
 

15 June 2015 
 
Regulatory Operations Unit  
Market Authorisation Division  
Therapeutic Goods Administration  
Department of Health  
PO Box 100  
Woden ACT 2606 Australia  
 
Via email: OrphanDrugs.Consultation@tga.gov.au 
  

 

Dear Colleagues  

Re: Orphan Drugs Program 

Thank you for the opportunity to comment on the discussion paper that considers potential options for 
reform of the Therapeutic Goods Administration’s Orphan Drugs Program. 

Medicines Australia welcomes a review of the Orphan Drugs Program in order to optimise access to 
medicines for people with rare diseases. As stated in the Discussion Paper, the fundamental basis of the 
Orphan Drugs Program is to provide an incentive to sponsors to bring medicines to market for a small 
population and in doing so make medicines available to patients that otherwise may not be. 

Medicines Australia strongly supports the importance of the program in Australia now and into the future. 
While the utilisation of the program has increased, this is a direct reflection of the evolution of 
pharmaceutical research and development. The investment in bringing a new therapy to market is 
significant. Medicines for rare diseases can incur additional costs due to the inherent complexity of these 
therapies. Given the small intended population for these therapies, particularly in a small market such as 
Australia, the per-patient cost of therapies for rare diseases are much higher. 

Incentives provided in major markets such as the European Union and the United States encourages 
development of medicines for rare diseases. Given that Australia is a small market, removing or reducing 
incentives for orphan drugs in Australia may mean that companies reconsider registration of products for 
the treatment of very small populations in Australia. 

Reform options: 

Orphan drug definition 

Medicines Australia maintains that, in order to align with the original objective of the Orphan Drugs 
Program and international best practice, the current definition of orphan drug should be retained. This 
option allows for the current trend in targeted treatments to continue to be recognised as orphan drugs. 

Restricting the definition of orphan drugs to whole diseases, rather than considering subsets and limited 
indications will discourage pharmaceutical companies from commercialising rare disease therapies in 
Australia and ultimately impair access for patients. 
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Patient threshold 

Medicines Australia supports raising the currently low threshold of “not more than 2000 individuals in 
Australia” to a prevalence basis of 5 in 10,000, which addresses population growth and brings the 
threshold in line with other major regulators, including the European Union, Canada and Switzerland. 

Charging model 

Medicines Australia strongly objects to proposals to eliminate the fee waiver provision that exists as this is 
currently the only commercial incentive for the registration of orphan drugs in Australia. If this incentive is 
removed, local sponsors may not invest in bringing these products to market in Australia as this would not 
be commercially viable in many instances. This would result in inequities in access to these treatments for 
patients in Australia compared with their international counterparts. 

Medicines Australia supports a charging structure that provides continuing incentives to invest in clinical 
drug development for orphan diseases. These incentives should apply to both new drug applications and 
supplemental applications for new orphan indications. 

In order to consider any model based on reduced fees there would need to be other incentives offered to 
sponsors. This may include, but not be limited to, the following: 

• Develop a priority review mechanism: introducing a priority review mechanism for orphan 
drugs (e.g. with a 180 day review period) would provide further incentive to sponsors. 

• Strengthen intellectual property rights: Australia has a five year data exclusivity period, 
which is significantly lower when compared with other major markets. Adopting a 12 year 
period of data exclusivity (for both chemical and biologic medicines) would better approximate 
the effective life provided by standard patents and would assist in providing optimal access to 
orphan drugs in Australia. 

• Market exclusivity: introducing a scheme of market exclusivity (as operates in other regulatory 
jurisdictions such as the US), would provide a strong incentive for new medicine and label 
extension development in rare diseases. 

• Provide tax credits: Tax credits currently provide an additional incentive to commercialise 
orphan products in other major markets. While not within the immediate remit of the TGA, 
consideration should be given to the introduction of tax credits to encourage the development 
and commercialisation of orphan drugs in Australia. 

As the overall intent of the orphan drugs program is to encourage timely access to medicines for patients 
with rare conditions, any review of the current program should also give consideration to issues 
concerning the Pharmaceutical Benefits Scheme. 

The aim of any reform to Australia’s orphan drug program should be to maximise access for patients 
requiring orphan drugs and to align the program with international best practice. 

Medicines Australia appreciates the opportunity to provide feedback on the proposals raised in the 
discussion paper and welcomes further opportunities to continue discussions on measures to ensure 
optimal access to medicines for patients with rare diseases. 
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Please do not hesitate to contact me, or Alice George, Regulatory Manager (details below) if 
Medicines Australia can be of any further assistance.  

Alice George  
 Regulatory Manager 
 Medicines Australia 
 Telephone: (02) 6122 8560 
 Email: alice.george@medicinesaustralia.com.au 

 

Yours sincerely 

 

Tim James 
CEO      
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