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TODAY'S GOALS

Provide an overview of the WBDR

Review important information and
processes for participating in the program

Offer an opportunity for you to ask
guestions and/or provide comments
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AGENDA
e Background
 Pilot Study

Global Implementation
Program goals
Enroliment
Privacy
Data access
Participation processes

Next steps

Questions and Feedback
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WFH WBDR TEAM

Donna Coffin

Director, Research & Public Policy

Mark Brooker

Senior Public Policy Officer

Mayss Naccache

Data & Research Manager

Christine Herr

Data & Research Consultant

Jennifer Brennan

Research & Public Policy Assistant
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WFH Werld Bleeding

POLLING QUESTIONS

Do you represent:

 WFH National Member Organization
« Hemophilia Treatment Centre

* Person with hemophilia

e |nterested stakeholder

M



Did you participate in the WBDR Pilot Study?
e Yes

e No
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WFH Werld Bleeding

POLLING QUESTIONS

What region of the world are you from?
o Africa

« Americas

e Eastern Mediterranean

 Europe

e South-East Asia

e Western Pacific

M



Have you already applied to participate in the
WBDR?

e Yes

e NO
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INTRODUCTORY REMARKS Lo

Jamie O’Hara

Member, WBDR Steering Committee
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WBDR STEERING COMMITTEE MEMBERS
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Glenn Pierce*, MD, PhD, USA, Chair

Alok Srivastava, MD, India, Member

David Lillicrap, MD, Canada, Member

Jamie O’Hara*, MSc, UK, Member

Rob Hollingsworth, PhD, UK, Member

Saliou Diop, MD, Senegal, Member

Mike Soucie, PhD, CDC, Member

Cedric Hermans, MD, Belgium, Member

Craig Upshaw*, MBA, Canada, Member

Alfonso lorio, MD, Canada, Member

Marijke van den Berg, MD, Netherlands, VP Medical, Ex-officio
Donna Coffin, MSc, WFH

Christine Herr, MPH, WFH 7

Mayss Naccache, MSc, WFH WFH

*patient representatives



VALUE OF INTERNATIONAL REGISTRIES TO WBDR
THE BLEEDING DISORDER COMMUNITY

Standardized Increase
Data Standards of
Collection Care
Data =
colileTEe Research

L

Advocacy J

Patient/Population
Levels

NoO registry=
No data

No data=
No advocacy

No advocacy=
No improved treatment

No improved treatment
= Status quo
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PILOT STUDY R

World Bleeding Disorders Registry
Pilot Study
April — December 2016
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PILOT STUDY RESULTS

WORLD BLEEDING DISORDERS REGISTRY

Pilot Study, April-December 2016

] -
o | EASTERN
2 Hemophllla g MEDITERRANEAN €
6 Treatment Centres .

participated representing

25 countries ‘/
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PILOT STUDY LEARNINGS e

 Feedback from HTC pilot participants was very positive overall

 Found there was great interest and ability from HTCs, ethics
committees and patients worldwide to successfully participate in a
web-based patient registry

Issues Resolved by WFH
Issues ldentified by HTCs

Allowed additional time for
ethics review

Allowed additional time for
resourcing

Made multi-language
options available

Solved technical issues and
made enhancements

WFH
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Obtaining ethics approval
Limited staff resources
Language options
Technical difficulties




‘SWBDR

’ WFH World Bleeding
Disorders Registry

FULL-SCALE
GLOBAL LAUNCH
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WBDR IS LAUNCHING GLOBALLY G

The WBDR is the only global registry collecting
standardized clinical data on people with hemophilia
from around the world

WBDR

|/* WFH World Bleeding
Disorders Registry

The WBDR could ultimately improve the quality and
access to care for all people living with hemophilia
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WHAT IT IS

WFH

Format:

Privacy-protected online web-based data
entry system that will provide a platform
for a network of HTCs around the world to
collect data

Objective:

Develop a global database of high-quality,
real world data on a large population of
people with hemophilia

Study Design:

Prospective, longitudinal and
observational registry of patients with
hemophilia A & B

