

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 s®

Post-market surveillance

5.43

5.44

5.45

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:
6UUPOPUDPOT wOTT wi EUVCAWEEOXxUDPOOWOI wOl EPEEOW
health sector to collect post-market surveillance and performance data to
inform policy, regulatory and funding decisions. 7

311 w, 3 wUUOTTT U0 EwOUOT EUwWOl UUOOUWEEOWET u
to the COVID-UNwx EOET OPEwPOwUTl PUwUI UxT EUOWEOE
Reviecbwux EUT PEAWEOQUOEWET wb O x Udatk plemaketus EOOE |
review with a rigorous post -market oversight to ensure both fast access and

xEUPI OUwWUEI 1 Uadz

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

UOGET UUEPOS w( UwlUUT EwOT 1T wa* wuEOCEwW$ 47 UWEOEE

68 Abbott Diabetes Care, Submission 191, p. 2.

69 Committee HansardCanberra, 18 June 2021, p. 16.

70 Stryker South Pacific, Submission 28, p. 6.

. MTAA, Submission 148, p. 35.
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5.46

5.47

surveillance system, and suggested that surveillance could be incorporated
POUOwWUT T w3 & zZUWUET T Ol &ndteidesutotoiethed UwU O wOl
ARTG.”2

Miss Pace reported that the clinicians and patients participating in her

Ul Ul EUET wsl Bx Ul UUI E wE wEnatkd data edlledtionin UT E U
OUET UwUOwxUOYPETI wi EVUUI UWEEET UUthdi€dechOT b wC
EOOOI EUPOOwWPUws OOUT webi I PEUOUwWUT EOwOEOa
difficulty in collecting the raw data and insufficient funding or expertise for

the regulator to analyse it properly. 72 Drs Arnold and Bonython criticised

T OOEUOZ WDOEOUEDOT wxUOOxUwxUEODEEUDOOWOI
TGA.™

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;sUT | wOEUUI UwUUEUI E w!
important that a holistic, nationally -coordinated and outcomes-focussed
ExxUOEET wOOWUOET UUEODPOT wxT EUOCEEOY DT POEC
They emphasised the important role that pharmacists play in

pharmacovigilance currently and the scope for it to be increased;”” the Guild,

i OUwI BREOXx Ol Owx UOx OU icémogldtinuddidrudity EUEDUIT E wU
pharmacy that fitted in with the re -supply (repeat) arrangements for new
EQEwWOOYI Owdi EPEDPOI Ubz

Other areas of interest

General engagement with industry

72 WA Health, Submission 129, p. [7].

78 Miss Jessica PaceSubmission 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

Reviewx EUT PEA wUOwWDPOEUUUUVawsi OUwOUT 1 UWwEDUI
OOEOOOT a6 zw( UwUUTTITUUI EwUTl ECwUT PUwbOUOE
Ul 1 wOUOET UwOi wExxOPEEUDPOOUZWUEUT 1 UwlT EC
publishing successful applications.”™ The MTAA suggested that the pathway

El wOT T wOUENT EQwOl ws EWUUUUEDPOI EOwWET EPEEU
aimed at Australian MedTech companies developing or aiming to distribute

novel/ breakthrough technologies.®3 1T 1 w3 & z Uw/ UDPOUPUa w1l YD

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. 8!

550 (Owpbi OEOOI EwlUT T ws Ul EOT 0 W@ il will Tyl Wou I
to the National Health Reform Agreemerdnd recommended that to
POx Ol Ol OUwWUT EVWET EOT 1 ws EWOEUPOOEOWODPUUUL
ExxUOYI EwUTl OUOEWET wgeUl EUI Ez wEOEO W
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
T DY Owddblisheng it as an independent body that reports direct to

7 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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| EUOPEOI OUOZwWEUwWOxxOUIl EwUOOwUImbpaEdl UUT OU
the Department.

Breakthrough status
552 371 Ul whEUwWUOUOGOT wbOUI UTl U0wi UOGOwUT 1 wol EB
Breakthrough Devices Program. Edwards Lifesciences submitted that:
The goal of the Breakthrough Devices Program is to provide patients 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 agreemat in a timely way. 8

5.53 Edwards Lifesciences suggested that the Government establish a similar

program. 85 Medtronic Australasia explained the difference between this

xUOT UEOQWEOEwWUT 1 w3& zUwl RHDUUDLOT w/ UbOUDBUa
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. 8

5.54 Medtronic Australasia argued that establishing a similar program in
Australia would particularly assist in ensuring breakthrough devi ces are
GUPEOOQAaWEEOxUl EwbDOwxUEODPEwWI OUxPUEOUOWEa
OEUDPOOEOQWEXx xUQEEVWOOUWXEOOOIOOKEE&GHS UOBEOD
have market entry discussions and better alignment to accept [FDA]
EUI EOQUT UOUT T wEl UDPT OEUDPOOUG 7

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

5.56

5.57

5.58

UU! DOUIT ET wEPUEUUUT EwUOT T ww# wxUOT UEOOWD
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. 8 BioScience Managers meanwhile submitted that
ZEUI EOUT UOUT T wEl YPET wOUwWUDPODPOEUWEIT UDT OE
CEPT PUEOwWUT 1 UExT UUPEUZ wbOw UUUUEOPEGZ W
The MTAA submitted that the criteriafo UwUT 1T w3 & zUw/ UPOUDPUA w
sUPOPOEUWUOWEUPUI UPEwWUUT EwEawOUT T Uwul T U
ECEwPUUwW! Ul EOUT U O U Whertabk¥deakout theudifterériced E O 6 7
ET UPI 1 OwUl PUwxUOT UEQWEOEwWUT T w3 & zUw/ UDC
that:

TGA insists on evidence up-front, whereas the FDA is more inclined to look at

rea-p OUOEwl YPEI OEI w61 wEl OPI YI wUTI PUwbUwbOx O
clinical evidence up-front. You would still be on top of it to make sure, but you

have equity of the availability. ot

, 3 WEOOOI OUT EwUT EQws PT wi Ox1T wOOwUI 1T 6EOBC
TGA priority review pathway and the US FDA Breakthrough Devices

] UOT BEO6 2

-OROxT EUOwW+DODPUI EWEUTI PwUT T w" 600PUUIIT zUuU
initiatives for O1 EPEDOI U w( UwUUEOPUUI EwUT EUws x UC
FDA breakthrough (fast -track) approval, especially for orphan drugs would

bring forward revenues, again making investment in Australian drug

ET YI OOxOl OUWEwWOOUIBWEUUUEEUDPY] wOxUDPOOE 7

The Special Access Scheme

5.59

1$24+32w( OUI UGEUDPOOEOwW UUUUEOPEwWDOI OGUOI
EUUT Uz wi OUwWUT 1T wOUIT EUOI OVwOi wUUET UEUOOUDB
through the Special Access Scheme (SASY. It explained that the process for

89 AusBiotech, Submission 114, pp. 89.

%  MTAA, Submission 148, p. 35.

9. Mr George Faithfull, Advisor and Vice -Chair, Regulatory Affairs Strategic Committee, MTAA,
Committee HansardCanberra, 11 March 2021, p. 13.

%2 MTAA, Submission 148, p. 35.

9 Noxopharm Ltd, Submission 70, p. [3].

9 RESULTS International Australia, Submission 106, p. 1.
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adoctortogetax x UOYEOQWUOET UwUT T w2 2wbUws OOO0T wE
treated as soon as possible the patient can infect others, develop drug
resistant tuberculosis, and even die %

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. %

Nuclear medici ne

5.61 The AANMS and ANZSNM made the following suggestions for
radiopharmaceuticals:
OwWEwWUI xEUEUIl w 13&wWEOEUUWUT OUOEWET wEUI EUI E\
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. ¥

Digital technology

5.62 One area of emerging technology that attracted submitter attention was
digital technology. Sleepfit Solutions focused its submission on digital
UTTUExTI UUPEUwm#3RAOwb| BlatediehanidiialU EUDE T E u
treatments delivered online that can increase accessibility and effectiveness
Of wi 1l EOUT WEEUI zw( UwOOUI EWUEEYWUT EOUDWED
Ul OEUI EwUOI UPEUI WExxOPEEUDPOOUZWEUwWUT I au
PpOUT UYI OUPOOUWUEUT T UwUT EOQwI 1 01 UEOQwPIT O00C

9%  RESULTS International Australia, Submission 106, p. 2.
%  AANMS and ANZSNM, Submission 95, p. 6.
97 AANMS and ANZSNM, Submission 95, p. 6.
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5.63

