The European Cystic Fibrosis Society
Patient Registry
(ECFSPR)

X
“tient Red‘gﬁ

9th South Eastern European CF meeting
Ljubljana, 16 November
Jacqui van Rens



Patient organisations:
Lobby for CF care
Healthcare authorities: Patients: |
» Information about CF * |Information outcomes
and CF care « Access new therapies
Clinicians:
« Compare with other
centres/countries
Monitor quality of care

Research:
* Insight in the disease
 ldentify disease modifying factors

» Prepare for clincial trials
» Monitor safety & effec-
tiveness new drugs




The European CF Patient Registry

Good picture of cystic fibrosis: it is important to collect data
from as many patients as possible.

Mission:
To collect data to compare aspects of CF and its treatment

Encourage Inform
new public Enable

standards health research
of CF care planning




Anonymised
data
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36 countries
>44,000 patients

Longitudinal data
2008-2016
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ECFSPR

age, gender, status of patient

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

| st and 2nd mutation

value of best FEV| and FVC, height and weight at best FEV |
Pseudomonas aeruginosa, Staphylococcus aureus, Burkholderia cepacia
Diabetes, liver disease, pancreatic status, malignancy

antibiotic, bronchodilators, oxygen therapy, pancreatic enzymes

Lung / liver transplantations




Software
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~ ECESTracker A platform for the collection of CF data

' European Cystg,c Fibrosis Society Patient Registry
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for all purposes

Online
Data-collection once a year

Encounter data at each patient visit

Advanced Security Technology

Add-on modules

Remote updates TN



Software

Direct
Excel-file Upload Data-Entry

WEBSERVER
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Software
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Software

\ ECESTracker BR Brussels Trg Centre 1 Jacqui Van Rens

Patient Encounters Annual Summaries : Brussels

Brussels Trg Centre 1 Reports

Recent Patients : + Numberorp
o 9238352936 « Age at follow-up / diagnosis
: - Year  Brussel$ Trg Centre 1 Status 8 SHOWIN, 806 King. D ion
Enrol Patient Browse Patient List | « Therapy and Micrpbiology
3 2016 Open « Complications
Vi 2015 Uninitialijed

e (linical use 2014 Complet¢ !

e Real-time data-input of 2013 Admited . patient
individual patient visits 2012 | Admied S R
throughout the year N | seone S

v
Miscellaneous
Data once a year
Manage Centre ~ Manage Forms | to Europe

¥ E@F@Tracker
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Demographics @  DEMOGRAPHICS
Registry [ ]
Diagnosis [ ] * Date of Birth: 01/0ct/1994 :2]
Transplants [ ]
* Gender of patient: O Male @ Female
I the patient still alive? ® Hessheisalive © Hesshedied © Unknown
REGISTRY

Patient Consented to inclusion in the ECFS Patient  ® Consent Given © Consent not Given © Consent Refused
Registry:

* Centre Patient Code: 208 i}

DIAGNOSIS
Diagnosis confirmed: O no O Diagnosis to be confirmed @ Missing ® ves
Date of Diagnosis: | 22/Dec/2012 B
Neonatal Screening: ® motdone @ Unknown
o Missing (variable not collected) Q ves
Meconium ileus at birth: @ No © Unknown © Missing (variable not collected)
O ves
Mutation 1

Mot done/missing: O
Unknown (unidentified); [

Mutation 1: F5085 cDNA. €.1523T=C Protein. p. a

Other (Not in list): [

‘ E@F@Trac ker Other (not in list): Type Other Mutation 1 here.

European Cyst.;c Fibrosis Society Patient Registry Date of Mutation 1 result: 22/Dec/2012 :2]
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Date DATE

Status / Transplant
Respiration Mame of clinicc  Centre One L
Therapy Date of encounter:  21/0ct/2018 i)
Exacerhation History Doctor:  Centre1 Admin L
Microbialogy

Complications of CF

STATUS / TRANSPLANT

staus « Launch January 2019

Has the patient died since the last encounter: He/She is alive

Liver Chermistries
Re-consent/ Assent

Socio-Eronomic Status

Transplants

Has the patient been assessed for, or had an active  Missing ¢ We bi na rS Dece m be r & J a n u a ry i}

transplant since the last encounter:

RESPIRATION
. DECISION SUPPORT METRICS
Weight: 60 kg LiJ
Height: 165 cm i Age as a decimal: 5218
FEV1: 2.5 litres i) Agein months: 626
WC 3 litres i Weight z-score: 018
Date of FEV1  21/0ct/2016 Weight age percentile: 30
measurement Height z-score:  0.26
FEF25-75: 3 litres/zec , )
Height age percentile: 50
FEF 25 - 75 % of predicted: 3.2 %
o BmMI:  22.04
Seen by physiotherapist  No
s RE . BMI z-score:  0.09
Seen by dietician: Mo i )
BMI percentile: 50
FEV1/FR/C:  0.B3

¥ E@FSTracker Ny

European Cyst;c Fibrosis Society Patient Registry FVC% of predicted:  85.43
i \ -
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Output

Categories of report

« Number of patients s Number of patients by gender (Year: 2014) (All age groups) ECFSPR Validation Status: No
« Age at follow-up / diagnosis 5 Bool~
Gra ! .
« Growth and lung function o m
 Therapy and Microbiology 6 —
« Complications -
5 (® Group Data
(O Stack Data
O Pyramid View

Number of patients
]

—
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~ E@E@Tracker o oM *”‘-" =

European Cyst;c Fibrosis Society Patient Registry
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FEV1, FVC (Litres) over age FEV1, FVC (% predicted) over age Weight for age percentile over age
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Height for age percentile over age BMI for age percentile over age BMI, Height, Weight SDS over age

/|

BMI over age Height over age Weight over age
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Cross-comparison of indicators of quality of care (= benchmarks),
e.g. lungfunction, median BMI, proportion adult patients

¥

Comparison between:

— Centre vs Country / multiple Countcriaei| 9& al'e
try”(Upon

approval)

Direct feedback to Centre Staff

¥

Sy E@E@Tsracker ldentify areas for improvement g%g;
European Cy Fib ociety Patient Registry
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ECFS Patient Registry

Annual Data Report

Variation of severity in CF lung disease in patients 6 — 17 years

% of patients
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Total

> Within 18 months after the close of the follow-up year!




Database:

» anonymised data of 40.000 patients
» agreed inclusion criteria, definitions & coding
» Linked data from 2008 to 2016

Good reflection of the natural heterogeneity in CF

Data-applications welcome! Il:

»  Hanled according procedure
»  Detailed information on website

APPLICATION FORM
ECFSPR DATA
|

T

data extracti analysis from th
be submitted with this form. we advise you to read all information and complete the
sure review of your application. You can

Cystic Fibrosis Sacisty Fatient Registry |ECFSPR)
i form as best as possible

email the completed form to ecfs-pr@uzleuven.be.

Institution/Organisation:

Position:

Address:

Praject Objectivels):

Brief Background
Infarmaticn [incl. justification

Study Design:

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

/data-request-application



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

International and pan-European comparison of survival in CF

Changes in demography and clinical outcomes in CF in Europe
Risk factors of FEV1 decline in patient with CF across Europe

Changing epidemiology of the respiratory bacteriology in CF In
Europe

Impact of Dornase Alfa on rate of decline in lung function
AEON
Publications: www.ecfs.eu/ecfspr =

Aoy g™



Children @ Adults

47.9% 3521% Children

g

DIAGNOSIS ‘i

F508del
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Twitter

~ > ECFS Registry

e -

< (@ECFSRegistry




New drugs on market need to be monitored.

How?

2016 : start discussions with European Medicine Agency.
ECFSPR model for other rare diseases.

2018: qualification of ECFSPR as appropriate platform for the
collection of data for long-term safety and efficacy of new

therapies.



Further improve quality of data ->request EMA

1. Complete standard operating procedures for all activities
« National Registries + Countries using direct data-entry

2. Start validation visits in centres using direct data-entry
In EU from 2019
« 20% of the countries, 10% of the data
* Check informed consents



Governance

Contribut Executive
ONEADULOTS Committee

Steering Group

representatives
CF centres Country Coordinator

national registries representatives
Management D
Statisticians

Scientific Comm. Service
Desk

Steering Group
representatives

Data custodian




Registry

» Legal and Ethical approval

> Informed Patients Consents

= ECFSPR templates on website
ed

GO e 2R é b = Meet requirements of your local legal and ethics
“{?{wﬁc N\SCL laws



Registry

Software & Training & Support

Opportunities to be engaged in research projects
Network to share experience & exchange ideas
Information & documents

Support to promote the value of a (European)
registry at national CF meetings
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ECFSPR

www.ecfs.eu/ecfspr

@ ecfs-pr@uzleuven.be



mailto:ecfs-pr@uzleuven.be
http://www.ecfs.eu/ecfspr

Partners & Sponsors
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THE SCIENCE of POSSIBILITY




