Introduction to Endpoints for Clinical Trials in Pharmacology

d. Relatively objective endpoints versus relatively subjective endpoints

The following chapters concern endpoints used in clinical trials on solid tumors, hema-
tological cancers (non-solid tumors), immune disorders, and infections. Following these
accounts are chapters on health-related quality of life (HRQoL). HR QoL refers to sub-
jective information collected from study subjects by way of questionnaires. HR QoL
data may be used, as an endpoint, in efforts to gain FDA approval for various drugs and
medical devices.

Publications that systematically address the utility and reliability of HRQoL ques-
tionnaires include the following. The publications are cited for studies of cancers, includ-
ing breast cancer (16) colorectal cancer (17) lung cancer (18) melanoma (19) and liver
cancer (20) as well as for diseases that are not cancer, such as hepatitis C virus (21) tuber-
culosis (22,23) multiple sclerosis (24,25) and asthma (26).

At the objective end of the endpoint spectrum is overall survival (death), while at
the subjective end of the spectrum is HRQoL. Regarding survival, Slamon et al. (27)
refer to this as “an end point free of ascertainment bias.”

Endpoints that reside at intermediate points in this spectrum include endpoints that
rely on tumor size and number. Even though tumor size and number seem straightfor-
ward, these are often determined by measurements by an independent radiologist, and
by the investigator’s radiologist, and they are often determined at a given time point,
and then confirmed at a later time point. Other endpoints can reside in between the
far-objective and far-subjective ends of the spectrum. For Patient-Reported Outcomes
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