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Orphan Drugs 
 
The term “orphan drugs” is used for both experimental and proven drug therapies 
that are intended for conditions that affect a limited number of people.  In these 
instances where the potential market is very small, pharmaceutical manufacturers 
have little financial incentive to develop or market the drugs, as the anticipated sales 
do not justify the large investment. As a result, the drug may be “orphaned”—that is, 
left without a parent company to develop, manufacture, or market it. 
 
The federal government has implemented specific regulations to encourage 
development of orphan drugs for diseases or disease subtypes that affect fewer than 
200,000 people in the United States.  These incentives include federal tax credits to 
sponsoring companies, special development grants from the FDA, and special 
patent and marketing protections.  One of these marketing protections is a 
guarantee that no drug is allowed to compete with an orphan drug for seven years 
unless the second drug can prove itself to be significantly different from the first.   
 
Initially all drugs developed for subtypes of MS (for example, Betaseron®, Avonex®, 
Copaxone®, and Rebif® for relapsing forms of MS) benefited from “orphan drug” 
status.  For example, because Avonex® (interferon beta-1a) had orphan drug status, 
the FDA permitted Serono to market Rebif® (also interferon beta-1a) ahead of 
schedule only after the company was able to demonstrate a difference in efficacy 
between the two drugs.   
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The National Multiple Sclerosis Society is proud to be a source of information about multiple 
sclerosis. Our comments are based on professional advice, published experience, and expert 
opinion, but do not represent individual therapeutic recommendations or prescription. For specific 
information and advice, consult your personal physician.  
 
To contact your chapter, call 1-800-FIGHT-MS (1-800-344-4867) or visit the National MS Society 
web site: www.nationalmssociety.org. 
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