LWBDR

WFH World Bleeding
Disorders Registry
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GLOBAL COMMUNITY INVOLVEMENT e

Everyone plays an active part in building this important resource

The success of the WBDR It presents an opportunity to

contribute data to advance the
depends on the valuable

_ understanding and care of people
iInvolvement and support from

HTCs, NMOs and people with

with hemophilia worldwide and

support evidence-based advocacy

hemophilia from around the world

Initiatives
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DATABASE DEVELOPMENT e
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Karolinska  roooioniomnss e
Institutet
Initial funding has been confirmed for
the launch of the full-scale WBDR /m
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PATIENT ELIGIBILITY AND ENROLLMENT ~ ‘wi--

- Atthis time, the WBDR is available to:
o Patients diagnosed with hemophilia A or B, who

 Receive care through participating HTCs in countries around
the world

- Participating HTCs are encouraged to take opportunities
before or during clinic visits to talk to each of their
hemophilia patients about being enrolled into the WBDR
registry
« Awritten form seeking informed consent can then be given to

Interested patients for signing

A WFH
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PATIENT DATA PRIVACY AND PROTECTION

Standards are in place:

* Personal data will not be entered into the database; only
de-identified data will be entered into the database

 The database will adhere to the European Union’s strict
patient data privacy and protection laws

* The database will be based in Sweden and will adhere to
CE-mark (Conformité Européenne) and the UK standard
IGSoc (Information Governance Standard of Compliance)

* The database will be compliant with new 2018 Program
General Data Protection Regulation (GDPR) in the EU,
which will come into effect in May 2018

A WrH
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DATABASE TIMELINE s

-
Minimal 2 e Target date: end of January 2018
Data Set * Field testing with 10 sites

N

-

Extended 2 * Development begins January 2018
Data Set e Target date: mid-2018

N O

Patient App ) ¢ 2018 project
+ PRO e Target date: end of 2018




MINIMAL DATA SET
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« Demographics

Date of birth
Gender
Country of residence

 Diagnostics

Date of diagnosis
Hemophilia type,
severity, factor level
Disease history

« At each follow-up clinic visit

* Bleeding events
e Target joints

e Treatments
 Inhibitor status
 Hospitalization
e Mortality
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UNIQUE PATIENT IDENTIFIER

* A unique patient identifier (UPI) will be computer-
generated for each participating patient

e This UPI will be provided to the participating patient on
a WBDR ldentification Card

« UPI will detect duplicate patients

« UPI will follow patients if they transfer to another
participating HTC
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ENROLLMENT GOALS TO MEET AND WBDR
EXCEED - 5-YEAR

50 }—( 200 }—{ 10k

Countries HTCs PWH

 wrH
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ENROLLMENT GOALS - 2018 Lo
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50 75 1K
\_/

Countries HTCs PWH
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WORKING TOGETHER TO ACHIEVE GOALS S
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IMPLEMENTATION % )

Process

(2
NMO HTC PWH
NG

Information Invitations Informed
Letter Consent
7“11? WFH
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IMPLEMENTATION

Process

(rre)
NMO HTC PWH
N

V Information Invitations Informed
Letter Consent

Oct — Nov 2017/
134 countries
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IMPLEMENTATION

Process

NMO @ PWH
V Information Vlnvitations Informed

Letter Consent

Oct — Nov 2017/ Nov - Dec 2017
134 countries ~ 200 HTCs
& WFH
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IMPLEMENTATION

Process

NMO
V Information Vlnvitations Informed
Letter Consent

Oct — Nov 2017/ Nov - Dec 2017
134 countries ~ 200 HTCs



WBDR COUNTRIES

(134 in total)
@ Non-members

Global reach to a network of >1000 HTCs &/ wrH
and WFH NMOs in 134 countries Ao ONaA LDE L HEUP

FEDERACION MUNDIAL DE HEMOFILIA



DATA LINKAGE STRATEGY oo v

Countries with an established patient
registry, who are interested in linking
with the WBDR, will require a data
linkage strategy.