5.64

i UOOwWOUT 1T Uws EDPT PUEOwWI I EOUT EEUI wUI UYPEIT U
201 1 xi POwWw2O6O0UUPOOUWI RxOEDPOI EwUT EUwWEUUUI
UUDPUI EwOOw#3RwbOOOYEUDPOOUZ wWEUwWs EPT PUEOU
quickly than pharmacological products, and benefit from agile development
sl OUOEQWExxUOYEOQwxEUT PEazwi OUw#3ROWEODE U
on one introduced by Germany in 2020.9 BioScience Managers addressed
DTx, submitting that:
By their very nature, DTx are ? EERE&UT OUDPYI 266 UUDPI PEPEOwH O
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

As mentioned above in the discussion of alignment with overseas regulators,

the RANZCR commented on some of the issues surrounding Al. It

I RxOEPOI EwUTl EQwPUwl EVWET 1 OwshPOUODOT wbdOU
OUUOPOI Ewl DT T UERAOT WHEDOWIA WY WwhHIOYT 0O0x1 E w
such ALt QwOOUl EwUTI EQwUOOPOI WOUUEEDPUDOOEOWO
systems and artificial intelligence tools are not static and can learn post

Ul O1 EUI wE K thefefote Gruledtizat they should be regulated

s OOUIl wUOGEUUUOazOwbPUT WEwWOT YT OQwdi wl YPEIT C
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 Al model must require fresh

authorisation from the TGA, and that ongoing monitoring of Al devices is

even more important than for regular devices. 13

Patient-matched medical devices

9%  Sleepfit Solutions, Submission 198, p. [1].

99 Sleepfit Solutions, Submission 198, p. [4].

100

101

102

103

BioScience Managers, Submission 206, p. [2].
RANZCR, Submission 204, pp. [1}2].
RANZCR, Submission 204, p.

RANZCR, Submission 204, p. [2].
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5.65 3DMediTech, a manufacturerof s x E O®E @O 1 Ewt # wux UDPOUI EwEI
a submission on the regulation of patient -matched devices% 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

(i) 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

(i) reproduced. 105

566 + #, 1 ED31 ET wO O Wre&ianlbi alnewdeistratidnupathway for
such devices, implemented in 2021, which separates them out from the
sEVUOBBI zwOl EDEEOQWET YPET weEUI T OUawki DEI
xUl UEUDxUDPYI wUI T UOEUOUawWUI 1T POI d8zw( OwxUE
extreml Qawl I I 1 EUPYI WEEOEOEI zwEI UPI 1 OwxUbUI
supporting business.1% |t 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 trangtional measure be made public,

to allow for more transparency. 107

Medicinal cannabis

567 , 1 E11 Ol Eil w UUUOUEOPEWUUEODPUUI EwlT EQwUT T u
have the structure or ability to appropriately review medicines that are
whole plant cannabD U Oz WEU wOx x OUT EwUOWE wUDOT Ol wEl

104 3DMediTech, Submission 111, p. 2.

105 Therapeutic Goods (Medical Devices) Regulations 20€8, Dictionary.
106 3DMediTech, Submission 111, p. 3.

107 3DMediTech, Submission 111, pp. 45.
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Ul EOOOI OEl EwUT EVws EwOl PWEOEUUWOI wul T HUU
ExxUOxUPEUI wbOwEUUI ¥UDPOT wOl EPEEOWEEOOEE

Committee Comment

5.68

5.69

5.70

571

5.72

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.

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 Revieyand

a proactive approach to reforming itsel f further, including actively seeking

the views of those affected by its regulatory activities.

371 w 006060001 1 wEl Ul 1 UwOi EQwOT | w3& wli 6UC
UUEOxDOT ZWExxUOEET wOOwWOYI UUT EVUwWUI T UOEUC
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 collabation with Comparable Overseas

Regulators (CORs) and an expansion of Project Orbis arrangements for

disease consortiums other than cancer.

The Committee acknowledges that there are access problems for many rare
diseases, and encourages the TGA to wok 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 noncancer
rare diseases have no equivalent. It therefore urges the TGA to try to remedy
this disparity.

The Committee urges the Australian Government to reconsider the current
cost recovery funding model for the TGA within the Department of Health.
The Committe e 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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5.73

5.74

5.75

5.76

Committee welcomes the extra funding the Australian Government has

recently provided, and urges the Australian Government to provide further

i UOEDPOT wUOwI OUUUT wUT EVwWUT T w3& zUwbOUOI C
workloads and that the | T system is able to deal with an increased number

of submissions in the future.

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.

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 processes accordingly.

311w ©60PU0I I wil EOGOOT OEUwWOT | w3& wEODI OU
for parallel processing purposes and its communication with sponsors

during the assessment process. The Committee notes the growing
importance of Real WorldEVDPET OEl wpl 6 $ AWEOEwWPI OEOGOI Uw
commitment to produce more detailed guidance on its use.

3T T w" O00PUUI T wOOUI EwlT T ww# zUw! Ul EOUT UC
Committee supports this idea and recommends that the Australian

Government establish a similar program in Australia to support the

domestic medical technology sector.






6. Health Technology Assessment

and the Pharmaceutical Benefits
Advisory Committee

Introduction

6.1

6.2

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 newmedicines and devices, they must wait until it is
reimbursed by the Government, which requires it to undergo Health
Technology Assessment (HTA).

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

111
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6.4

6.5

6.6

6.7

most part, no problem with access to medicines! to pharmaceutical
EOOxEODPI Uwkbi OWEUUI UUI EwUT EQwUT T wUauui Oz
some medicines from being available in Australia at all. 2
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:
' DO, EUPOzUwi Rx1 UDPI OET OwoOP Ol wOEOawUxOOUOUU;
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

! PO, EUPOWEUT Ul EwUT EQws 0T 1 wi BRxT EPUT Ewx UO
beenreplicated across the respective reimbursement pathways for human
UUEOPUUI EwUT EQws UT 1T wgl O I PO0wWIi UOGOwUT 1 Ul
continue to go unrealised without PBAC an d MSAC pathways also being
POxUOYI EwWUOWOEUET wUOT T wisRxT EDUI Ew3 & wxEU
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
OTEYI wbOwUT | wOEUUWET EEET wi EUOI Ul EwOOUIT weEU!
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$

BioMarin submitted that:

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

Miss Jessica Pace, Submission 40, p. 3.

Amgen Australia (Amgen), Submission 82, p. 3.

BioMarin Pharmaceutical Australia (BioMarin), Submission 152, p. 1.
BioMarin, Submission 152, p. 1.

Novo Nordisk Oceania (Novo Nordisk), Submission 151, p. 3.

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.”

6.8 Novartis Australia and New Zealand (Novartis) recommended the creation
of:
O Ewi OUUOwI OUwx E U E-QubrhiSiantcnEitatiod betw@dd O U wx U
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? Many submitted
Ul EQwUT 1T Ul wuPUWEwWOT 1 Ew0OwsUUUI EOCODPOIT zwUl
more specific recommendations.’® A particular concern was how often
multiple submissions are required for a medicine to receive a positive
recommendation from the PBAC. 1! In the words of Professor John Zalcberg
OAM, Chair, Australian Clinical Trials Alliance (ACTA):
6bl wi EET wU O &GloflbarknardsiaadifoEvards 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 problemt2

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), Submisgon 42, p. 2; Medical Oncology Group of Australia
and Private Cancer Physicians of Australia (MOGA and PCPA), Submission 50, p. 4; Albireo
/' TEUOEOQW2UEODUUDPOOWKk NOwxd wz! ¢ Ow&i O w3iT 1 UExaw EVYDLU
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; MMichael 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 HansardSydney, 7 May 2021, p46.
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6.

6.

| YI YWEOEw, EUET wl Yl vwOl 1 UPOT UwbOEOUUDYI u
outcome.t3 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

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

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

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 tesed 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

.14 Medicines Australia similarly submitted that:

13

14

15

16

17

Department of Health, Submission 15.4, p. [1].
Dr Haitham Tuffaha, Submission 72, p. [1].
Department of Health, Submission 15, pages 3132.

Department of Health, Submission 15.3, p. 6. The section in question is apparently s 19A
TherapeuticdGoods Act 1989Cth).

