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Abstract Objective: To systematically understand the approval status of orphan drugs, and analyze the trend of
designations and approvals in the United States. Methods: Taking the Drugs@ FDA database and FDA Orphan
Drug Designations and Approvals online databases as the main data sources, and the information of orphan drugs
designated and approved by FDA from 1983 to 2020 was systematically collected. The statistical analysis was
performed in terms of the number of approved orphan drugs, approval time and therapeutic areas. Results: From
1983 to 2020, FDA designated 5757 orphan drugs and approved 943 orphan drug indications. The average time
required from orphan drug designation to market approval was 5.14 years. Among the approved indications of
orphan drugs, FDA approved 408 indications for antineoplastic and immunomodulatory therapy, accounting for

43.27%. Conclusion: Since the implementation of the Orphan Drug Act, both the number of designated orphan
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drugs and the number of approved orphan drug indications have shown a significant growth trend.

Keywords: FDA; orphan drugs; approval; designation
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