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Major aspects and instruments 
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Table 1. Examples of regulatory initiatives to foster therapeutic R&D in rare diseases 

Regulatory authority; name of 
regulation/ initiative; description and 
goal 

Key measures and incentives for innovation 

European Medicines Agency (EMA): 
Regulation (EC) N° 141/2000 on orphan 
medicinal products (OMPs) 

In 1999, the Council and the European 
Parliament adopted Regulation (EC) No 
141/20001 on orphan medicinal products 
("the Orphan Regulation") to incentivise 
research, development and marketing of 
medicinal products for rare diseases. An 
orphan designation can also be obtained 
for drugs with an expected insufficient 
return on investment.  

 Establishment of an “Orphan Medicinal Product Designation”; 

 10 years of market exclusivity in which other industry operators are 
prevented from entering the market with a similar product for the same 
therapeutic indication. This may be reduced to 6 years if the product is 
sufficiently profitable; 

 Access to a centralised procedure allowing immediate marketing 
authorisation in all Member States and facilitating the availability of 
medicines to all patients in the EU;  

 Reduced fees for regulatory procedures;  

 Assistance by the expert Committee for Orphan Medicinal 
Products (COMP);  

 Clinical trial protocol and regulatory assistance;  

 A repository of all designated and authorised OMP. 

United States Food and Drug 
Administration (FDA): Orphan Drug 
Act, Public Law 97-414 

In the United States, Congress passed 
the Orphan Drug Act in 1983 to provide 
incentives for industry investment in 
treatments for such rare conditions.  

 Establishment of an “Orphan drug designation”; 

 7 years market exclusivity, but may be reduced if the product is 
sufficiently profitable;  

 Federal funding of grants and contracts to perform clinical trials of 
orphan products; 

 Tax credits (up to 50% of clinical development costs);  

 Exemption/ waiver of application (filing) fees;  

 Assistance by the Office of Orphan Products Development (OOPD) 
during the development process. 

Japan Pharmaceuticals and Medical 
Devices Agency (PMDA): The Article 
77-2 of the Pharmaceutical Affairs Law  

In Japan the Orphan System was 
established in Japan by amending the 
Pharmaceutical Affairs Law (PAL) in April 
1993 and entered into force in 1

st
 

October.  

 Applicants can receive subsidies through the National Institute of 
Biomedical Innovation (NIBIO) to compensate for development costs;  

 Applicants can receive guidance and consultation from the Ministry of 
Health, Labour and Welfare (MHLW), the Pharmaceuticals and Medical 
Devices Agency (PMDA), and NIBIO on research and development 
activities. PMDA provides a priority consultation system; 

 Preferential tax treatment: 12% of study expenses incurred can be 
reported as a tax credit;  

 Priority review for marketing authorization. Lower user fees are 
applicable to review for marketing authorization;  

 Extension of re-examination period: After approval, the re-examination 
period will be extended up to 10 years for drugs and up to 7 years for 
medical devices.  
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Recent policy trends 



 

 

7 

Figure 1. United States FDA market approvals, 1983-2015 

Number of approved new molecular entities and approved orphan designation drugs. 
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Notes
 

1
  https://sustainabledevelopment.un.org/?menu=1300. 

2
  https://www.iata.org/pressroom/facts_figures/fact_sheets/Documents/fact-sheet-industry-facts.pdf. 

3
  Regulation (EC) No 1901/2006 of the European Parliament and of the Council on medicinal products for 

paediatric use, amended by Regulation (EC) No 1902/2006. 

4
  http://www.uspto.gov/web/offices/pac/mpep/s2750.html. 

5
  http://www.nih.gov/about-nih/what-we-do/budget. 

6
  http://www.phrma.org/sites/default/files/pdf/2015_phrma_profile.pdf. 

7
  http://www.fda.gov/Drugs/DevelopmentApprovalProcess/DrugInnovation/ucm430302.htm. 
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