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Meet the Speakers

John Owen

Title: Head, PMO

Organization: CDISC

John Owen has worked with CDISC for over 7-years. After supporting the project 
management of various Therapeutic Area User Guides, John now also works in 
identifying and growing CDISC’s development activities to advance standards across a 
wide range of therapeutic areas and heads up the CDISC Project Management Office. 
John graduated from The University of Wales, Collage of Cardiff with a Bachelors 
Degree in Biology. Working within the pharmaceutical industry in clinical data 
management, clinical programming, and standards development roles

Rebecca Leary

Title: Senior Project Manager (conect4children)

Organization: Newcastle University
Rebecca Leary is a Senior Project Manager with responsibility for the IMI2 funded, 

conect4children (c4c) project.  Rebecca is based in the John Walton Muscular Dystrophy 

Research Centre at Newcastle University  c4c is creating a pan-European clinical trials 

network for paediatrics, which will address the barriers to delivering effective paediatric 

clinical trials Rebecca is the co-lead of the data work package in c4c, this work package 

has a focus on improving the interoperability and harmonisation of paediatric clinical data 

collecting in clinical trials. Recently she established the Global Paediatric Data Forum to 

encourage international collaboration around data harmonisation. 



Disclaimer and Disclosures

• The views and opinions expressed in this presentation are those of the 
author(s) and do not necessarily reflect the official policy or position of 
CDISC.
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• Rebecca Leary and John Owen have no real or apparent conflicts of interest 
to report.



Agenda

1. Introduction to c4c

2. What problems are we trying to tackle?

3. Overview of Paediatric User Guide

4. Future of Paediatric data standards



MENTIMETER Poll

Scan Me



Introduction to conect4children (c4c) 



Why do we need clinical trials for children?

• There is a need to improve the health outcomes of children. 

• 27% of the worlds population are children yet only 16% of trials registered 

on the WHO portal are paediatric.

• Only 30% of marketed drugs in Europe include a paediatric authorisation 

and around 50% of medications used in children’s hospitals are not 

properly licensed for use in children.

• Children are not mini adults.

• Development need for age specific therapies.

• Safety and efficacy data on medicines in children is scarce.
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Barriers
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What 

are the 
barriers

?

Ethics

Increased 

regulations

Varying 

standards of 

care across 

EU

Rare 

diseases

Recruitment 

of patients

Lack of 

expertise

Lack of 

validated 

outcome 

measures

Lack of data

Fragmented 

infrastructure

No network 

of sites

Low 

interest 

from 

industry

Failed 

Trials



conect4children

Better medicines for 
babies, children and 

young people through a 
pan-European clinical trial 

network
.
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Expected long term impact of c4c
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Access to new experimental 
therapies for children in 

well-designed clinical trials

Better training for research 
personnel and improved trial 

readiness at all participating sites

Improved efficiency in executing 
trials (faster, cheaper) 

More interoperable paediatric 
data through data standards

Enhanced role patient/parent 

advocacy groups in planning and 

designing studies

Better medicines for 

all children
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Awareness of data Standards in c4c

Very low awareness of data standards and CDISC among academia. 
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Yes 
38%

No
44%

Not sure 
18%

Thinking about clinical trials you have 

participated in, are you aware of any 
formal standards, such as CDISC, 

being used when constructing CRFs 

for your trial?
CDISC 

standards 

22%

In-house 
standards 

32%
Other 

standards 

14%

Not aware 
of 

standards 
used 
32%

Are you aware of what type of 
standards have been used in 

clinical trials you have 
participated in?



Overview of the Pediatric User Guide



Timelines
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CDISC Standards Development Process COP-001

https://www.cdisc.org/system/files/about/cop/CDISC-COP-001-Standards_Development_2019.pdf


Scoping, Modeling and Standards Development

CDISC formed 
a cross-
functional team 
with pediatric
SMEs from the 
c4c consortium 
and CDISC 
volunteers
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Identified 
pediatric
cross-cutting 
concepts 
related to 
pediatric
clinical trials



QRS Instruments
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QRS Instruments
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19CDISC 2023 Europe Interchange | #CDISCUS #ClearDataClearImpact



Standards Development

• Develop CDASH 
CRFs and SDTM 
Table examples for 
new concepts

• Links to existing 
examples of data 
collection (CDASH) 
and Data Tabulation 
(SDTM)
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Modeling highlights



Gestational Age



Gestational Age

Use of the Subject Characteristics (SC) domain to record multiple assessments for 
the subject.
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EGESTAGE

Estimated Gestational Age

GSTABRTH

Gestational Age at Birth

• May be used for antenatal or postnatal 
assessments

• May be used for multiple assessments for a 
subject

• The date of estimation is recorded in SCDTC

• May be used when gestational at birth is of specific interest.

