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Problem: Paediatric data is scarce and siloed
• Despite scientific advances, safety and efficacy data on the use of 

medicines in children is scarce.

• There is increasing awareness about the importance of data sharing, 
particularly in publicly funded research. 
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Solution?
• Create tools and resources to support data reuse sharing
• Encourage data standardisation and harmonisation
• Collaborate
• Dream of culture change!
• FAIR principles are central to success



         
        

         
       

Several regulators, research bodies, 
learned societies and EFPIA have 

published on the importance,  
principles and challenges of data 

sharing and data reuse.  



         
        

         
       

Why reuse data? – Scientific

• Independent verification of published results – resulting in increase of 
data validity

• Evaluation of new hypothesis
• Not sharing is wasteful and could result in missed opportuities to 

advance knowledge
• Data from multiple studies can be aggregated for meta analysis –

even more important for rare diseases
• Covid showed us the potential power of data sharing and reuse



         
        

         
       

Why reuse data? - Ethical

• Respect for trial participants
• Patients are gifting their bodies and their data to research
• Re-using this commitment from patients will increase the utility of the 

data
• Deterring inaccurate reporting of trial results
• Most patients want it!

Less than 8% of 
respondents felt that the 
potential negative 
consequences of data
sharing outweighed the 
benefits (Mello et al 2018) 



         
        

         
       

Why reuse data? -Economic

• Data can be seen as a new form of capital for research and knowledge 
based communities. 

• If data is reused it maximises the value of the original research 
investment 

• Promotes a thriving ‘health data economy’ which can drive innovation
• Facilitates data ‘entrepreneurship’ 
• Better designed trials, informed by existing data will reduce the 

number of trials failing (or prevent unfeasible trials ever starting)



         
        

         
       

In the beginning….

Which standard to recommend?
 
How to make the biggest impact?

How to engage academics?



Why use data standards?
• Data standards provide structure and meaning to data
• Allows for easier data-reuse
• Interoperability and data sharing
• Adherence to FAIR data principles

C linical
D ata
I nterchange
S tandards
C onsortium



Awareness of data Standards in c4c
Very low awareness of data standards and CDISC among academia. 

Yes 
38%

No
44%

Not sure 
18%

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?



• NOT a mandatory set of items
• Includes demographic, vital signs, pubertal status 
• Developed through consensus building approach
• Used by 3 PoV studies
• Mapped to CDISC standards (where they exist)

c4c Cross-Cutting Paediatric Data DictionaryVersion 1.0



CDISC Paediatric User Guide
PUG



Development of the Paediatric User Guide (PUG)

Data items had to be cross-
cutting and frequently used in 

clinical trials

A group of expert volunteers 
from c4c and CDISC was 

established 

Weekly calls were held for 26 
Months!



    





         
        

         
       

Ensuring Sustainability of the PUG?
The CDISC User Network
• CDISC User Groups are free to set their own goals and agendas. 
• The networks are comprised of CDISC users who provide mutual 

support to help users implement and utilize CDISC standards.
• Limited support from CDISC to recognized user networks to foster 

awareness and adaptation of CDISC standards. 



         
        

         
       

CDISC Pediatric User Network (CPUN)
• Bring global data and clinical experts together to discuss implementation experiences 

and learning regarding paediatric data.
• Identify missing paediatric data items from the CDISC standards and channel these back 

into CDISC.
• Support the development of more TAUGs in paediatric disease areas- including funding 

brokerage.
• Manage c4c / c4c-s involvement in the development of new standards.

• Support development of a training module on the 
implementation of the Data Standards User Guide for 
Pediatrics.



         
        

         
       

Join the CPUN

https://wiki.cdisc.org/display/PEDUN



Disease Specific Data 



Disease-specific data standardisation
• CDISC user guides development not possible due to 

vastness of disease-specific data items
• Focus on fostering collaborations between existing 

resources
• Formation of the Global Paediatric Data Forum (GLOPAD) to 

understand and foster collaborations



Collaboration Network



         
        

         
       

Global paediatric data forum (GLOPAD) 

Ensure c4c can address the paediatric-
specific aspects of data harmonisation, 

by partnering with others. 

Long term: Service brokerage.

Ensure relevant initiatives and projects 
meet the needs of the paediatric / RD 

population

Identify collaborative 
opportunities

Avoid duplication in the field

Ensure that the paediatric clinical research 
community is both using and shaping the 

best possible tools and resources.

Create and maintain a log of each 
initiative, vision and opportunities 

Consider scaling capabilities for a 
‘Rosetta stone’ type of solution

Raise awareness of data interoperability 
and the FAIR principles 

Lobbying?



Apply the FAIR principles

Increase the FAIR-ness of paediatric metadata



Lessons Learnt
• Data field is large, rapidly evolving and growing 

collaboration rather than duplication is key
• Paediatric data has specificities that are often forgotten
• Academic networks need support to understand and 

implement standards
• The culture change around sharing data is slowly coming



         
        

         
       

Read Our Papers here
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