In development

W WFH
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DATA MANAGEMENT PLAN

« Data Validation Plan
« Automated edit-checks and logical checks
« Automated missing values check
« Patient summary review by HTCs

* Regional Managers
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DATA FLOW IN THE WBDR

~ £=
Data flows from = Ty
HTCs around QE S

the globe into one LA
central database In 0
Sweden
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ACCESSING YOUR HTC DATA

Each HTC can view
and use data from
their HTC only

No one can view data
from other HTCs
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DATA SHARING AGREEMENTS

Through a Data Sharing
Agreement, data from
HTCs in the same
country can be
combined, thus providing
country-wide data




RESEARCH GOVERNANCE [ S Rogey

« WBDR Research Committee

* To guide scientific utilisation of registry data, assess
external applications for utilisation of data,
encourage data dissemination
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HIGH-LEVEL

WBDR STEPS FOR HTCS

Ensure
HTC
criteria are
met
Obtain
Ethics
approval

On
ongoing
basis,
Receive input
WBDR patient
database data into
training database
On
ongoing
basis, talk
to each
eligible
patient to
obtain
informed
consent

% WFH World Bleeding
\{ Disorders Registry
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WFH Werld Bleeding

HTC REQUIREMENTS

Criteria for HTC participation encourages the uniform collection of
standardized patient data, ultimately allowing researchers to use country-
specific data and comparative data to generate evidence and build advocacy
initiatives aimed at health policy decision-makers

As the WBDR is a long-term, web-based data entry
system, HTC participation criteria include:

1. Completed WBDR HTC Application 5 Ethics approval

Form 6. Informed patient consent
2. Reliable access to the internet 7 Data entry
3.  Consecutive enrollment 8. Language

4.  Long-term commitment

A WrH
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ETHICS APPROVAL PROCESS L

-  Date of the next Ethics 0 U

pLA_A
Committee or Institutional E

Review Board meeting

- Deadline to submit required

-
documents vV —
-
- Documents and forms v -
required for your submission
@ WFH

O D MOPHILIA



ETHICS SUBMISSION

« WBDR Ethics Approval
Letter

FREQUENTLY ASKED QUESTIONS

1. What does WEDR WBDR stands for the Worid Eieeding Disordess Regisiry
. stand for?
. I I nal I rOtOCOI 2 Whatla the WEDR? The WEDR I5 an online web-dased data entry system that
provid
cenira

wm: KAROLINSKA

C F gq Uliifversitetsspubdugset
PY miat
onsent Form = PROTOCOL SYNOPSIS
— Project Title:  WFH Warld Bles
3 oy dowensedtns Dol PE——— World Bleeding Disorders
° ASS e nt F O rm E’E";é Nim:rt.‘:r!,\Iedmlulinn:l.:'lll_fwnmﬂef Registry (WBDR)
Bt et

H . organl (WBLHR) i  pros
« Data Collection Tools
. Improy etwsen the WEEL, based in Canid
Health Solutions AR, both based in Sweder,
& How dose e Heal protocol = udy documents outlined

by WMargareta Halmstriim, ME, PHD, K
WBI work’ 3N ( . : v N
OR work? ] Frofessar Karolinsks Instinite.

1. HTC Registration Form B e

WEDR databse will alas
in the GDPR

. . The calluborators of the WFH WRDR confin
. I n I I I l a a, a e Swedish Ethical Review Baard policies ropas

of patient. registies.

Authors:

Donna Coffin, MSe, Director of Research & Public Policy, WFH
Glenn Pierce, MD. PhD, Board of Directors, WFH

Alain Baumnann, CEC, WFH

e [ntroduction Letter

» Frequently Asked Questions
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ETHICS SUPPORT

WFH can help with:
 Modifying and providing required
documents

« Translation into local language

& WFH
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WHAT’'S TO COME: WFH PROVIDES ONGOING }\spr
SUPPORT, UPDATES AND TRAINING N Em

HTC Tool Kit

Online Portal

Patient Discussion Program Tools

In-Person Trainings

Program Update E-Newsletter Series

Are there any other tools you might need to
help you feel successful in your program Y WFH
. . . . . . WORLD FEDERATION OF HEMOPHILIA
participation and patient discussions?