Pfizer Australia (Pfizer), Submission 137, p. [2].
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6.15

6.16

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 apprahing
regulatory approval, there is no clarity on the funding pathway. 18

The Australian Cardiovascular Alliance (ACvA) recommended that the

si Ol RPEDPOPUA wWOI wx U O EtratkWiganzmedicinesr@x UOY 1 E u
El YPDEI UOz wEwUI1 OU BZAeheéald BalyeE Audirblid anll Bew U U U

91 EOEQEw! Eal UAwxUUwi OUPEUEWEWUDPODOEUWY
innovative medicines can receive a positive recommendation from

reimbursement agencies without more flexibility in assessment

Ol U1 OE O dRrRdvdNordiskdikewise suggested there is a need for

Ol pwUI ET OOOOT Pl UwpkpT 1T Ul wOT #UT wEUl wOOWET i
Albireo Pharma identified flexibility as a particular requirement f  or

assessment of rare disease® Merck Sharp and Dohme Australia (MSD)

suggested that the PBAC is less flexible than equivalent overseas bodies, but

1 OxT EUPUI EwUOT EQwi OIl RPEPOPUaAwWs Ol 1 EUwWwUOWE
processes backed by independed wU E D1 O U b2 M Gtuad Knight OE & 7
General Manager, Roche Australia (Roche), told the Committee:

If I could leave you with one word, | think it would be just to make our system
more flexible so that the processes that we have are more capable oflealing
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.

2t Novo Nordisk, Submission 151, p. 4.

22 Albireo Pharma, Submission 59, p. [2].

28 MSD, Submission 63, p. 3.

24 Committee HansardSydney, 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:

60T T Ul wuwbUwOOWEOI EUWEUUIT UUOT OUwOUwi UOGEDLOT w:
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,

EUOwOT T wxEUDPI OUzUwWET UOOPEWOEODET T &1 OUWEODHUY

6.18 The Medical Oncology Group of Australia and Private Cancer Physicians of
UUUOUEOPEwWm, . & wWEOEwW/ "/ AwoObPOI PPUI wi BxU
coverage of on-label and off-label indications in hospital and PBS
formularies may affect the continuity and affordability of treatment for

x E U b peNIeanwiile 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 bt 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.

21 Amgen, Submission 82, p. 8.
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As noted in the Addendum to the National Health Reform Agreement 2020

2025 UT 1 wEUOUUI OUWExxUOEET wh@uiointrdUl wUl ET 000
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 assessingiew 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 e@oss 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.2®

6.21 Edwards Lifesciences added that:

Separate processes exist across dikvels 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 sysgems 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

622 31 1 WEOOxOI RPUA WOl wOT T wa&OYIT UOOI 6UzUwUaUU
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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6.23

6.24

6.25

6.26

with each other, and indeed the fact that many nominated different parts to

be involved in this coordination. AstraZeneca, for example, addressed the

s'3 wWEOOOPUUIT UOzwWUI EOOOI CEPAK wWs POXxUODYI
EOOUEDPOEUDOOZMmET UPIT 1T OwUIT 1 O6

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

311 wsPEUOUDPEOwW" 0O0xUI 11 O0UDPYI w"EOET Uw"1 OO
between market authorisation and Health Technology Assessment, so the

clinical evidence is efficiently used by regulatory and reimbursement

ET 1 OEPI UZ WEOEws I EUCQawWEDPEOOT Ul wEOGE®WEODIT C
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
AusBiotech made its submission in more general terms, and called for:
Alignment and harmonisa tion of registration and reimbursement frameworks
EQEWEI U0l UWEOOOI EUPOOwWPPUT POwWUT 1 63& wWEOEW:
expedite approvals for therapeutic products that cut across a number of
disciplinary practices. 35
#Uw3 Ul I ET E wE U1 alighrient s irefuited pdiniedh the U
registration and reimbursement processes. Parallel submissions to TGA and
PBAC should be encouraged and facilitated through active engagement

3t AstraZeneca, Submission 42, p4.

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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6.27

6.28

6.29

ET UPI 1 OQwUx 00U &Uhe wEVA Bupported mobese of parallel
processing.3”

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

NN T

'l U0l Uw EEIT UUw UUUUEOPEw! 1 O0T Uw EEI UUK
by different committees noting the convergence of technologies is

confounding the arbitrary p OEET Ol OUwbOwUiT | wUUEUDPEA wEUL
UUOTTTUUI EwUT T wUavuUi QOwET wui YPI Pl Ew0OOwWBHOY
single assessment system combining the skills and expertise of the various

committees to be deployed as needed for the technology dJ wO U1 EOOI OUG 7
accessing new medicines and devices exist is in the separation of funding

xEUI PEAUWET U1 1 OwOT 1 wr! 2wep/ ! " AWEDEW, 2

, T EDPEDOI Uw UUUUE Ob E wE Oideylatoruand wOT EOws 071 1
predictability across the regulatory and reimbursement processes involving

multiple bodies extends timelines needed to reach an outcome that enables

xEUPI OUWEEET UUB8z w( OwUl UxOOUI wbUwUI EOOOI
[PBAC]; [MSAC], Australian Technical Advisory Group on Immunisation

(ATAGI) pre -submission advice framework to improve alignment of end -to-

I OEwxUGET UUI UGBz

36 Dr Tuffaha, Submission 72, p. [1].

37 ACVA, Submission 76, p. 6.

38  MOGA and PCPA, Submission 50, p. 4.

3% MOGA and PCPA, Submission 50, p. 4.

40 Better Access, Submission 160, pages-8.

4 ARCS Australia, Submission 41, p. 5.

42 Medicines Australia, Submission 141, p. 32.
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6.30

6.31

6.32

-OYOw- OUEPUOwWUUxxOUUI E wEubniSsbbaoviteuZ 3 & ¢ ¥ €
framework to ensure alignmentofend UOwl OEwx UOET UUI Uz wE U wt

Specialised Therapeutics Australia (STA) made the same point about the

Ol l EwidrAGUEEA® YT woOl 1 UPOT Uz wgEl UPT T QwUT 1T w'
3T E0w UUUDUEOPEZUWUUEUPEaAwWUaUUOl OUwOI 1T EwOOw
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.#

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

OPUUPOT Uwi OUwWUIT T UOEUI EwEOEWUUEUDEDUI Ewi 1 E
aim of the HPP is to create consistent and simplified business proceses

Ul UOUT T wWEWEDT PUEOwWUOOUUPOOWUT EUwUUXx xOUUUw
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.

%UUOT T UOwPUwbPDPOOWEUI EUT WEWEOT 1 UDYIT wi OE1 UO:
is gathered at any stage of the process with a view to its purpose, its use aml

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. 4

International cooperation and harmonisation

6.33

Many submitters recommended that international cooperation and
harmonisation should be increasedin Australi Ez Uw' 3 wUauUUl OwoOOU]

43

44

45

Novo Nordisk, Submission 151, p. 3.
STA, Submission 7, p. 5.

Department of Health, Submission 15, p. 33.
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6.34

6.35

generally.3 1T 1 w, . & wWEOEw/ "/ wWUUEOPUUI EwUT EVws
process for new drugs and novel medical technologies must be made more

1171 PEPI OUWEOCEWUI UxOOUPYIT wUOwWPOUIT UBEUDOO
s EOOU D OUD O¢ Ausirlianesyterh Withuidtérnational approval

x UOET UUI U wb i4Medicines@ustiabarerbuaged the

&OYI UOOI OUwUOws OOET UODPUI WEOEWPOXxUOYI w' 3
PPDUT wbOUI UBEUPOOE®WETI UUwxUEEUPET w' 3 &2
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.4® AbbVie, for example, after praising the work the TGA has done to

improve its international cooperation recently, noted that this has lagged for

'3 OwUUEOPUUDPOT wOT E0ws UT 1T Ul wuwDbUWEOwWOx xOU
pathway to adopt similar concep ts to Project Orbis to accelerate access to

Ol EPE®OI Ud ¢

The Macquarie University Centre for the Health Economy (MUCHE)

I RxOEDPOI EwUl EVUWEVUUUI OUOaws UVEOGPUUDPOOU WU
published economic evaluations involving the proposed drug or similar

EUUT UOWPOEOUEDPOT wlTl OUI wEOOUDPEIT Ul BwEa woU
(UwUUEU] EwUT EQwOT T wel O I POUWOI wOT T w/ !t "
EI EPUDPOOUWDOEOUE]T wsbPOUPT T OUwWDOUOwWRT 1 U1 1
populations due to greater efficacy or safety concerns, economic model
UOUUECOUUI WEQEwWPOxUUUOWEOE WOl awEUDYIT UUwC
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

