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Likely to predict efficacy
(clinical benefit)

e To approve products based on the limited data, such as surrogate
endpoints in exploratory study.

e Similarity to accelerated approval of USFDA * The product has an
effect on a surrogate endpoint that is reasonably likely to predict
clinical benefit (ref.)

 We have experiences in the orphan drug area.

j‘> Ref.) USFDA--Accelerated Approval of New Drugs for Serious or Life-
Threatening llinesses (57 FR 58958, Dec. 11, 1992)

* It applies to certain new drug products in treating serious or life-threatening illnesses and that provide meaningful
therapeutic benefit to patients over existing treatments.

* Approval based on a surrogate endpoint or on an effect on a clinical endpoint other than survival or irreversible
morbidity.

e The drug product has an effect on a surrogate endpoint that is reasonably likely to predict clinical benefit or on
the basis of an effect on a clinical endpoint other than survival or irreversible morbidity..

e Approval will be subject to the requirement that the applicant study the drug further, to verify and describe its
clinical benefit (such as OS).

* Postmarketing studies would usually be studies already underway.

.ﬂ * FDA may withdraw approval, if a postmarketing clinical study fails to verify clinical benefit; .............
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Thank you for your attention!
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