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[Abstract] Objective To compare the difference between orphan drugs included in the First Rare Disease
Catalogue in the U. S. FDA (Food & Drug Administration, FDA) and NMPA (Natimal Medical Products Ad-
ministration). It provides a reference for the management of drug therapy for rare diseases and the research
and development of new dosage forms. Methods The varieties of orphan drugs listed in the U. S. FDA and
approved in the domestic NMPA for diseases included in the First List of Rare Diseases were included. Com-
pared with the U. S. FDA and China’s NMPA, there are differences in dosage forms with generic drug—listed
varieties. The orphan drugs without relevant dosage forms in the U. S. FDA orphan drug—qualification and
approval time, approval indication and usage, as well as the approval status in other countries and the clini-
cal trials in China were analyzed. Results As of September 2022, among the diseases in the First List of
Rare Diseases, 308(43.5%,308/608) orphan drugs—listed by the U. S. FDA have been approved in China
with the same generic name, of which 55(17.8%) have dosage forms different from the U. S. FDA, and 8
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drugs (11 dosage forms)are approved by the U. S. FDA for the treatment of diseases in the First List of Rare
Diseases, involving 6 rare diseases. Conclusion Compared with foreign countries, there is still a phenome-
non that "drugs canbe obtained, but the relevant dosage forms can not meet the clinical needs" in China, and
further attention should be paid to whether different dosage forms of the same generic name drugs can meet
the treatment needs of rare diseases.
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HoAth )75 104 (1014 A) HER Y (=6 Ll 28 dJEEH 28 d
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ke JEIR 6 H (198 1H) 5,0.25 mg q12hE i, 1% %
i S ONIBill s
EHFI AR 20104E 2009457 H 528 PAH(WHO I14]) WA L4 H 47, IR 18 pgild
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2.2.3 HER.SHE. . ZHEZWMAFEHTHE
PELFHENL M LF4E{k (cystic pulmonary fibrosis,
CPF) [A 52 52t S S, 0 SR PR o) S e e A T
FIPUR 25 KIIRTT . 2 E FDA SR HLMEZ MR (&
e H BB T CPFAYIRLZ BEss . etk 4ifki2
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