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Introduction to Endpoints

I. FDA’s GUIDANCE
FOR INDUSTRY

Endpoints in clinical trials are used to assess
the efficacy and safety of a drug or medical
device. Clinical trial design typically includes
primary endpoints, secondary endpoints, and
exploratory endpoints. As explained by FDA’s
Guidance for Industry (1), clinical trial design
includes a:

hierarchy of endpoints . . . determined by the
trial’s stated objectives and the clinical relevance
and importance of each specific measure indepen-
dently and in relationship to each other. We con-
sider any endpoints that are not part of the
prespecified hierarchy of primary and key second-
ary endpoints to be exploratory. Endpoints included
for economic evaluation that are not intended for
labeling claims should be designated as such, and
will be regarded as exploratory.

Additionally, the FDA states that (2):

primary and secondary efficacy endpoints should
be chosen based on the drug’s putative mechanism
of action and the proposed indication . . . [s]econdary
efficacy endpoints can provide useful information on
the effect of the treatment and . . . provide support to
the primary efficacy endpoint. Secondary efficacy
endpoints also can explore other effects of the drug
on the disease. Commonly used secondary efficacy
endpoints include . . . symptom scores, activity
scales, and health-related quality-of-life instruments.
Biomarkers can, in some cases, also provide support
of efficacy.

FDA considers safety endpoints to be
secondary endpoints (3). A publication from
FDA officials provided a distinction between
primary endpoints and secondary endpoints,
“In considering approval or nonapproval of an
application of a product . . . the results from
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