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[ Abstract] Objectives: To adjust the payment threshold setting method in the economical evaluation of orphan
drugs, so as to improve the rationality of their economical evaluation. Methods: This article conducted in-depth anal-
ysis on the theoretical basis setting the payment threshold in the economical evaluation, discussed the theoretical
shortcoming of payment threshold setting from the perspective of health utility theory, and explored the theoretical so-
lution of adjusting the payment threshold for orphan drugs. Literature review and international experience summariza-
tion were then conducted for verification. Results; The conventional cost-utility analysis assumes that health utility
corresponding to one unit of QALY is a constant, therefore underestimating the value of orphan drugs which can great-
ly improve the health condition of patients with severe rare diseases. Based on our theoretical analysis, for patients
with severe rare diseases that have an initial QALY of almost zero, during the improvement of their health condition,
their marginal health utility while gaining every addition unit of QALY will monotonically increase until the patients
can participate in social activities in a normal manner, after which the marginal health utility will start to decrease.
Based on the principle of paying by utility, if orphan drugs can greatly improve the health condition of patients with
severe rare diseases, the payment threshold of orphan drugs should be higher that of general drugs which can only

slightly improve the health condition of patients. Conclusions: The traditional constant threshold mechanism should be
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adjusted according to QALYs, which would allow a more scientific evaluation of the economic efficiency of orphan

drugs.
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