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“The way forward regarding

pediatric oncology is under

discussion by the Committee and may include revoking the
condition waivers, giving back to the Committee the possibility
to analyze the mechanism of action and target of the new
medicines in order to eventually obtain the necessary data in
children within a reasonable timeframe.”

To dare, children do nor have access wo
the medicines necessary o trear pediacric
cancers. Pediatric tumors have different
names and .\P!e'iﬁ.{'lt'lz.\ from adult tumors
that go far beyond che naming issue. In
most other therapeutic areas, with the
main exception in pediatric rheuma-
wlogy, the diseases Al'fcc:jng children
are close to those affecting adults wich
respect to ty pe of diseases and pathophys-
in[ug_:,'_ Owing to specific gene mutation
and expression profiles and Fase mmor
growth, cancers affecting children are
differene. An aggravating factor for the
lack of auchorized medicines is the rar-
ity of the diseases, representing a small
marker overall, although they are fre-
quent among serious pediaric diseases,
Cancer represents the second main cause
of death in children and creacmenis place
aheavy burden on the child and his or her
family. The uncertainties on long-term
pmg_imsis owing o potential late relapses,
aswell as complications of chemotherapy
and radiotherapy add to this burden.
However, puli.nric uucnlug_:.' is also the
area where trearments have achieved out-
standing resules chrough rigorous proto-
cols (using medicines off-label), resulting
in long-term survival and cures 1),
Another paradox is that most of the
treatments used today were established
by academics and hospital pediatric
oncologists over the last decades, gener-
ally with liecle help or interest from large

pharmaceutical companies. This meant
in practice chat access to anticancer medi-
cines was always significancly delayed
for children 2 in conwradiction with
ethical principles and existng guidelines
such as the International Conference on
Harmonization guideline on the develop-
ment of pediatric medicines (E11), which
requires simultancous submission for
adules and children when the disease is
serious or life chreatening, when there are
limited or no therapeuric altermatives a1

In fact, behind the success lies another
reality. 1f most of the success comes from
effective trearments of acute pediarric
leukemia and lymphoma, many other
mamors — especially advanced stages and
those of the CNS such as high-grade
glioma — remain withour effective thera-
peutic options, with shore survival and
devastating effects on the child and the
Family (3.

Rrg_u]:lmr}' initiarives in the USA, then
in Europe, aim to ensure that medicines
intended for adules are developed for
children where there are unmer pediatric
needs pozioy. Unformnately, o date in
pediatric oncology these have not been
so successful for several reasons. As
part of the US Best Pharmaceutical for
Children Ace (BPCA), the US FDDA can
issue Written Requests based on public
health needs describing how a company
can develop a medicine for children,

wich the prospect of gerting additional

Kevwonos: child » development » medicings » ancolegy » regulation
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