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[ Abstract] Objective; To provide references for the qualification and management of orphan drugs and the ensu-
ing incentive policies in China. Methods: By combining literature research with data analysis (on EU orphan drug
qualification review data in the period of 2000—2020) , the EU orphan drug qualification process and effects of policy
implementation were analyzed and studied. Results: The EU orphan drug qualification process is roughly composed of
four stages: the pre-submission meeting stage, the application submission stage, the verification stage, and the evalu-
ation and final suggestion stage. From 2000 to 2020, the EU has processed a total of 3678 cases of orphan drug quali-
fication applications. Among them, 2399 were provided with positive comments by the Committee for Orphan Medici-
nal Products (COMP) , 1047 were withdrawn, and 2379 were qualified by the European Commission (EC). Eventu-
ally, a total of 190 orphan drugs were approved for marketing. Suggestions:a qualification mechanism should be es-
tablished for orphan drugs, and catalog management should be established for rare diseases and orphan drugs, to pro-
vide legal basis for the medication of patients with rare diseases; a database for rare diseases and orphan drugs should
be established, which should be connected to the international rare disease database, so as to assist the research and
development of orphan drugs, and form a global community for the diagnosis and treatment of rare diseases and secur-

ity of orphan drug stock.
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