
  

  

  

SUBMISSION 

HOUSE OF REPRESENTATIVES INQUIRY INTO 
APPROVAL PROCESSES FOR NEW DRUGS 
AND NOVEL MEDICAL TECHNOLOGIES IN 
AUSTRALIA  

27 October 2020 
 

Contact: 
Professor Jonathan Carapetis AM 
President 
Association of Australian 
Medical Research Institutes 
 
PO Box 2097 
Royal Melbourne Hospital VIC 3050  
president@aamri.org.au 
www.aamri.org.au 
 
ABN 12 144 783 728   



2 
 

About AAMRI 
The Association of Australian Medical Research Institutes (AAMRI) is the peak body 
representing medical research institutes (MRIs) across Australia1. Our 57 member 
organisations have nearly 20000 staff and research students, are internationally recognised 
and undertake half of government funded health and medical research. Our members 
include independent MRIs as well as university- and hospital-based institutes with a central 
focus on health and medical research. Their combined revenue exceeds $2 billion per 
annum and they received over $672 million in competitive grant funding in 2018. With over 
500 active clinical trials and over 100 new patents awarded each year, medical research 
institutes have a firm focus on improving health outcomes and delivering great commercial 
returns for Australia. Together, they aim to drive innovation in healthcare through research to 
improve the lives and livelihoods of people in Australia, and worldwide. 

 

  

 
1 For further information about AAMRI and its members, please visit https://aamri.org.au   

https://aamri.org.au/
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Summary of Recommendations 
Recommendation 1: 

Invest in national capabilities to support all stages of the R&D pipeline and address funding 
gaps. This approach will maximise Australian Government investment in research and early-
stage translation by ensuring that discoveries have a supported pathway to industry 
investment. These investments should include: 

a) Establishing a broad scope funding pathway for non-commercial translational 
research with great potential for returning health benefits. This would build on the 
work already being undertaken by funding schemes such as the MRFF Clinical Trials 
Initiative. 

b) Establishing national centres with capabilities in drug development downstream from 
screening/discovery up to investigational new drugs.  

c) Establishing a central resource to connect research, investors and potential 
development partners. Bringing these partners together will increase opportunities to 
create a value proposition for a combination product and better enable and 
accelerate such projects towards a new therapeutic. 

Recommendation 2: 

Prioritise and resource existing national efforts to establish a “clinical trials front door” by 
mandating a single streamlined approval process for ethics and establishing harmonised and 
efficient governance approvals for clinical trials. 

Recommendation 3: 

Revise approval processes to reduce existing barriers by: 

a) Enabling ongoing use of virtual clinical trials through telehealth, teletrials and delivery 
of trial materials to participants including assessments, which have been helping to 
bring the trial to the patient. These measures have worked very effectively during the 
COVID-19 pandemic and should be continued to broaden inclusion in trials from 
remote and regional participants, and to encourage interstate trial participation 
through Primary sites and cluster models. 

b) To shorten review timeframes for conditional approval, establish an accelerated 
regulatory pathway through the Therapeutic Goods Administration (TGA) for drugs 
and devices that recognises previous approvals from international regulatory bodies. 

c) Establishing a progressive approval pathway for rare diseases that allows use of 
real-world registry data to support use of new treatments where no treatment has 
previously been approved. 

d) Establishing a standard, routine approval pathway for molecular indications of drugs 
and treatments. This would exist alongside the current pathway for therapeutics with 
disease indications.  

e) Providing regulatory incentives for sponsors of new drugs that create an accelerated 
pathway for safe use in hard to reach populations such as granting patent extensions 
of 6-12 months and providing vouchers to sponsors that grant accelerated approval.  
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Response to the inquiry terms of reference 
AAMRI has responded to the inquiry’s four terms of reference in the following sections.  

TERM OF REFERENCE 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. 

AAMRI has over 50 medical research institute members who are highly effective in 
translating their research into the clinic. This work includes development of novel drugs, 
vaccines, interventions, devices, and medical technologies that are at the cutting edge of 
global innovation and address the world’s biggest healthcare problems. 

Due to space limitations in this submission, AAMRI has provided a few brief examples of this 
type of work by Australian MRIs. We are able to provide further examples on the 
Committee’s request. 

