
P
os

te
d

on
A

ut
ho

re
a

22
A

pr
20

21
|T

he
co

py
ri

gh
t

ho
ld

er
is

th
e

au
th

or
/f

un
de

r.
A

ll
ri

gh
ts

re
se

rv
ed

.
N

o
re

us
e

w
it

ho
ut

pe
rm

is
si

on
.

|h
tt

ps
:/

/d
oi

.o
rg

/1
0.

22
54

1/
au

.1
61

91
13

26
.6

00
07

23
9/

v1
|T

hi
s

a
pr

ep
ri

nt
an

d
ha

s
no

t
be

en
pe

er
re

vi
ew

ed
.

D
at

a
m

ay
be

pr
el

im
in

ar
y.

Path towards efficient paediatric formulation development based
on partnering with clinical pharmacologists and clinicians, a c4c
expert group White paper.

Jennifer Walsh1, Daniel Schaufelberger2, Sonia Lurian3, Sandra Klein4, Hannah Batchelor5,
Roy Turner6, Sveinbjörn Gizurarson7, Luigi Boltri8, Elisa Alessandrini9, and Catherine
Tuleu10

1Jenny Walsh Consulting Ltd
22. Schaufelberger Consulting LLC
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Abstract

Improved global access to novel age-appropriate formulations for paediatric subsets, either of new chemical entities or existing
drugs, is a priority to ensure that medicines meet the needs of these patients. However, despite regulatory incentives, the
introduction to the market of paediatric formulations still lags behind adult products. This is mainly caused by additional
complexities associated with the development of acceptable age-appropriate paediatric medicines. This position paper proposes
the use of a paediatric Quality Target Product Profile (pQTPP) as an efficient tool to facilitate early planning and decision
making during the children-centric formulation design for new chemical entities, or to repurpose/reformulate off-patent drugs.
Essential key attributes of a paediatric formulation are suggested and described. Moreover, greater collaboration between
formulation experts and clinical colleagues, including healthcare professionals, is advocated to lead to safe and effective, age-
appropriate medicinal products. Acceptability testing should be a secondary endpoint in paediatric clinical trials to ensure
post-marketing adherence is not compromised by a lack of acceptability. Not knowing the indications and the related age
groups and potential dosing regimens early enough is still a major hurdle for efficient paediatric formulation development;
however the proposed pQTPP could be a valuable collaborative tool for planning and decision making to expedite paediatric
product development.
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