ST BERES

ﬁlﬁ;
B3

» BE [ TTIBEIRES ] www.angle.com.tw

E XA
EEFHE"AE 88 L
Z B e B R b

Is it “gene therapy” ?
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What, exactly, is “gene therapy”? As of this writing,
there are more than 700 active investigational new
drug applications for “gene therapies”. And yet, FDA”s
definition of “gene therapy” dates back to 1993 — ancient
history relative to recent advances in the field. Crystallizing
a modern definition of “genetherapy”, concerning what
constitutes “gene therapy” is important beyond mere
semantics. In July 2018 FDA issued six draft guidance
documents on “gene therapy,” but none with a substantially
new definition. The term also carries significant baggage
regarding drug pricing, with “gene therapies” seeming
to command higher premiums relative to other advanced
biotherapeutics. Ultimately, the difference between
calling a therapy a “gene therapy” and something else is
the difference between a slate of regulatory incentives,
streamlined approval, specific manufacturing guidances,
and, likely, premium prices and public cache. We review the
contours of the term here, and propose that “gene therapy”
— in the lay, scientific, and legal sense—should be defined
as an intentional and expected permanent alteration of a
specific DNA sequence of the cellular genome. Defining
gene therapy in this fashion would provide clarity to

scientists and regulators alike.
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