Australia’s first proton therapy unit  
South Australian Health and Medical Research Institute 

SAHMRI will establish Australia’s first proton therapy unit, a $500 million radiotherapy facility 
to treat cancer in young people and sensitive tissues. This cutting-edge technology – first of 
its kind in the Southern Hemisphere – delivers a precision radiation dose to the tumour while 
allowing for a significantly reduced radiation dose to the normal healthy tissue surrounding 
the tumour. This approach targets the tumour directly, reducing the likelihood of adverse 
side effects and increasing the likelihood of better health outcomes for cancer patients. 
Because of the lower dose of radiation to healthy tissue, this technology is highly 
advantageous for cancers in paediatric and Adolescent and Young Adult (AYA) patient 
groups and for cancers in highly sensitive tissues such as the central nervous system near 
the axial skeleton. Construction of this facility is now underway and was made possible 
through government investment and support at the state and national level. For further 
information, please see https://www.sahmri.org/sahmri-theme/news-258/ and 
https://www.australianbraggcentre.com/. 

The Affordable Dialysis System 
The George Institute for Global Health 

Ellen Medical Devices and The George Institute have developed a peritoneal dialysis 
machine that can sterilise water in places where water supply may be contaminated. The 
technology uses solar power, fits in a small suitcase, and runs on a few dollars a day. 10 
million people worldwide live with end-stage kidney disease, and over seven million of them 
will die because they do not have access to life-saving dialysis or a kidney transplant. This 
device is an innovative solution to a massive global health problem that can affect the lives 
of millions of people in low- and middle-income countries. Please visit 
www.ellenmedical.com/the-device/ for more information. 

Polypill 
The George Institute for Global Health 

The George Institute has developed a range of low-dose combination therapies for 
cardiovascular disease that means patients only need to take one pill, once a day, to receive 

https://www.sahmri.org/sahmri-theme/news-258/
https://www.australianbraggcentre.com/
http://www.ellenmedical.com/the-device/


5 
 

the multiple drugs they need to prevent secondary events. Cardiovascular disease is the 
leading cause of disease burden globally and affects people across the geographic and 
socio-economic spectrum. While many effective treatments are available, only half the 
people at risk in high income countries and less than 10 percent of at-risk people in low-
income countries are receiving all recommended treatments. These polypills will ensure that 
more patients take the right pills at the right time, and will help reduce their risk of heart 
attack and stroke. Please see https://www.georgeinstitute.org/projects/single-pill-to-avert-
cardiovascular-events-space for more information. 

 

TERMS OF REFERENCE 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. 

 

Strong investment in all stages of health and medical research 

Continued strong investment by the Australian Government in all stages of health and 
medical research will be needed to respond to the future health challenges facing the nation 
and to ensure Australia remains a world-class medical research nation. The investments in 
research being made through the National Health and Medical Research Council (NHMRC), 
the Medical Research Future Fund (MRFF), and the Biomedical Translation Fund (BTF) 
mean that Australia has the potential to be one of the world-leaders in medical research in 
the decades to come. However, to make the most of these investments, a more strategic 
approach will be needed to ensure the right level of investment is being made at the different 
stages of the research pipeline. 

Strong investments in early-stage discovery science will always be needed as it is our past 
investment in discovery science that will provide the foundation on which new drugs and 
novel medical technologies are developed. New investments being made through the MRFF 
and the BTF help address a critical funding gap that has prevented so much of Australia’s 
great research from being developed further or having to seek investment overseas to 
progress further. However, it will be important to keep looking strategically at the balance of 
investment being made at the different points of the research pipeline and to adjust 
accordingly. Key stages of the pipeline have historically seen less investment than other 
stages. To facilitate a smoother commercialisation pathway to the clinic this will need to be 
addressed, and there are opportunities to do this through existing funding programs. 

Support for research that sits between commercial and non-commercial funding streams 

There is a significant amount of translational research that while being critical for improving 
health outcomes is not yet attractive enough for funding through venture capital and other 
industry sources that require a high potential commercial payback (high-risk, high-reward 
investments). The outcome of this is that advances in treating both common and rare 
diseases can stall. This includes research such as clinical trials that will deliver significant 
health benefits but that are unlikely to have a commercial return, such as those for rare 
diseases with a small market, behavioural therapies, re-purposed drugs, prototype devices 
or changes in healthcare practice.  
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Unfortunately, there is an investment gap for a large amount of research that cannot attract 
commercial funding and is not eligible for non-commercial grants. Investments in the range 
of $5-$15 million are needed, which is well ahead of investments made by the NHMRC and 
other national peer-reviewed grant schemes (typically $1million or less). However, the nature 
of these projects means they are not attractive to venture capital which is seeking 
investments with a much greater rate of return. The NHMRC schemes also tend towards 
funding research with the greatest potential impact which favours projects far earlier in the 
translational pipeline that the research discussed above. 

