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WHAT IS THE ORPHAN DRUG ACT?

The Orphan Drug Act was enacted in 1983 and became the 
world’s first law to incentivize biopharmaceutical companies 
to invest in the development of drugs and biologics, known 
as “orphan drugs,” to treat individuals with rare diseases.

HOW DOES THE ORPHAN DRUG ACT WORK?
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THE FIGHT CONTINUES
Prior to 1983, there were 
fewer than 40 FDA-approved 
therapies to treat rare 
diseases, leaving millions of  
patients without treatments.³

Today, there are 
880+ FDA-approved 
treatments.⁴

More than 95% 
of rare diseases 
are still WITHOUT 
any FDA-approved 
treatment.⁵
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Today, more than 30 million Americans living with a rare disease have new options for treatment and hope of  
more innovations in the years to come. However, less than 5% of 10,000 known rare diseases have treatments  
and so we fight on.⁶

We cannot fight alone – we need your 
help. Learn how to join us in the fight: 
rarediseases.org/get-involved