• SCDTC may contain date of estimation or date of collection.

• Useful when

• Subjects are enrolled after birth and only the subject's 
gestational age at the time of birth is of interest.

• The exact date on which the estimation was made is either 
not available or not of interest.

• Data privacy regulations prevent recording of a complete 
date that is identifiable as the subject's date of birth.



Gestational Age

• Collection format: weeks and days
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• SDTM does not support representation of results in mixed units.

• Gestational age is converted to a single unit (days or weeks) for 
representation in SDTM.

• SCORRES is used to represent the result in the original units and sponsors 
may convert the result to a standardized unit (represented in 
SCSTRESC/SCSTRESN/SCSTRESU) to support analysis.

• Sponsors may choose the appropriate unit to meet study needs.



Gestational Age

• Sponsors may also choose the format in which to represent gestational age 
results
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• Points to consider when choosing a format:
• The same standardized result unit (SCSTRESU) must be used for all records for a given test 

within a submission.

• Gestational age should not be represented using a unit more precise than the collection unit 
(e.g. do not convert to days if only weeks were collected).

• Representation format should be unambiguous (e.g., “38+3” may be misinterpreted as “41”)

• When converting to weeks choose a precision that will not affect analysis.



Neurological Assessments



Neurological Assessments: Reflexes

• Flexible modelling allows for representation of:
• A single overall normal/abnormal response for each reflex

• A normal/abnormal response for each evaluated anatomical location for each reflex

• A normal/abnormal response for each evaluated anatomical location for each type for stimulus 
used to elicit each reflex (where applicable).
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Auricular Findings (AU) Domain

• New Findings domain for the representation of findings relating to the 
structure and function of the auditory system.

• Examples include:
• Weber and Rinne Tests
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Pregnancy and Birth Data



Representation of Pregnancy and Birth Data

• Representation of data relating to pregnancy and birth can be challenging 
because the data can include information:
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Primarily about the mother

• Medical conditions experienced by the mother 
during pregnancy

• Medications taken by the mother during 
pregnancy

Primarily about the fetus/infant

• Estimation of gestational age

• Fetal measurements such as head circumference

Primarily about the Mother and fetus/infant

• Events such as delivery and pregnancy outcome 
that are experienced by both mother and subject,

• Delivery procedures such as cesarean delivery 
and assisted delivery that are performed on both 
the mother and the subject



Representation of Pregnancy and Birth Data
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Representation of Pregnancy and Birth Data

• Information primarily about the mother is represented in Associated Persons (AP) 
domains.

• When the subject is uniquely identifiable, information primarily about the subject is 
represented in subject-related domains.

• When the subject is not uniquely identifiable, information primarily about subjects may 
be represented in AP domains as information about the mother.
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Informed Consent / Assent



Informed Consent / Assent

• Informed consent may be obtained from the subjects parent(s), legal 
guardian/custodian, or other legally authorized representative (LAR).

• Informed assent may be obtained from subjects old enough to understand the 
purpose of the study, but below the age of maturity.

• Subjects may need to provide informed consent on their own behalf on 
reaching the age of maturity.

• The obtaining of informed consent is represented in the DS domain, even if 
consent is obtained from a parent/guardian, because consent is for the subject.
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Challenges, Successes and the Future



Challenges
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• Varied SME group often new to 
standards (inc. CDISC Standards)

• Maintaining the scope to cross-
cutting concepts

• Bridging the gaps between Pediatric
care and clinical research

• Limited Funding
• CDASH and SDTM only



Successes
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• Rounded knowledge of Pediatric
Research 

• Maintaining the scope to cross-cutting 
concepts

• Building a cross-functional, engaged 
SME group

• 39 separate data collection 
/representation examples which:

○ Illustrate 34 of the items identified as concepts, and

○ Comprise 72 individually developed example 
components (33 CDASH and 39 SDTM examples)



The Future
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• Creation of a CDISC Pediatric User 
Group

• c4c sustainability in the form of a 
new legal entity

• Continue engagement with c4c and 
CDISC to continue the momentum



Thank You!
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