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[ Abstract] Objective: To compare and analyze the orphan drug identification and approval standards in the
United States (US) and the European Union (EU), so as to provide suggestions for improving the identification
standards for rare diseases and orphan drugs in China. Methods: By searching the official websites of FDA, EMA and
related literature, the identification standards for orphan drugs in the EU and the US were compared and analyzed.
Results; Both the EU and the US include epidemiological criteria, expected cost-benefit criteria, precision medicine
criteria, and clinical advantage over existing drugs of the same type in their orphan drug identification standards.
However, the EU has two additional criteria compared to the US, namely, the additional disease criticality criteria
and the significant benefit criteria. In practice, the attitude of the EU and the US towards the assessment of orphan
subgroups under precision medicine is also different. In addition, the orphan drug identification systems in the EU
and the US, in addition to their positive significance, also has negative impacts like causing disease over-
categorization leading to orphan drug policy abuse, and market exclusivity leading to market monopoly of high-priced
orphan drugs. Conclusion: It is suggested that China refer to the experience of the EU and the US in orphan drug
identification to design its own identification standards for rare diseases and orphan drugs, which may be expanded

from the following four criteria; epidemiology, expected cost-benefit, additional eriticality and precision medicine.
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