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Patient Advocacy groups

Introduction Value of a Patient Registry

Patients & their families

CF centres

Industry

Researchers

Healthcare authorities

Preparation landscape for clinical trials 

Monitor effectivess & safety of new therapies

Information about CF and CF-care in country

Longitudinal and large-scale epidemiological research

Identify disease modifying factors

Monitor quality of care & identify areas for improvement

Improve CF-care

Lobby for CF-care with heathcare authorities and other parties

Information about outcomes in country => discuss with doctor 

Enhance CF-care, access to new therapies



Introduction

COMMITTMENT – TRUST – GOVERNANCE – INDEPENDENCY - SUSTAINABILITY

• Harmonization of data fields and definitions

International comparison based on harmonization

Keep the balance between quality and quantity - Data collection resources

• Data collection method (webbased software tool)

• Data management and data quality controls

• Use of data and dissemination of the results (Annual report)

Essential Registry tools

Viviani et al. Orphanet Journal of Rare Diseases 2014, 9:81



ECFSPR

Background:

Start in 2003

Part of the European Cystic Fibrosis Society

A platform for the collection of CF data

 Anonymised data

 Consenting patients with CF

 Agreed inclusion criteria, variables and definitions

 Cooperation with national and rare  disease registries (ERN)

Introduction



ECFSPR 

Encourage 
new standards 

of CF care 

Inform public 
health 

planning

Enable 
research

Mission

Compare aspects of CF and its treatment to…



ECFSPR Agreed Inclusion Criteria

 2 Sweat tests with values > 60 mmol/L chloride

 1 sweat test value > 60 mmol/L chloride + 2 identified disease

causing CF mutations

 Sweat test values ≤ 60 mmol/L chloride: 

 DNA analysis: 2 identified disease causing CF mutations

 Nasal Potential difference

 Clinical presentation: typical CF features



Demographic

Diagnosis

Transplant

Microbiology

Growth / lung function

Therapy

Genotype

age, gender, status of patient

age at diagnosis, sweat test, meconium Ileus, neonatal screening

Pseudomonas aeruginosa, Staphylococcus aureus, Burkholderia cepacia 

Diabetes, liver disease, pancreatic status, malignancy

antibiotic, bronchodilators, oxygen therapy,  pancreatic enzymes

ECFSPR

Complications

1st and 2nd mutation

value of best FEV1 and FVC, height and weight at best FEV1

Lung / liver transplant

Agreed Variables, Definitions, References



CF- Registries in Europe

National registry

2002
1996

1992

1988

19951999

2007

A.D. Jackson, C. Goss., J Cyst Fibros 2017 in press; RU: Krasovskiy S, J Cyst 2014: S 124; 
SE: http://kvalitetsregister.se; DK: Nguyen-Nielsen M, Clin Epidemiol, 2013: 249

2011

1992

2001

http://kvalitetsregister.se/


ECFSPR:
Longitudinal data
29 (+6) countries
>42.000 patients

Reference: ECFSPR Annual Data Report 2015 + Update (20.05.2018)

National registry

Indivdual centres

Coming soon



ECFSPR

Model 1 _  Uploading countries

 Own governance 

 Own data management and software 

 Own budget to maintain this services

Model 2 _ ECFS - Tracker User

• Own governance/country coordinator

• Free use of ECFS-tracker, ECFS-PR service desk/data management

• Option to adapt own variables 

• Maintenance cost covered by ECFS

Cooperation with National registries



ECFSPR

Model 1 _ Uploading countries

 Most are established before the ECFSPR started

 Own budget (for example D 5000000 € per year)

 Data collection/management/software development

 Uploading annual ECFSPR dataset 

Model 2 _ ECFS-Tracker User 

• Own governance/country coordinator – reassure about data use

• Concentration on data collection and reporting (esp. national report)

• Center are owner of the data 

Cooperation with National registries



Software General Features

 Web-based and open source 

 Designed for the collection of CF data

 User friendly 

 Remotely managed

 Data quality checks on different levels

 Additional variables 

 Possibility add-on modules for data-collection

A platform for the collection of CF data 

for all purposes 



Software Data Protection – Security 

 Advanced Security Technology

 Controlled user access

 De-identification of data: 

encryption of data during transmission 

Identification only at a center level

 Compliant with EU data protection regulations



Software ECFSTracker - homepage



Software ECFSTracker - dashboard

Data-input once a year

sent to Europe

 For clinical use

 Real-time data-input of 

individual patient visits

throughout the year

 patient

 centre

 country



Software Annual Summary



Software Encounters



Software Centre Reports

Categories of report



Software Patient Reports



Software Development

Benchmarking

Encounter Data 
Collection

Pharmaco-
vigilance

Specific
research  

etc.