WHAT'S TO COME: EXAMPLE OF PATIENT
DISCUSSION PROGRAM TOOLS

WFH Werld Bleeding
Disorders Registey
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Y WFH World Bleeding THE WFH WORLD
+on__, Disorders Reglstry BLEEDING DISORDERS
. REGISTRY (WEDR)

TODAY!

BY PARTICIPATING,
you can help shape the future
care of people with hemophilia
around the warld!

Tha WELR iza sacura and
confidantial gdokal mgistry
of peaple with hamaophila
& and B.

THE WEDR |5
PROCW ENROLLING e i
PEOPLE WITH e
HEMOPHILIA
A AND B

TG R THARSES THE FOLLOW NG, FAETRIERS
FOR THEIR WALIMELE SUPROET OF THE WEDR:

‘isiorary Fariners  Callabanring Farinen

e &

o F Peiras L Bocka Lt
G

P
Sarcd Gancyre:

THE WBDR IS NOW
ENROLLING PEOPLE
WITH HEMOPHILIA

A AND B

What Iz a patient registry?

A patlent raglstry s a colkection
of Irformaticn (datal on & group
of people with a particubar health
condttion, usually kapt ona
computar. Pationt ogstrics such
as the WHDR aim 1o collect data

Fom a large number of patlarts.

What Is the WBDR?

WEDR stands for tha Wardd
Blaeding Discrders Ragistne
The: WHDR k= 2 secune anllng,
wab-based data emiry systam
that provides 3 platform for

a natwork of hamophilla tneatrmanit
cartres (HTC) around tha wedd
o colkect untfiorm and
standandized patient data.

‘Wha can participate,
and how?

Pacple diagnessed with hemaphila
who are ragisterad at ona of tha
partkipatng HTCs are sligble far
partkipation In tha WEDR. Ask
your doctor about It

What Information will
be collected and how will
It be usad?

Tha WEDR stores data about
the parson’ diseasa, such =
hamcphila type and saverty,
symptoms, and trastmsnt. Mo
Muntifying datz will be colaciad
on patients. This data will bs
stored with the aim of shanng the
corfidential data with ta sciomiic
community, helping them 1o
address Important questions
around patant care and sdvocacy’
haahth polcy Issuas.

Why 15 the WEDR
Important?

By partkipating inithe WEDR,
peopla around the world Iking
with hamephila can play an active
rele In colaborating 1o bulld this

Impaortant rescura and Impnoea ha
futura of glabal hamephila care.

‘Your Infarmation
secure and confidential

Al of the Information that Is
anterad In the WEDR Is securs
and canfidentil. Fatiant names
arather antfiing information
will nat ba anterad Into tha
databasa. Al data Inthe WEDR
Is sacure and compliart with
tha highest standards of data
privacy of the Eurcp-aan
Cammissicn. Cnly the WECR
project team will Ea sbls o view
the confidenttal data.

Do | have to bein

this registry 7

ou do net have to partkipate In
this ragisiry. F you do motwant o
ba rcluded in tha WEDR, twill
not sffact the treatment and cara
you recaive at your HTC. If you do
partidpate, and dacde at 3 later
datn that you dea't wart to ba In
tha databass anymers, you can
ask your doctor to ks rameovad.

For mors infanmation, contact
your HTC or the WEDR at
WEDR.WFH.ORG

Cluastions?
Plazso sond them to

WBDRGWFH.ORG




WHAT'S TO COME:

WFH 2018 WORLD CONGRESS

WFH 2018"
WORLD
CONGRESS

THE LARGEST INTERNATIONAL

MEETING FOR THE GLOBAL
BLEEDING DISORDERS COMMUNITY

GLASGOW, SCOTLAND - MAY 20-24, 2018

ORGANIZED BY: WORLD FEDERATION OF HEMOPHILIA
HOSTED BY: THE HAEMOPHILIA SOCIETY




_ WB D R Questions?
Feedback?
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THANK
YOU

’ WFH World Bleeding
Disorders Registry

wbdr@wfh.org

Please contact us
with questions
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