EIl Upil 1 OWEOUUOwWiI i i1 EUDPYI Ol UUWEOEwWOUT T VwEU

46 Mirum Pharmaceuticals, Submission 10, p. [1]; Australasian Sleep Association, Submission 16, p.
5; Sanofi, Submission 99, pages %; The George Institute for Global Health, Submission 105, p. 8;
Johnson & Johnson, Submission 134, p. 13Eli 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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6.36

6.37

6.38

6.39

should consider, but not rely on, the deliberations made by other HTA

agencies orcommitUl | Uwbi wEYEDOEEOI OwbOEOUEBDOT wi
The MUCHE noted that benefits of increased collaboration between HTA

ET 1 OEPI UwPOEOUEIT wsUI EUEI EwUI UOUUET UwbOE
generate evidence and HTA agencies in assessing evidnce; and improved

is already occurring overseas, such as through the European Network for
"1 EOUT w3l ET O00O0T aw UUI UUOI OUBw( bwul EOGOC
the need for increased collaboration between PBAC and other HTA agencies,
DOEOUEDOT wlUT T wi EUOCOOPUEUDPOSWOI w/ ! " woOl U
Dr Falk Pharma Australia commented that for medicines for rare diseases:
ODUwWPOUOEWUDOXxOPT aw/ ! 2wUUEOPUUDBOUWDI wi EO
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 ar are generally a re-configuration of data previously
reviewed in these other markets.5

Medicinal Cannabis Industry Australia (MCIA) explained that Australia has
SOETTI EwUOOT wOUT 1 UwxEUUUwWOT wUT T wbhOUOEZ W
cannabis, alE WE OOUIT gUI OUQawuUi EOOOI OEIl Ews i OEE Of
given approval overseas in jurisdictions equivalent to Australia to be fast -
UUEEOI Ewi OUWExxBOYEOwWwPOw UUUUEODPEGZ
3TTw/ ! "wbOOUI EwPOwWPDUUWUUESOHBUUDOOWOOWUOT |
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.

58 MUCHE, Submission 62, pages 78.

54 Dr Falk Pharma Australia, Submission 17, p. [2].

5 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

EPDIiT1UI ODWEOUOUUDPI UBw6T DOT wUOT T w/ ! " wUOEIT U
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 commommaodels in their

submissions to the PBAC 56

Measuring Pharmaceutical Benefits Advisory Committee
performance

640 O1T1 OwEUUI UUT EwUT EQwsUOODPOT wOUT T UWOENOU
(Commonwealth or State), no data are currently collected and publis hed by
UT T w&OY1T UOOI OUz wOOwl OpwoOOOT woOl EPEDPOI UWE
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 know 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

641 2EOOI DwUPOPOEUOGawUl EOOOI OET EwUIT T wbOx Ol C
transparent tracking system designed to measure speed to access from
registUEUDOOwUOwWUl POEUUUI O1 O0wi OUwdT pwUT 1 U
system should include benchmarks to other comparable countries and
I 1T EOUT EEURBwUAaUUI OUB 7

Reviewing the system

6.42 Many stakeholders called for a wide -ranging review into the HTA system.
10ET 1 wUUEUI EwUT EQws EwUIT YT PwoOi wUOT T w' 3 u
ETEOOI O1 1 EwEawxUl EPUDPOOwWOI EBigdnki wUl ET OC
submitted that:

5 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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6.43

6.44

6.45

6.46

GUTT w 1T EOUT w31 ET OOO0OT aw UUI UUOI OUwUI UOUUE!
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

Sanofi argued that:
OUT T wUIl YPI b wdWeaditiies RalicyE(NMIPPprovides the ideal
mechanism to achieve the integrated and comprehensive reform required to

I OUUUIl w UUUOUEODPEzZ UWE x x UOY Ef@rypwpsseridU Ul UwUul O
equipped to appropriately inform decision -making about how be st to allocate
investment to optimise health outcomes for all Australians. 6!

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 lessms should be learned from the review announced

POw- OYI OEl Uwl Yl YwEawUi 1 waOpPUI Ew* POT EOO¢
Health and Care Excellence (NICE)®%?

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
Ol w/ ' 2wéwdUwWUI gUPUI EBS

OT1 Owl OxT EUPUI EwUT EVWEwWUIT YDPI PwUT OUOE wWC
used by the PBAC in its evaluation and decision-OE OB 01 z wEUUOwb OEOU
sxUOEI UUI UOwUDPOI OPOI UWEOGEwWUT 1T wul OEUDPOOU
finalisation of PBS listing terms withs x OO U® U U 8 7

60

61

62

63

64

Biotronik Australia (Biotronik), Submission 130, p. [5].

Sanofi, Submission 99, p. 1.

LEO Pharma, Submission 202, p. 6; Better Access, Submission 160, pages-22.
Amgen, Submission 82.5, p. 2.

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. 6 0On 7 September 2021
the Government announced that it would conduct a comprehensive Health
Technology Assessment Polioy 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 2.6

The application process

Engagement with sponsors

6.48

6.49

6.50

6.51

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.&?

It called for the PBAC pre-submission process for rare and ultra-rare

EPUI EUIl UwUOWET wsi Ol ECEI EOz wbOEOUEDOT wEa
Program (LSDP) representative in the case of medicines that may be eligible

for the LSDP 68

Noting the complexity of HTA for rare disease medicines in particular,

SEOI EEw/ T EUOEEI UUPEEOUwWw UUUUEODPEW®3EOI E
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

UOOI Owdl EPEEOQWOIT 1 Ewl EUGPT UwbOwlT 1T wUl YDI
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].

6 377w OOw&UI T w 0UO0wW, / Ow, POPUOT Uwi OVw' 1 EOUT wEOGEwW 11
ETUIT Ol OUUwWUOWEUDOT wUubi Obi bE BvedarRelka®d JemdbaudofiU w U U C

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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6.52

6.53

6.54

6.55

facilitate the exchange of information in confidence to ensure the reviewer has
complete clinical, epidemiologic, and economic information to formulate a
review. 70

+$. w/ I EUOEWEUT Ul EwUT EQwsT1 OUPOI wEOEWEEU
PBAC and companies to better understand the requirements and

expectations would lead to fewer first time rejections and better informed

ET EPUPOOWOEODPOT wEa wlOT 1 w/ ! " angypre wUUEUIT E
submission meeting (for which the PBAC charges $15,800) de&s not provide

sUUI I PEDPI OUWEOEUDPUA 7z WE OE wrtak@is.twdOOUwbOEOU
Ul EOCOOI OET EwUT EV0wWOT T w" T EPUWOT wOT T w/ ! "u
areas where the PBAC lacks understanding of new treatments and where an
area of disease hasnothadalr EOOOI OEEUPOOwWPOwUT 1 wOEU U
STA described the current rules governing engagement between a sponsor
EQCEwWUT T w/ ! "wEUwsYI UAwUUOUPEUOz wkpT PET wbU
EPEOOT Ul wbPUT wi YEOQOUEUOUUWOOE!T wHady UEODUU
Ul PUwbUOwUI EOOOI OET EwlT 1T wxUOYDUDPOOWOI wsE
and robust engagement prior to the submission decision (rather than at a

postE1 EPDUDPOOWwOI | UPOT A6z

There were concerns about the general tenor of the relationship betveen

industry and the Department. Shawview Consulting submitted that:

3T 1T woOl YI OwOi wEOOUUUUEUDYIT wi OTETT Ol OUOwWOU w:
waned over the years. My sense is that the dayto-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

ETEOT T UWEOEwWUT T wel EOCT POT wE a OHbDHeatu Ol w UUU
landscape, but the result is that many interactions between government and

industry are short -term exercises in costsaving and damage control. |

encourage government officials to embrace a more cooperative, solution

focussed, appropriate, professional, long-term relationship with industry. 72

This was a view shared by Omico, which argued:

70 MSD, Submission 63, Appendix A, p. 4.

7t LEO Pharma, Submission 202, p. 5.

72 STA, Submission 7, p. 18

78 Shawview Consulting, Submission 181, p. 9.
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6.56

6.57

6.58

Fees

6.59

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

The MUCHE, meanwhile, suggested that smaller pharmaceutical companies

PDOi OUOEUDOOwWUI 1 OPOT WEOGEwWOI T OUPEUDOOG 7
-O0YOw- OUEPUOWUOOOWE WEUOEET UwYDI POWEOE wU
industry and the PBAC to consider future policy issues to guide the HTA

x U O E 1 NMedidines 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 reiintroduction of such a dialogue would be beneficial, given the
lack of certainty for new therapies in ter ms of HTA assessment??