Clinical 
trials

Annual Data 
Collection



Software Benchmarking

A powerful tool to enhance improvement of CF care

A module in ECFSTracker to allow cross-comparison 
of indicators of quality of care (= benchmarks). 

Direct feedback to Centre Staff

Identify areas for improvement



Software Benchmarking

 Compare results between: 

 Your country with another country / other countries

 Your centre with another country / other countries

 Your centre with other centres in your country

Agreement between centres!

 Compare with previous years



Software Benchmarking



Software Upgrade to version 2.0

Planning:

 Development: 2017

 Test in pilot countries

 Launch in Europe: 2018



Annual Data ReportsOutput

Deadline future years: 1 May Reference: ECFSPR Annual Data Report 2015



Distribution of F508del in Europe

0-40%60-80%>80% unknown40-59% .

Reference: ECFSPR Annual Data Report 2015

82%

24%



Complication: 
Chronic Pseudomonas in children

10-20%>20% unknown< 10 %

Reference: ECFSPR Annual Data Report 2015

6,9%

63,0%

REASONS:

Health care system

Diagnostic tools

Therapeutic options

Strategy



Outcome: Lung function in patients 6-17 year

Reference: ECFSPR Annual Data Report 2015



Outcome: Proportion of adults

< 40%50-59%>60% unknown40-49%

Reference: ECFSPR Annual Data Report 2015

61,7%

18%



Output

www.ecfs.eu/projects/ecfs-patient-registry

/data-request-application

Applications for data

Researchers, patient organisations, Industry 

Title + Aim + Description of the (research) project

Handling:

 Review by Scientific Committee 

 Final Approval by Steering Group for use of data

 Use of data (free for ECFS-PR participants)

 Publication policy

Research

http://www.ecfs.eu/projects/ecfs-patient-registry/data-request-application
http://www.ecfs.eu/projects/ecfs-patient-registry/data-request-application


Output Research



Future Trends in CF demographics
ERS/ECFFS Task force

Burgel P, ERJ 2015:133. Based on data 2010

Increase in the CF population by 50%  
corresponding by 25% in children and 75% in adults
Impact on care  structures



Output Manuscripts in the pipeline

International and pan-European comparison of survival in CF.

Changes in demography and clinical outcomes in CF in Europe.

Mortality during pediatric age in patients with CF in Europe.

The effect of CFTR nonsense mutations on phenotype and mortality in patients with CF.

The effect of DNase on longitudinal lung function in patients with CF.

Clinical characteristics of CFRD: Lessons from the ECFSPR.

The effect of Allergic Bronchopulmonary Aspergillosis on lung function in children and 

adolescents with CF: analysis of the ECFSPR data.

CF-specific reference equations for FEV1 and BMI : an updated analysis. 

Cancer in adult people with CF in Europe.



Output At-a-Glance Reports





Projects Overview

Definitions Group
Review variables and definitions 

Global CF harmonisation project 
Harmonise variables & definitions to allow comparison ww

Patient awareness project
Joint effort with CF Europe to bring data closer to patients

Data Quality Group 
Ensure accuracy and quality of data 



Governance Organisation

Contributors Steering Group

Coordinator

Statisticians

Service 
Desk

Staff
Executive 

Committee

Interaction

CF centres

national registries

Country 

representatives

Steering Group 

representatives

Scientific Comm.

Steering Group 

representatives

Data custodian

StrategyData 

Management



Governance Organisation

Terms of Reference: Registry’s structure

Code of Conduct: roles and responsibilities

Standard Operating Procedures:

• Data Collection & Error reporting

• Data Access 
• Use of data  

Business Plan 2018 - 2020

Objectives Strategy Actions



Governance Cooperation with rare disease registries

European rare network (ERN /ERN-LUNG)

Registry overarching disease areas

Based on disease-specific registries

Interaction to fullfill these goals

No substitute for disease-specific registries

CFTR 2 

Regular data request - cooperation



Governance Clinical trials

Pharmavigilance _ Longterm safety/efficiency

Cooperation with EMA and industry

„Rare events meet large populations“

Guidance for decison making

Specific problem follow-up

Toolbox registry



Registry How to join the ECFSPR?

 Legal and Ethical approval

 Informed Patients Consents

 ECFSPR templates on website

 Meet requirements of your local legal and ethics 

laws

 Translate to your own language



ECFSPR

ECFS-PR offer a whole registry infrastructure for free

FLEXIBLE (National registry/Individual centres)

Including options for national adaptation

Including options for national reporting

Including handling of data requests

Alternative to own national registries with upload of data

Need for own data collection tools/data management/reporting

Start-ups costs – Governance – Maintenance costs

Conclusion



Partners & Sponsors



Thank you!   


