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Patient involvement & engagement in 
research
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ORGANISATIONS

COUNTRIES

PATIENT ORGANISATIONS AS FULL 
PARTNERS

EUROPEAN ORGANISATIONS17
1
36

10
5

INTERNATIONAL ORGANISATIONS7

OVERALL BUDGET (EC, MEMBER STATES, 

INDUSTRY)

385.5M€

YEARS

7
WORK PACKAGES

25

ERDERA started on 1st September 2024 under the EU Research & Innovation funding programme Horizon Europe as a co-funded partnership between the European 
Commission, European Member States, and beyond.

https://research-and-innovation.ec.europa.eu/funding/funding-opportunities/funding-programmes-and-open-calls/horizon-europe_en
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PPIE, what it is? 

Patient and Public Involvement and Engagement: working with patients and 

the public to shape research and engage with it.

Patient and public involvement and engagement (PPIE) describes the 

different ways in which members of the public can inform and shape 
research.

“PPIE is different to research participation where members of the public can 
directly take part in a study, for example by being given a new treatment as 
part of a clinical trial.” – University of Birmingham

“Patient and public involvement (PPI) entails research being carried out 
‘with’ or ‘by’ members of the public, rather than ‘to’, ‘about’ or ‘for’ them”-
National Institute of Health Research

PPIE is for everyone.
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A continuum of active and meaningful 
partnership
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Building evidence on diagnostic needs and 
expectations
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EURORDIS & NBS Research
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Rare Barometer Survey on Newborn 
Screening
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Rare Barometer Survey on Newborn 
Screening
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Developing a list of actionable conditions
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Newborn 

Screening 

Working Group 

Actionability 

Framing 

Paper  

Systematic 

Literature 

Review

Rare Barometer 

Survey Results on 

Newborn Screening 

Multistakeholder
working group

Definition of
actionability

Opportunities, barriers
and attitudes

PLWRD and their
families

NBS Forum

PAB, NBS-WG members
and Screen4Care 

partners

Criteria for actionability & chosing conditions
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Areas of Actionability
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Groups of actionable diseases – disease characteristics
• Availability of intervention (actions to prevent, delay or reduce the symptoms of the health condition) such as

physiotherapy, symptom control (seizure control), prevention of complications leading to a positive impact on the
patient´s quality of life.

Importance for reproductive choices

• Disease clinical characteristics or inheritance modes that would have an impact on reproductive choice decisions,
or could lead to a complicated pregnancy management.

Availability of support
• Availability of Centers of expertise, ERNs, Patient organizations or communities, Availability of a specialised

healthcare team

• Access to a tailored education plan, rehab, speech therapy or other supportive care

Research and development

• Research in advanced stages or active clinical development on the particular disease

Pharmacogenetic passport

• Would pharmacogenetic testing for a gene be beneficial? 
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Mental Health & Wellbeing
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Mental Health & Wellbeing

The rare disease community 

has identified as an absolute 
priority the need to look 
beyond the physiological 
aspects of rare conditions

and to take concrete action to 
address the psychological 

impacts associated with these 

complex conditions (Rare 

2030).
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