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[ Abstract] Objective: To provide a reference for improving drug security policies by analyzing the accessibility,
procurement and application of orphan drugs in China. Methods: Literature analysis was used to evaluate the accessibil-
ity of drugs from two aspects of availability and affordability. Adoption rate, constituent ratio, etc. was used to analyze
the current status of purchasing quantity and amount of drugs for rare diseases. Results: From the perspective of availa-
bility,, domestic listed drugs only account for 58.9% of global listed drugs, and 16 rare diseases have no drugs to treat
in China. 24.2% of domestic listed drugs have not registered for rare diseases, and all drugs of 20 rare diseases are off-
label. From the perspective of affordability, only 43.4% of domestic listed drugs are truly covered by medical insur-
ance, and 76.0% of drugs outside the medical insurance list are high-value drugs. DDDs of orphan drugs purchased by
medical institutions increased with year-on-year growth of 571.56% in 2018 and 13.80% in 2019, and the procurement
amount increased with year-on-year growth of 45.22% in 2018 and 25.40% in 2019. The coverage rate of some high-
value orphan drugs was only 0.02% ~3.06% . Conclusions: The availability of orphan drugs in China is not as good as
that in foreign countries. The drug evaluation and approval system should be improved to promote the R&D and market-

ing of generic drugs. Catalog access and pharmaceutical centralized purchase have improved the affordability of orphan
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drugs, but the benefits of rare disease patients, especially those involved in high-value drugs, are still limited. A multi-

level medical insurance policy for orphan drugs should be established, especially for high-value drugs.
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