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Development of orphan drugs for rare diseases is fraught with opportunities and challenges globally, in legislative policies, research 
and development, clinical trials, time to reach the market and disparity in affordability and accessibility. The opportunities include 

incentivizing of researchers and manufacturers in fee reduction or no fees for protocol assistance, preauthorization inspections, 
marketing authorization, grant funding, priority review voucher for rare pediatric disease and granting of market exclusivity. These 
were stimulated by the US 1983 Orphan Drug Act and heightened awareness of the public health impact and ramifications in many 
countries. The number of orphan drug designations has increased in recent years and so is the number of marketing approvals. 
However, there challenges that could limit the development include understanding the disease and sometimes the co-morbidities, 
establishing the clinical relevance and cost effectiveness, difficulties in setting up clinical trials for the small populations and high 
cost of bringing a new product to market especially an orphan drug with limited target population and market opportunities. The 
purpose of the presentation is to underscore the opportunities, successes in orphan drug development and challenges using relevant 
case studies. Review of orphan drugs categories and designations for rare diseases in several countries, opportunities that include 
legislative and regulatory incentives, challenges in development and recent successes were done. Using USA as a reference country, 
examples of opportunities and challenges in the development of pediatric orphan drugs for rare diseases such as pediatric HIV/
AIDS and sickle cell disease were given. Perspectives on academic-industry-government collaboration relating to the opportunities 
and challenges were also presented. The significance in the successes in orphan drug approvals, ongoing and increasing awareness 
of impact of development of orphan drugs on the life of the patients and the low market opportunities and difficulty in bringing the 
products to market were emphasized.
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