The new MRFF clinical trials initiative has been excellent for beginning to address this type 
of research. However this initiative is new and its current investment levels mean that a great 
deal of research is unable to be funded and cannot progress to the clinic. We would 
welcome a central resource that would help link these areas with potential investors. It could 
also research, investors and potential development partners who may have a combination 
product opportunity to create a value proposition to enable these projects to move forward. 

The absence of a funding pathway for research with a broad scope and lower initial returns 
stifles progress and prevents patients from accessing new treatments. It deprives Australia 
from realising the greatest health benefits from research and the potential health care 
savings from providing the most effective and evidence-based treatments. It is hoped that 
over time as the Medical Research Future Fund develops new funding pathways can help 
tackle this problem. 

Focus on national capabilities limited to early-stage commercialisation 

Funding availability for early-stage commercialisation continues to be one of the greatest 
hurdles preventing the development and commercialisation of new drugs and novel medical 
technologies. While there are specific funding schemes through the NHMRC, MRFF and 
BTF, each of these target stages in the research pipeline that are either at the discovery 
stage, or much further along when the case for commercialisation has already been made. 
Funding and infrastructure availability to take discoveries beyond the proof-of-concept stage 
continues to stifle development of medical and health technologies, treatments, and devices 
through to the market/clinic. Over time this could be addressed by identifying these specific 
stages of the funding pipeline and rebalancing investment levels. 

There has been some notable progress made recently in this area through the new 
investments in the National Drug Discovery Centre (NDDC), based at the Walter and Eliza 
Hall Institute. This early-stage drug screening facility is available to researchers from across 
Australia and provides an enhanced national capability in the very early discovery stage of 
drug R&D. The NDDC has provided an excellent opportunity for Australian drug discovery.  

There is now an opportunity to build on this capability by investing in additional centres that 
specialise in capabilities in later stages of pre-clinical drug development. This could include 
centres of medicinal chemistry to advance screening hits discovered through the NDDC and 
biological screening facilities to validate the most promising candidates to advance our 
home-grown research to the investigational new drug (IND) and early proof of concept stage. 
National capabilities in drug development up to the clinical entry stage is critical for 
advancing Australian discoveries along the pipeline and to make them highly attractive for 
industry investment.  

The greatest impediment to this streamlined drug discovery and development pathway in 
Australia is funding and infrastructure gaps at critical stages of development. While the new 
Biomedical Translation Bridge will help address some of these issues the funding 
opportunities are generally targeted to later in the pipeline where discoveries have already 
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received industry investment. To an extent this seems logical as it provides an opportunity to 
leverage government funding for industry co-investment, but it does mean there is a great 
deal of research that is languishing and unable to progress because of the fewer funding 
pathways at that stage of the pipeline. 

Australia could significantly boost the number of new drugs and treatments designed, 
developed and produced in the country by investing in national centres with capabilities and 
capacity that specialise in stages of the R&D pipeline downstream of the National Drug 
Discovery Centre. To further boost the advancement of therapeutics through this pathway 
and towards clinical development, these centres should have on-staff regulatory and clinical 
development consultants. In-house advice from salaried staff with expertise would be a high 
value investment as seeking advice regularly through external consultants can be costly and 
slow. 

 

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

 

Ethics and governance approval processes for clinical trials 

The ethics and governance approval processes can take too long, delaying clinical trials and 
making Australia a less appealing destination for investment. The COVID-19 pandemic has 
shown that when needed the approval process can be sped up safely. For Australia to be 
more competitive in a global market a streamlined approval process is needed. Significant 
work has been undertaken to find ways to streamline processes, such as the accreditation 
framework for clinical trial sites, but more effort is needed. The processes currently differ by 
state, by institution, by setting, and whether the recruiting site is public or private. Action is 
needed to both speed up processes, and for one single approval process to cover clinical 
trials across the whole of Australia. 

Enhanced clinical trial infrastructure 

There are enormous growth opportunities for clinical trials in Australia. Compared to most 
other nations Australia has managed the COVID-19 pandemic relatively well, and this 
provides a stable environment to undertake clinical trials. Combined with other key 
population advantages and a strong medical research sector there is room for expansion. 
However, expansion within some hospital and healthcare settings will need encouragement. 
Most large hospitals are already inundated with clinical trials and are not able to take up all 
opportunities because of space and capacity constraints. Work will need to be undertaken to 
grow the clinician researcher workforce, find funding solutions for sponsor monitoring, data 
management and research nurse costs, and crucially, provide space within hospitals. 
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TERMS OF REFERENCE 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. 

