The ethics of compassionate use and the ‘right’ to try unapproved drugs

Abstract

Generally, patients in the U.S. access unapproved medical products by enrolling in
a clinical trial. Pre-approval access does not involve enrolling in a clinical

trial. For a variety of reasons, some patients cannot participate in a clinical trial.
Terminally ill patients who are not able to participate in a clinical trial and who
have no other treatment options may seek pre-approval access. So might those
with debilitating non-terminal diseases or conditions, such as blindness, multiple
sclerosis, or chronic pain. Also, patients with serious or terminal illnesses who
have no other approved treatments available may use expanded access to seek an
experimental drug or device that is not yet in clinical trials or for which the clinical
trials are full or have concluded. Finally, in some cases, patients can seek access to

drugs via compassionate use requests.

In my view, there are better ways for patients to access unapproved drugs than so
called right to try. [ will described one model—the compassionate use advisory
committee or CompAC —which I have pioneered at NYU with Johnson & Johnson

and which has been very successful ethically and practically.
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