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Evidence-based medicine



Evidence-based medicine

Rare diseases

Common diseases
(diabetes, stroke etc.)

Whilst ensuring patients, parents 
and caregivers are at the centre



ERNICA

ePAG
European Patient Advocacy Group

Esophageal atresia
2.4 / 10,000 live births



ERNICA Consensus Statements 

Consensus meeting over 2 days
- 82 items voted on
- controversy on 21 items
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ERNICA Consensus Statements 

Consensus meeting over 2 days
- 97 items voted on
- controversy on 19 items



If all controversial items were converted to randomised controlled 
trials with 40 patients (very optimistic!), with an appropriate 
primary outcome, we would need to randomise:

- 840 EA-TOF patients 
(= almost every baby in EU for one year)

- 640 long-gap EA patients
(= most long-gap in EU for ten years)

This is clearly completely impossible. 

How to take the evidence forward?



Keyhole surgery of premature neonates
Registries

ERNs given money by EU to develop 

registries

Development of registry data structure 

- core indicator set

- with patient representatives and healthcare professionals



Keyhole surgery of premature neonates
EA Registry Dataset revision



Keyhole surgery of premature neonates
Development of patient reported outcome measures

What if appropriate measurement instruments are not 

available?

e.g. Quality of life instruments

• Rather than use a generic tool such as PedsQL, develop 

condition specific tools



Keyhole surgery of premature neonates
QoL

Translated into English and being validated in UK, USA and South Africa

Cognitive debriefing 

of patients/caregivers 

with questionnaire 

items



Keyhole surgery of premature neonates
Quality of Life



Keyhole surgery of premature neonates
Limits to meaningful involvement

Mothers of gastroschisis babies more likely to be:

• Young maternal age

• Drug, alcohol, tobacco users during conception and 1st trimester

Gastroschisis infants likely to be discharged from care and not having 

ongoing issues

Difficult group to reach, those that do engage likely to be those who have 

had poor experiences/outcomes

We (Health Care Pprofessionals and ePAGs) need to ensure 
that difficult to reach groups are not forgotten



Keyhole surgery of premature neonates
Facebook Groups and other Social Media Forums



Keyhole surgery of premature neonates
Qualitative research

• Specific forum moderated by patient support group

• Consent, ethics, disclosure



Keyhole surgery of premature neonates
How to engage

• Many mechanisms for engagement 

• But……be prepared for it to go more slowly than 

you want

• Better to have a well-designed co-production with 

appropriate approvals in place


