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Assessihg Drug Safety in Children — The Role of Real-World Data "

Ann W. McMahon, M.D., and Gerald Dal Pan, M.D., M.H.S.

There are substantial gaps in
evidence regarding the safety of
many drugs in children. Real-world

data could help to fill these gaps
in _several ways, First, such data

can provide greater insight into
the long-term effects of in utero
exposure to medicines on grow-
ing children. For example, one
observational study used chart re-
views and clinical assessments to
demonstrate that exposure to val-
proate in utero was associated
with decreased IQ at 6 years of
age, whereas exposure to carba-
mazepine, lamotrigine, or pheny-
toin was not.?

Finally, rare diseases manifest-
ing during childhood, some of
which may affect fewer than 100
people worldwide, generally can’t
be studied using large medical
record-based databases. Disease-
based registries that include clin-
ical details are needed to assess
treatment and disease-based out-

comes, including adverse effects
associated with drugs.

The New England Journal of Medcine
June 7,2018
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