Biotronik made a similar proposal:
wi OYT UOOI OUwWPOUUPT EUI EwUI T UOEUwWs ( OOOYEUD
payers and providers together could act as a platform for dialogue, mutual

understanding and sensible decision making to bring clinical innovations with
ITTEOUT 11 EOOOOPEWE]I Ot i PUwUOWOEUOI Owubooi usb

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 EU Uws UT DU wbH U w
UOETI UUEPOWEUWPUWEEOwWOOOaWET wUI gUI UUI EwE

74 Omico: Australian Genomic Cancer Medicine Centre, 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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6.61

6.62

6.63

SEOQOwI RxEOUPOOWO! wUI T wEUDPUI UPEwi OUWE wI 11
of the PBAC submission would provide certainty and clarity for sponsors

UCB Australia (UCB) and MSD merely raised the limited exemption as a
problem, but other companies wanted it expanded: 8 Recordati Rare
Diseases Australia (RRDA) proposed the first two to three applications; 8!
STA nominated two major and one minor submissions;#?and Amicus
Therapeutics recommended five years 83

Bayer proposed extended the exemptions beyond designated orphan drugs
UOwWEUUT UwUT ECwOUT EVws EPUT EUT UwEI I 1T EUDOI
OUxT EOQOwWE] UPT OEUDPOOKS ¢

Novartis expressed concern that the current orphan definition does not

EExUOUUI wsxl UUOOEODPUI EwOIl EPEPOI Uz wlUT EVws
homogenised patient population for say lung cancer, into smaller population

UUEUT OUwWUT EVWEUT wi i U0IUGA wdl BOOOIz QuE IOE wsuE
the existing criteria or new fee exemption criteria for personalised

DOOOYEUDYI*®wOIl EPEDOI 67

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.®2 3 wUUT T 1 U0T EwUOT pUwWUT OL
Ol EU0wUT 1T wi PUUOwWUPOWEXxxOPEEUDPOOUZ wi OUWE
less than $50 million per annum, with fees to be paid in instalments once the
PBSexpenditure on the medicine exceeds $3 million per annum.#?

7 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.

8 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

6.65

6.66

6.67

6.68

- OROxT EUOwW+DOPUI EwxUOxOUI EwsEI T 1 VUEOWOI
owned companies would permit early -stage companies to begin to receive

revenue before paying off the balance of submissiOO wi & 1 U8 z

' OUIl Uw EET UUwWUI EOCOOI OEIl Ews EOOUDET UDPOT u
EOOOI OUUUEUT whpbPUT wUT P RRDA arguadiHatisd felietuE O O x E
Ul OUOEWET ws O EOUwWUI U0T EOz w0l EODPOT WEOOXE
turnover ¢ it nominated $50 million + 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

OUxT EOWEUVUUT wExxOPEEUDPOOUWET EEUUT wws UT 1 B
OUxT EOWEUUT Ud 7

By contrast the RDIWG suggested that this be done on a medicine by

Ol EPEPOI WEEUPUOWEUT UDPOT ws EOOUPET UEUDOOU
based on budgetimpact would increase access to treatments for very small
xOxUOEWDPOOUB 7

3T T w#l xEUUOI OUWEEYDPUI EwUTl EOwPUOws xUI YDPOU
UOPEDOT wUEEOI woOil will UWEEUI EwOOWEOOxEDauU
&OYI UOOI OUzZUWEOEBWUB O VwddWx E@UT EVws U7 1
the costs and efforts undertaken by the Department, commensurate with

Il EET wOUUEOPUUDPOOwWUA xT Owli0n theJdaestiondifesd i wE O C
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

Professor Andrew Wilson (Prof Wilson), Chair of the PBAC, made the
i OOO0OPPOT WEOOOI OUUWOOWUT T wbUUUT woOl wlT 1 u

88 Noxopharm Limited, Submission 70, p. 3.

89 Better Access, Submission 160, p. 7.

%  RRDA, Submission 3, p. [2].

9. RDIWG, Submission 51, p. 5.

92 Department of Health, Submission 15.6, p. [8].

9 Department of Health, Submission 15.6, p. [9].
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| 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
APOUOPOT Adw( Uwil EVwOPUUOT wbOXxEEUwWOOwPT EQwp
we want to enhance our consumer-involvement processes even further, that is

anEUI Ewpbpi 1T Ul w( wOT DOOwPI wOl 1 EwUOwWUT POOWEEOU
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 upwith the submissions based process, but, if

you were to add additional, unfunded applications to be made, that would be

very challenging. %4

Provisional access

The existing system and opportunities for change

6.69 A significant issue raised by the pharmaceutical sector was the need to

6.70

6.71

strengthen and expand provisional subsidised access to medicines, currently
provided through managed access programs.

l UPUUOOwW, al UUw2@UPEEwWw UUUUEOPEwW®! , 2 Awi R
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
EQEwUI BOEUUUI O% Dhnsok & JohnhédN sated thay:
3T 1T wETEBwW EET UUw/ UOT UEOzZ wp, / Awi UEOT POUOW
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.9

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,

% Committee HansardCanberra, 24 June 2021, p. 9.

9%  Bristol Myers Squibb Australia (BMS), Submission 118, p. [18].

%  Johnson & Johnson, Submission 134, p. 10.
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meaning the provisional approval does not actually provide access any
faster.9” Similarly, Roche submitted that:

There is similar need for alignment for the managed entry scheme [i.e. MAPSs]
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 themost efficient way possible.®

6.72 The RDIWG argued that many new technologies may provide long -term

EIl Ol Il POUwWI OUwxEUDPT OUUWEOEWEOOUI gU1 OUObau
EUUTI UUOI OU8zww( OwUOUT 1T EwUT EQws UT 1T UT wUT OUC
innovative access mechanisms to ensure patients have the advantage of
being able to access treatment in parallel to the longterm collection of
Z 1 6 $¥Vary other submitters were supportive of similar ideas,
emphasising the opportunity for RWE collection. 1°°BMS, which claimed that
PUwl EEwxEUUPEDPxEUI EwbOw UUUUEOPEzUwsi DU
for a melanoma drug, submitted that:
6 E O O E mIGgpfowdls could reference, rather than duplicate, the post-
OEUOI UPOIl wUUUEDPI UwEI DOl wEOOEUEUI EwBbOwWOUI | |
be necessary to conduct local studies, although this should be justified on an
exceptional basis, rather than assumedfor all casesio!

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, Johson & Johnson, Pfizer, Novartis

and LEO Pharma stressed the importance of the risk of this type of

97

98

99

100

101

102

Novartis, Submission 138, pages [11}[12].
Roche, Submission 92, p. 16.
RDIWG, Submission 51, p. 3.

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 89;
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.

BMS, Submission 118, p. [22].
BMS, Submission 118, p. [22].



132

arrangement being appropriately shared between the sponsor and the

Commonwealth. 1% The New South Wales Government (NSW Government)

argued the arrangementsnd EwUOWDOEOQUET wsET UI T EwUDOI ¢
post implementation with a focus on disinvestment, or renegotiation on

price for therapies that do not meet expected value to patients and/or the

I TEOUT wUauUl 06 wws ( UWEOUOWE Ulplade fhetg T EU wU |
OT 1T wOl EPEDPOI woOl I UUws E EThOMSrhlasidrESleepl a wE O E
Association recommended that these programs be designed in consultation

PPDUIl ws xEUDI OUUWEOEWEOPOPEEOWUUEOI T OOEIT U
supportorganD UE UBOOU A 6 7

6.75 Dr Tuffaha recommended that the utilisation of Managed Access Programs

be increased, and noted:

= |tis vital to engage major stakeholders, including patient representatives, in
the development and implementation of managed access schemes.

= Obijective 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).06

Overseas examples

103

104

105

106

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 [1-112];
Submission 202, p. 6.

New South Wales Government, (NSW Government), Submission 93, p. 19.
Australasian Sleep Association, Submission 16, p. 5.

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.7, | EPEPOI Uw UUUUEOPEwI RxOEDPOI Ews U
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:

» " O00xUOUOVawUl EEUT wOiI T OUPEUDPOOUGT OUwWOI EDI
versus a competitor.

