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Copes with the fragmentation of RD patients data contained in hundreds of registries across Europe by 

releasing standards for interoperability:

✔ Common data elements (16)

✔ Pseudonymization tool 

✔ European Directory of Registries/ Central metadata repository

European Reference Networks registries

24 ERNs Central Registries: 

✔ Domain specific Common Data Elements 

✔ Legal and Ethics issues & Informed consent

✔ FAIR Principles

24 ERNs Central Registries following the 

standards defined by the EU RD 

Platform: 

✔ Build

✔ Upgrade

✔ Link

ERICA & European Joint Program on Rare Diseases (EJP_RD)

EU Platform on Rare Disease Registration (EU RD Platform)

EU Strategy on Rare Diseases and Patients registries

https://eu-rd-platform.jrc.ec.europa.eu/sites/default/files/CDS/EU_RD_Platform_CDS_Final.pdf
https://erica-rd.eu/
https://eu-rd-platform.jrc.ec.europa.eu/_en




CLINICAL RESEARCH NETWORK _ Outcome research

Real World Data 

• Task 9.1 – Use of primary healthcare data (EHRs) 
for RD outcome research

• Task 9.2 – Use of population-based data for RD 
outcome research

• Task 9.3 – Integrating patient cohorts for natural 
history / standard-of-care reference studies

• Task 9.4 – Development of a blueprint and 
inventory of regulatory-grade natural history 
cohort data

• Task 9.5 – Disease progression modelling and 
prognostic biomarker research

• Task 9.6 – Development of a regulatory grade 
clinical trial simulation platform for rare diseases

Clinical Outcome Assessment 

• Task 10.1 – Platform for regulatory-grade 
patient-centred COA development and 
validation

• Task 10.2 – Development and Implementation of 
Clinical Outcome Assessment Tools

• Task 10.3 – Unveiling the Hidden Burden: 
Estimating the Socioeconomic Impact of Rare 
Diseases for Informed Decision Making and 
Resource Allocation

T9.1: eUROGEN; EURO-NMD; CRANIO, EpiCare, EuroBloodNet; 

T9.2: EpiCare; ERNICA; MetabERN; T9.3: ITHACA, ERKNet, ERNs 

ENDO-BOND; T9.4: RND, EuroBloodNet, ERKNet, EYE; T9.5: EURO-

NMD; T9.6: ERKnet; DDF

T10.1: RND; ITHACA; mito-InterERN workgroup (EURO-NMD, RND, 

MetabERN, Eye, EpiCare); EuroBloodNet; CRANIO;

T10.2: EpiCare; EURO-NMD;  ERKNet; EuroBloodNet; ERN-RND
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Information Collected by the 29 ERN Registries

Number of Data Elements Type of Data Elements

Slide provided by Franz Schaefer (ERNs Coordinators Group)
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Quality Control Measures

Online plausibility checks at data collection

Periodic offline data consistency checks, 

query system (5 six-monthly; 3 annually, 16 TBD)

Periodic trainings for staff in charge of data entry

Slide provided by Franz Schaefer (ERNs Coordinators Group)
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European Rare Blood Disorders Platform - ENROL

ENROL Registry is conceived in the frame of the ERN-EuroBloodNet as an umbrella for both new and already 

existing registries on rare hematological disorders (RHD)

ENROL Registry avoids fragmentation of data by promoting the standards for patients registries' 

interoperability in line with the EU-RD-Platform for 4 main objectives:

Facilitate 

epidemiological 

surveillance 

Enhance health planning 
Promote research & 

innovative therapies 

Enable the identification 

of patients’ cohorts
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ENROL Registry
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ENROL Collection of Pseudonymised Patient-level Data

European Platform on Rare Disease Registration (EU RD Platform)

Collection of Rare Diseases Common Data Set (RD-CDS) - 16 elements
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ENROL Collection of Pseudonymised Patient-level Data
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ENROL REDCap

- Secure web application for building and managing databases, supporting regulatory compliance (21 CFR Part 11, FISMA, HIPAA, GDPR). 

- It enables rapid development/implementation of changes, with a user-friendly interface for data collection and analysis. 

- It ensures data integrity and confidentiality through validation tools and role-based access control.
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ENROL REDCap – Data Quality Module
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RHD disease or disease group

Existing EU/

national registry?

Aligned with ENROL?

Connect ENROL Support upgrade Pilot on ERN-EuroBloodNet members

yes

yes

no

no

Strategy for data collection includes combination of 

data sources: 

a) Individual sites:

a) HCPs ERN Members

b) HCPs non Members

b) Existing/New National/EU registries

ENROL strategy for data collection
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ENROL Strategy for data collection

European Platform  on Rare Diseases Registration

Aggregated Data

No personal Data

ERDRI  TOOLS

Central
Metadata
Repository

European
Directory

of Registries

European RD
Registry Data
Warehouse

Pseudonymizati
on

Tool

P S E U D O N Y M I S A T I O N  

T O O L  G D P R  C O M P L I A N T

Data providers generate the pseudonym.

Keep locally the link between pseudonym and 

personal data.

D A T A  P R O V I D E R :

o Individual sites

o Existing/New National/EU registries, eg:

Pseudonymised individual 

patient level data

Data transfer 

agreement

TWIST

Aggregated level data
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Country Nº of patients

Belgium 887

Cyprus 166

Denmark 123

France 932

Greece 117

Italy 1100

Spain 987

The Netherlands 373

Total 4.685

ENROL Data Transfer from RADeep
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P S E U D O N Y M I S A T I O N  

T O O L  G D P R  C O M P L I A N T

Data providers generate the pseudonym.

Keep locally the link between pseudonym and 

personal data.

D A T A  P R O V I D E R :

o Individual sites

o Existing/New National/EU registries, 

eg:
Pseudonymised individual 

patient level data

Data transfer 

agreement

E p i B l o o d Aggregated level data

ENROL Strategy for data collection

TWIST

o Re-use and linkage of clinical data

o AI and data driven solutions

o Re-use and linkage of clinical data

o Patient Referral system for CTs

EU RD 

PLATFORM
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The Four Levels of Connection to the Virtual Platform

What is it? What does it contain? Answer my complex question

Slide provided by Franz Schaefer (ERNs Coordinators Group)



ENROL Data Access Committee Meeting, 25th September 2024 Barcelona

European Platform  on Rare Diseases Registration

Aggregated Data

No personal Data

ERDRI  TOOLS

Central
Metadata
Repository

European
Directory

of Registries

European RD
Registry Data
Warehouse

Pseudonymizati
on

Tool

P S E U D O N Y M I S A T I O N  

T O O L  G D P R  C O M P L I A N T

Data providers generate the pseudonym.

Keep locally the link between pseudonym and 

personal data.

D A T A  P R O V I D E R :

o Individual sites

o Existing/New National/EU registries, 

eg:

Pseudonymised individual 

patient level data

Data transfer 

agreement

E p i B l o o d Aggregated level data

ENROL Strategy for data collection

TWIST

ERN & ENROL Manuscript under development!

Thank you very much for your contributions



Thank You