Speeding up approval processes 

There is an opportunity to look at some of the innovative processes that have been put in 
place during the COVID-19 pandemic that have helped improve regulatory processes and 
timelines and embed these in an ongoing way. For example, being able to utilise telehealth 
for clinical trials, electronic signatures being accepted by stakeholders, bringing trial 
assessments to the patient as well as sending medications and devices directly to patients to 
use at home has helped many trials continue. This has shown the sector that running virtual, 
cluster and satellite site trials is now possible and that a physical clinical services site is not 
required for all trial visits. This can help increase access to patients in rural and remote 
populations. There have also been some interesting innovations in terms of more monitoring 
of patients remotely during clinical trials. This not only helps improve trial efficiency but also 
makes life easier for the patient. These changes in practice need to be continued beyond the 
COVID-19 period.  

Mutual recognition between Australian and overseas agencies 

There are moves to put into place mutual recognition agreements between agencies and this 
should be looked at in greater detail and expanded wherever it is safe to do so. For example, 
when a Biologics License Application (BLA) application is approved by the US Food and 
Drug Administration (FDA) and marketing authorisation is received for a product, and then 
exactly the same information with any local nuances in Module 1 of the Common Technical 
Document is provided to the TGA, it still has a 255 day timeframe. It should be possible for 
the TGA to rely on the FDA’s review and accelerate the approval process for inclusion in the 
Australian Register of Therapeutic Goods (ARTG). 

The Therapeutic Goods Act (1989) legislation could be revised to allow for expedited 
timelines when a reputable, overseas competent authority such as the FDA or European 
Medicines Agency (EMA) has reviewed and approved a comparable marketing authorisation 
application. This would allow rapid approval for new therapeutics to get the product to 
patients sooner. In addition to providing rapid approval pathways, timelines could be 
decreased by increasing the TGA budget so expedited reviews can be implemented. There 
have been some trials in the adult cancer space where the TGA is trialling a process 
together with the FDA and EMA. Hopefully, the lessons learnt from this can be implemented 
quickly. 

Approval processes for patients where there are no alternative treatments 

A large part of the approval process is linked to risk management and ensuring the safety 
database for new products is adequate for the indication cohort. 

It must be recognised that for rare diseases and for paediatric cancers, the safety and 
efficacy databases are difficult to generate due to small patient cohorts. This is because 
there are not enough patients from which data can be gathered. Where this is the case, real-
world data needs to be used through a progressive approval pathway, particularly for orphan 
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diseases that do not have any therapeutic solutions. Alternatively, formal recognition of 
registry trials can be used as a basis for progressive or conditional approval. 

In some circumstances the choice being faced is to pursue a more-risky treatment as there 
are no other treatment options remaining. In these circumstances early approval should be 
given, and data generated and monitored in terms of safety and efficacy. At present the risk 
assessment framework does not take adequate account of the size of the population of 
patients as well as the severity of the disease, and this is not appropriate for paediatric 
cancer. 

Adjusting regulatory approval processes for personalised medicines 

The development of personalised medicines means that some adjustments need to be made 
to approval processes such as creating a routine, standard approval pathway for 
therapeutics with molecular indications. One example is larotrectinib (VITRAKVI®), an NTRK 
inhibitor, which was recently approved in the US for a molecular indication rather than the 
more usual disease indication. This means that rather than a drug being approved for the 
treatment of a specific cancer, such as breast, lung, bowel etc, it is approved for every 
cancer where an NTRK fusion is found, and in both adult or paediatric populations. If similar 
approaches were available as a standard approval pathway in Australia this would speed up 
the availability of new personalised medicines for more patient groups. 

Providing incentives to undertake rare disease research 

In Australia there are few incentives to develop or speed up the availability of drugs to 
combat rare diseases, or diseases in smaller populations such as in disease sub types. For 
these populations, the major barrier to approval of new drugs is that clinical trials are 
incredibly challenging and overly prolonged due to difficulties in recruiting participants as 
well as being expensive. The current regulatory pathway seeks trial-based evidence for 
indicated populations.  

There are approaches taken by the FDA in the US that could be considered in Australia by 
the TGA. One example is incentivising sponsors seeking approval of new drugs to have 
development plans in place for paediatric populations. Ensuring that there is a streamlined 
regulatory pathway could safely allow the use of cutting-edge, life-saving therapies in 
children sooner. In the US process, sponsors that have responded to this and are seeking 
drug approval are provided a patent extension of six months and are also provided 
accelerated approval vouchers that can be on-sold. The provision of such accelerated 
approval vouchers does not have a direct cost to government but does provide an 
incentivising mechanism. 
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