= Reference price system where medicines with no additional benefit are
reimbursed at the reference pricetos

Figure 6.1 The German Model

Submits

evidence Consultation with
> dossier manufacturers/ Sofe, <o
& to G-BA experts ! !
Market entry Benefit assessment Benefit decision Price negotiation Arbitration
(with EMA (G-BA and IQWIG) (G-BA) (manufacturer and insurers) (manufacturer,
authorization) i arbiters, insurers)
< Manufacturer =77 Product paid =19 Product assigned =9 Product assigned e Product assigned
sets list price at list price areference price negotiated price, price decided by
during 1st year of to be arbitration,
assessment and paid starting to be paid
- negotiations 2nd year relra‘aclively
» ® starting 2nd year

.,
l Market 3 6 12 15
entry months months months months

Source: Beer Access Australia, Submission 160, p. 17.

6.77 Better Access provided a diagram illustrating the German model, Figure6.1
(UDWEOEDPOI EwUIl EUws Ul 1 w&l UOEOwWUI BOEUUUI Ol
EOUU WOl wEwWUDT OUOUUWYEOUIT wESUWITIUuwdd 100 BEub

107 STA, Submission 7, p. 6; BioMarin, Submission 152, p. 5.

108 Medicines Australia, Submission 141, p. 54.
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6.78

6.79

6.80

6.81

EOOCEI El wUOT EOwUT T wUauUl Owsl EVwi EET Ewi DUE
overpricing and failure of the system to clawback excess from use beyond
indication, or failure to achieve health outcomes in real world application
YI UUUUWEOPOPEEOWUUPEOUSzw( UwEUT Ul EwlIT EU

improving data accessibility through electronic health records places us well
toOOEPI awEwUauUUl OwpPUT wWwUUDPUEEOI ws EEUVUUOUUWE
access, affordability and transparency right. 109
I, 2wOUUOPOl EW%UEOEITI zUw3i OxOUEUaw UU0OT OUb
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 patients110

3T T wWEUUT wxUPET wbUws Ul Owi Ull az OwEUUWUUE
while the temporary authorisation is in force. 111

, 1l EPEDPOI Uw UUUUEOPEWUUEUI EwUT EUwbOwUT 1 u
acts as a managed access pathwawi OUwOI b wE E OBMSDwOI EPEDPO
suggested that this has been more successful than its Australian equivalent,

as it has been used for considerably more medicinest BMS described the

CDF as having two roles: funding managed access arrangements, and
xUOYPEDOT wsbPOUI UPOwi UCEDPOT wi OUwWEOOwWOI pC
3TT w" 000PUUI T zUw4* wPpPUOI UUw, Uw, I BOET UluU
Officer and Director of the Centre for Health Technology Evaluation, NICE,

explained that:

We have a specific fund| it'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].

11 BMS, Submission 118, p. [20].

112 Medicines Australia, Submission 141, p. 54.

13 MSD, Submission 63, Appendix A, p. 2.

114 BMS, Submission 118, p. [24]
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bring a drug to market at an 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|

two to three years of use in the NHY combined 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:

= |t 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& zUwOUxT EOwWEUUT wel UPT OEUPOOwWOUWUI T B
priority approval pathways, orf OUWE ws Ux1 EPEQux Ox UOEUD C
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 Governmenttt?
= The duration of the interim access period would be agreed between the
Sponsor and the Government, and could be extended by mutual
agreementt18
=  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 deferred®®
= 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 HansardCanberra, 7 July 2021, p. 4.
16 Mr Smith, Submission 13, p. 9.

17 Mr Smith, Submission 13, p. 9.

18 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

Normal re-entry Pathways l Normal patient access (PBS/MBS) ‘

Interim
2 - (33)_»{"100% remainder
e | G [ o [ e
drug meets % ep PBAC/MSAC
3! process
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i Determine interim pricing: e S
a high and e comsanv e completed? ‘ Remainder distribd to
unmet i comp/Gov't as appropriate

* % deferred
need* 2

Recomm
ended?

Interim patients transition, new

i interim)**
Patients have access (interim) patients have access (PBS/MBS)

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
{ it was unclear on the evidence whether any form of managed access is
currently available for the LSDP.121

684 311 waOPYI UUPUawWOI w, 1 OEOULUOI
UOUYI DOOEOEIT wOl ET EOPUOUGBEU
more restricted form of provisional access to medicines:

The creation of nationally accredited centres for early, proactive assessment of

EwOl PubOOOYEUDPOOZzUwl i il PEEEAOWUEI T UawEOE wWT |
the evidence to support broader dissemination (or not), and disinvestment

from existing, ineffective health care practices?22

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 realworld 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

6.87

6.88

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

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

standardised protocol -based postmarket pharmacovigilance consultation in
community pharmacy to enable earlier and reliable access to and ongoing
EOPOPEEOwWUUxxOUUwWI OUwdl pwESEWOOYI OwlUI E

371 w/ T EUOEEI UUPEEOwW! 1 O1 i POUwW EYDPUOUa w"

6.89 When asked by the Committee how many MAPSs are in place currently, P rof

Wilson replied:

A very small number. | think in practice we have two which are still

operational at the moment. The challenges in the managed access program,
which | talk about in the paper, are that you have to have the right sort of
guestion; 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.1?7

6.90 In the paper, Prof Wilsonrefersti 1 w/ ! "z UwUUEOPUUPOOwWUIT E!

OEEUI EwOOwWOUUWOEUTI UYEUPOOUWPOWEOUOUUDI Uwbp:
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 HansardCanberra, 24 June 2021, p. 6.
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edablishing 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

costl 1 1 T EUPY!l wxUPEIT wbPUwOOUWET UI T EwETI UPI 1 OwlO
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

OYIT UUDPT T UwoOl WEEET UUwxUOUOEOOUGS

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

6.92

6.93

While the central role that real world evidence (RWE) plays in provisional

access schemes has just been discussed, submitters commented on various

OUT T UwhUUUI UwUI OEUPOT wUOwWPUB W3 EOI EEWUUE
into the value of treatml OUUz wbi 1 OwUUI EWEOOOT UPEIT wE OF
the potential to reduce uncertainty and enable more informed decision -

OEOPOT zwpi i Owii Ol UEOI EwlT UOUT T wsExxUOx U
there will be particular opportunities to gather RWE when s x EUD1T QU U wpk B C
i 6O00O6PI EwUx wi OUWEWOOOT wUDPOIT wi OUwWUEIT Uauw
many gene and cell therapies, and emphasised the importance of disease

registries for this purpose.1?®

= Methodological challenges + where the lack of a specific framework and
language for provision of real -world evidence leads to under -generation and
under-acceptance.

=  Procedural challengest where the pre-reimbursement process is not
conducive to the generation of real-world evidence for inclusion in HTA
submissions!30

(OwdOOUI EwOT EQwOT T Ul whUwWwEwWs EOOXxEUEUDYI Oa
PEOOXxEUI EwbPPUT wUIT T wU idthat pefdntaudxpett mereuseO E A 6 7

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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6.94

6.95

6.96

6.97

6.98

of RWE in HTA than currently occurs, and highlighted the importance of
including Patient Reported Outcome Measures (PROMS) in such evidence.

(OQwUT 1T wEOOUI RUwWOI wEWEPUEUUUDPOOWOT wUOT T w/
for rare paediatric diseases, the Luminesce Alliance explained that:
60T T Ul wuwPUWEQwWOxxOUUUOPUAWOOWET EOT T wlOT 1 wdd
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. 13!

