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Current U.S. Drug/Biologic Interventional
Clinical Trials for PSC (April 2018)
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Types of Endpoints

* Clinical Benefit - Regular Approval
— How patients feels, functions or survives

* Validated Surrogate — Regular Approval

— Validated by evidence based justification (e.g., randomized
controlled clinical trials) that it can be relied upon to predict,
or correlate with clinical benefit

e Surrogate — Accelerated Approval
— Reasonably likely to predict clinical benefit
— Determination made on a case-by-case basis by the Agency

— Requires confirmatory trial(s) that verifies clinical benefit
(ongoing at the time of approval)



Surrogate Endpoint For PSC

* There is no single biomarker that is a clear
standalone candidate surrogate that is
reasonably likely to predict clinical benefit at
this time.

* Choice of surrogate endpoint should depend on
the mechanism of action.

* Consideration should be given to developing a
composite of multiple biomarkers.
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