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 reimbursement3?- in order

to generate more RWE, including through use of registries. 33 Both these
xOPOUUwWPI Ul wi ET Ol EWEaAwUT T w" T DPOEUI Oz Uw" E
members 134

The Australasian Leukaemia and Lymphoma Group and Haematology

mobilise real-worOE WEEUE wx UOT UEOUzZ wi OUw' 3 wxUUxO
EOOOI EUPOOOwWXEUUPEUOEUOGaws POEUI EUI Ewli OE
Ui 1T U8 UbPI Ub 7

10ET T wOUUEOPUUI EwUT EQws UT 1T Ul wi EVWET 1 OwEu
RWE in making regulatory and reimbursement decisions, but the way in

PT PET wi16$SwhbUWEI POT wOUI EwPOwUT 1 Ul wxUOBEIT U
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
PDOxUOYDPOl wsEEUEwWDOI UEUUUUEUOUUI z wf OUwOT 1
Sanofi recommendl EwUT T wElI YI OOx 01 QU wOi ws EOT EUWE (
processes, including the acceptability of several sources of scientific

131 Luminesce Alliance, Submission 32, p. 21.

132 Medicines Australia, Submission 141, p. 12.

183 Luminesce Alliance, Submission 32, p. 21.

134

"T DOEUI OzUw" EOET Uw( OUUPUUUI Ow2UEODUUDOOWWKOwWx 8 wet

135 ALLG and HSANZ, Submission 112, p. [7].

136 Roche, Submission 92, pages 1:20.
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evidence, such as [RWE] to capture the value for patients and their

i EOPDOPIOVEYUDPUWUDPOPOEUOAWEUOI E pported) ws E wE €

by Government, for the generation of [RWE] via registries to address

I YPEI OEIl wil Ex Uwb Owl BLAOMEGEbkitted that OUEUDOOUGS 7
opi 1 OwUOOI UwlOi EDEEOQwWOIl I EwbUwl BT T weOEwWPT 1 U
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. 13°

699 ! , 2wOOUl EwOT EVw' 3 wWEOEDPT UwbOwUT 1T wad* we- (
Uil DUwWDbOUI OUwUOwi OUOEOOa wbOEOUXxOUEUI wle
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
conUPEI UPOT OwOEOI OawUaxl UwlOi wli63$wWEEEI xUI
methodological framework for best practice for consideration and use of
EEVUEWEOEOaAaUDPEUGZ

6.1014" ! WEEOOI Ewi OUwWOOUT wlUIT woi wieswbOwEUUI U
(that is, a form of combination therapy). 142 MCIA advocated for the use of
EOUT ws DOE O WA wdd BWOEUMEUD OOEOWUUUEDIT Uw
EOQOEws EOCOOPDPOT wOI T wOUT woOl wUOT T w3 & zUw2 2u
in assessment of medicinal cannabis products** Ol RPOOwWEUT Ul EwUT
DUWEwWOI I EwUOOWET YI OOxwEI UEDPOI EWEOEWUUEOU
+2#/ zUwl OPT PEPOPUAWEUDPUI UPEwWUOwWs EOOOP wU
EUUI UUOI OV0wOiwgz16$¢wdl 1 EUBZ

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
xUOYDPUDOOEOWEEEI UUOWEOOOI OUI EwUT EQws BUOu
controlled trials] are considered to be the gold standard, and real world,

OEUI UYEUPOOEOQWEEUEwWPUwWOH U1l OWUUENIT EJwUOuU

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
xUOEUEUDPYDPUAOwWPOUOI OUETI wxEUUPEDXEUDOOOU
confidence and O x x O U U ¥ & sughasted 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 vaccines4’

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

6.105 Viiv Healthcare Australia (Viiv) similarly argued that the current approach:
6EOI UOzUwUI EOT OPUT wUOT EVwUOOT wbOEDPYPEUEOQWE
outcomes from medicines that are considered clinically equivalent on average
across the whole target. Fo 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 level14°

6.106 STA provided one of the most concise comments on this issue, proposing the
DO UUOE UE U bkjbtived fousabSidly Iprocesses aligned to patient
o1 1167

145 MUCHE, Submission 62, p. 11.

146 Better Access, Submission 160, p22.

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, | EPEPOI Uw UUUUEOPEWEUT Ul EwUT EQws UT 1 wEU
inadequately considers the evaluation of social and economic impacts of a
xEUUPEUOGEUwWOI E P E bl Bu@ERu®I OB WIYE WUWwp@idis F iuwg
methodologies for assessing many of the key determinants of success, used
Of Ul OWEOEwWPDHUT wUOUIT 1 UOWEOOUI ROUwPOwWOUT |1 Uu
citing studies on the valuation of treatments for osteoarthritis and
haemophilia. 151 It suggested that the problems with the current system are
xEUUPEUOEUOAWEEUUI wi OUWYEEEDOI UOws xUI YI
other therapies with particularly long -term benefits.

6.108 In its submission Eli Lilly Australia (Eli Lilly) asserted there is a problem
PPUT wUT 1 wYEOQUEUDPOOWOI wsDOOOYEUDYI wlOl EPE
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 longterm
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
6.1091 OET | wODPOI PPUI WEUT Ul EwUT EUOwxEUUPEUOEUC
Ul ET OOO0O0T1 Bl U0z wsdE vl iBcluding Eobiedal valllebndgd U
UOwWET wbOEOUEI EQOWEOEwWI OEOQUUET I EeubOwWEUUI
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 aquantitative manner -i.e

societal outcomes are not included in the costeffectiveness calculation. It
would be valuable for the Government to provide transparency and clarity

151 Medicines Australia, Submission 141, pages 33t KOwt NOWEDUDP O w# w2 Elabourb]l OE wl
xUOEUEUDYPUAWEGEWUT 1 wiel 81 i POVwwOl wbOUI UYI OUPOOU wI
Australia, Sydney, September 2016 www.medicinesaustralia.com.au/wp -
content/uploads/2020/11/20160905pt -FINAL -Schofield-OA_productivity -final -report.p df
OwYDIi Pl EwhWw. EVOET Uwl Y1 hOWEOE w+ w! UOP Owi (heE 08 Ows 31

2020.
152 Eli Lilly, Submission 140, p. [4].
158 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 undertakents4

6.110 Johnson & Johnson was also critical of the view of value taken by both the

/7 " wEOEw, 2 " OwpkPl PET wb ®inkEdotreddE | E WE Uws C
sT Ul EUI UwUl EOT OPUDOOZ wb O wUieflecttte beiall OB O1 U
benefit to the Australian Government and the Australian people of new and
POOOYEUDYI wUI 1 UExDPI UOZwWEUwWP]T OOWEUwWs EOOU
PpOUI UOEUDPOOEOWEUUI UUOI OUWOOET O6UUET wEUuU
Multi -Criteria Decision Analysis tool designed specifically for the Australian

1 OYPUOBOI OUB z

6.111 UCB raised the valuation of innovation in a more specific context, the

YEOUEUPOOwWOI ws EUVUUT wEl YPET wdOI ET EOPUOUOZ U
broadening of the criteria (e.g. accepance of realworld data) for the cost
effectiveness assessment of drug device mechanisms, to appropriately
Ul EOT OPUT wlOT 1T wYEOUT woOl wlOT 1 wET OPMIDU A WET Y
OPOI PPUI wEUT Ul EwOT T wEUOUUI O0wUaUUbstztwEOI U
devices1# 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 mecharisms.159

6.112 Some submitters focused particularly on the question of valuing products

i OUWUEUT wEDPUI EVUI UBw" 2+w! 1T UDPOT Owi OUwI RE
EOOUDPE]I UEUDPOOwWOI wYEOUI zwi OUWEOOOE®x UOEU

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 costeffectiveness 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

155

156

157

158

159

160

Roche, Submission 92, p. 19.

Johnson & Johnson, Submission 134, p. 10.
Johnson & Johnson, Submission 134, p. 13.
UCB, Submission 74, p. 3.

MSD, Submission 63, Appendix A, p. 2.
ACVA, Submission 76, p. 11.

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
OPT UEDOI wOl EPEEUDPOOUWOOWEOUUwWI i i TEUDYI C
pharmaceutical companies succeed in approval for similar medications at

61 OUWEOOOOOWEOOCEPUDPOOUWUUET wEUWODPT UEDOI Ow!
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

611531 1 wUl OUDPOI OUwWPEUwWI ET Ol EwEaw+%$. w/ 1 EUBEC

YPI Pl Ewi GUEOOawEa wlOT 1T w/ ! 2066 UsiinAHg splade U wE 1 |
Of wET UBGEUOOOT ao6pi 1 Ul wOi 1 wUOEDPI UEOQWEQE wi
xEOPIT OUUWE E OWE E E wBUtlarguéd that béierdhatitod OO O 01 E S 7
UEEOODOT wPOUOEWOEOT wUT T w/ ! "wsEI OUI Uwl @

and innovative medicines | OUw UUBUEOPEOUS ¢

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 | EO Pharma, Submission 202, p. 2.

164 | EO 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 lan 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
EWEPDUEOUOUWUEU! whT PET waOUwWExxOaOwEI EEUUIT w
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. | know that in the UK and Canada they're looking at three per
cent and 1% per cent discount rates. Why we've got five per cent in these
modern times | do not know at all. That's a practical thing that has a massive
impact on those sorts of technologies16s

6.118 Novartis 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

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

OUl EUOI OUzZUwWYEOUI 6 w* 1 awl BtheOpreVdntatived OE OUET wY |
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
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 coststs8

6.120 It illustrated the effect the differe nce in discount rates makes with the
I REOx Ol wOi wEwUOUI EUOI OUws x Ul VY Fekpecafcy WE wWE |

166 Committee HansardSydney, 12 March 2021, p. 21.
167 Novartis, Submission 138, p. [12].

168 Medicines Australia, Submission 141, p. 33.
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Of wWywal EUU6zZw UUUUEOPEwWPOUOEWYEOUI wlil B
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

1171 OU0wWUOPEUEUWXxUI YI OUPOOOwW UUUUEOPEZ UwWED!
allocation in precisely the opposite direction. 169

6.121 MSD submitted that a study has shown the PBAC to underestimate survival
EIl Ol Il POUWEOEwWUT EVws UT 1 wUOET Ul UUPOEUDOOU
short time horizon preferred by the PBAC for economic analyses suggest
that that the value of medicines with longer -term benefits may be
UOEIT Ul UUBIaElk thd there are four problems with how vaccines
in particular are valued: the high discount rate for future benefits; the
OEUUOPwsT 1 EOUT EEUIl wUauUUI Owxl UUxI EUDYI zu
benefits (discussed in the previous section); a low tolerance for uncertainty;
EOQOE ws Ul 1 waiféxtivénesatBrésboldl (willingness to pay per unit of
health gained) applied for preventive interventions like vaccines as
EOOXxEUI EwOOwUIT 1 UEstbuddeRds thdd hoBebnEttie&elistldsz
DPUWUOUOOYEEOI OWEOEwWxUOXxOUI Ewsl UUEEODPUIT B
Uil OWEEE]T UUPEOI wi OUwxUEOPEwWI EOUT wbUUUI
6.122 Pfizer echoed these concerns, and similarly identified the high discount rate,
OT 1 ws RN RO T OUWUE Ox 1 z-affcihvEness thiesholdd O b1 U wl
applied for preventative interventions like vaccines as compared to
UT 1 UE x1 UUP Eut@elcdinménded hpplying a lower discount rate,
using a broader perspective on costs and benefits andremoving the cost-
effectiveness disadvantagel’ Ms Anne Harris, Country Manager, Pfizer,
told the Committee:
61 OUWYEEEDPOI UOwPOwWXxEUUPEUOEUOwWPT WEOWT EYI w
process for vaccine evaluation. We know vaccines have a huge public halth
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* w/ T EOw* 6 wi OWEOS Qe @@alEUD U OO
survival with extrapolated overall survival for pembrolizumab assessed by Australian
Ul BOEUUUI O1 OUaPDR Bsig®41p Septi2a2q. O w

171 MSD, Submission 63, Appendix C, pages [1}[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 devalueq the benefit upfront is valued more than the benefit later on.
As you say, there are these broader benefits. | 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 accesst’s

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:
6pPPUT WEWYEEEDOI OwbUwPUwOOUwWwx OUUPEOT wUOWE O
every potential benefit of that vaccine. If we look at influenza specifically,
O T U AUwUOOI Ul bOT WEEOOIT EwUI E hGeOEdwYEUDPEUD
YEEEPOEUDOOwWPEUWUT ECwPl wUUEODPUUI Ewhit wal EU
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 16year trial across all differ ent seasonal variations to calculate efficacy.

3T 1T wUl EOOEWPUUUT wPUwWUT 1 OwlT 1T WEUOGEET UwET OI |
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
000ad68200whi wadUwi EYT wUOOWEUUUEPOwWUT 1 wOUOE]
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 also| I'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 HansardSydney, 12 March 2021, p. 9.
176 Committee HansardSydney, 12 March 2021, p. 11.
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6.1252 EQOOI PwUUEOPUUI EwUlIl E balusrfudisatibh Nréytatn ha®

don't have specific thresholds, but you can see in the decisionmaking 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

guite a few processes for vaccines and we've actually not been able to bring

our vaccines to the market in Australia. 177

w0l 1
OEEUUUI EwUDOET wUT | w/ UOT UEOQwWPEUWEUI EUC
PDPOUOWUT T wi YEOQUEUPOOwWxUOET UUIT UwThedUwY E
University of Melbourne similarly commented that:

E

m m:

w
13

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 OOUT 1 UwEUxI EQwOIl wOi T w/ ! "zUwYEOUEUDOOuU

reforming was the use of comparators. These are defined in the

#1 xEUUOI OUzUw' 3 wl OOUVUEUAaWEUwWUDOxOaws U
other current clinical management) that most health care practitioners will

replace in practice should the proposed health technology be implemented

EUwx UO®%QUI iy xEUUOI OVwWUOOEwWUT T w" 600DPUUI
really is meant to capture a new proposal in comparison with the existing

UUEUT wé&i wxOEabdz

6.127 Viiv explained that:

177

178

179

180

181

Committee HansardSydney, 7 May 2021, p. 16.
Sanofi, Submission 99.1, p. [1].

University of Melbourne, Submission 133, p. 4.

assessment (HTA) advisory committee for fundi 01 wOT wWEwOl EPEDPOI Owdl EPEEOWU
Canberra, February 2013 https://www.pbs.gov.au/industry/useful -resources/glossary/Glossary
of-Terms_Final-15Apr-13.pdf, viewed 19 October 2021.

Ms Adriana Platona, First Assistant Secretary, Technology Assessment and Access, Department
of Health, Committee HansardCanberra, 18 June 2021, p. 24.
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The National Health Act 1953Cth) requires the PBAC to assess cost
effectiveness of a medicine relative to an alternate therapy or therapies. This is
referred to as the canparator. 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

6.128 Viiv noted that this is closely linked to the policy of reference pricing, which

it described as:

OEwx OOPEAa wUT EdugEconsidered to betf 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

similartoth E0wUUTl EWEAwUT T w4* zU0w- (" $OwWUOET Uwbl
developed with the input of clinicians and patient groups to determine

patient population, place in clinical practice and most appropriate

EOOxEUEUOUwWI GBwUT 1T wli 1 UExadz

6.130 In his appearance before the Committee Mr Meindert Boysen, Deputy Chief

Executive Officer and Director of the Centre for Health Technology
$YEOQUEUDPOOOW- (" $OWEPEWOOUWEOOOI OUWEDUI E

182
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Viiv, Submission 80, p. 6.
Viiv, Submission 80, p. 6.
Viiv, Submission 80, p. 7.
Viiv, Submission 80, p. 7.
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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. 18

613161 1 OWEUOI EWEEOUUW- (" $7ZUWExxUOEET wUOwWI 1 E
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 | and we know this from COVID, of course | is all to do
with managing uncertainty. | 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, | 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 | am at.187

6.1325DPYzZ UWEOOET UOUwPIT Ul wUT EUI EwEawdUT T UwUU
AbbVie and LEO Pharma.88 Gilead Sciences gave an example of a hepatitis
' wOUT EUOI O0wUT ECwUT T w/ ! " wUl NIl EUI EwEa wE
EOOXxEUEUOUz wi YI OwUT OUT T wOT 1T w/ ! "wETUIITE
SExxUOxUPEUI wWEOPOPEEOWEOOXxEUEUOUSz w&bOI
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 HansardCanberra, 7 July 2021, p. 3.
187 Committee HansardCanberra, 7 July 2021, p. 9.

188 MSD, Submission 63, p. 3; UCB, Submission 74, p. 4; AbbVie, Submission 180, p4]; LEO
Pharma, Submission 202, p. 4.
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may include, if necessary, amending the legislative powers under which the
PBAC operatesis?

6.133 Pfizi UwWEUI PwEUUI OUPOOwWUOwWUI T wxUOEOI OUwOI w

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:

s Byéneral, 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

i OUOUOGEUawUI | 01 EDWEO®x]1 UPUPOOwWPOwWUT 1T woOE

International reference pricing

6.135 Another dimension of the valu ation issue that several submitters were keen

UOwl OxT EUPUI wbUwUT | wEOOXxEUDPUOOWET UPI T Ou

Ul i1 Ul OEl wxUPEPOT 6zw Uw/ i Pal Uwi BRxOEDOI E
The relatively low prices EEQWE OUOwWPOXxEEUwOOwWOUT 1 UwOEUO]
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
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Gilead Sciences, Submission 101, p. 3.
Pfizer, Submission 137, p. [10].
Pfizer, Submission 137, p. [11].
Pfizer, Submission 137, p. [10].

Mr Chris Stemple, Vice President and General Manager, Australia and New Zealand, AbbVie,
Committee HansardSydney, 12 March 2021, p. 13; Shawview Consulting, Submission 181, p. 7.

Pfizer, Submission 137, p. [11]





















































































































































































































































































































































































































































































































































































































