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European ADPKD Summit
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EAF: the story so far e @EHF

European ADPKD Forum

AcCollaborative platform for experts and patient advocates to raise
awareness and develop policy-focused recommendations

Acommunications and tools to Improve patient care and empower
people living ADPKD

20 'l EAF Report: Translating science into policy
to improve ADPKD care in Europe
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Multidisciplinary collaboration

201

EAF Multi-specialist
Roundtable

EAS hosted rounditable with EU societies of healthcare
specialists involved in ADPKD cars - basis for
Muitidiscipinaty Position Staterment and ADPKD

201

(special report article),

« Achieved strong impact metrics:
4820 views /downloads, Altmetric
attention score (based on media,
social media and citations): 26 (top

59 of all outputs scored)

>6000
views/downloads

Q

EAF Multidisciplinary Position Statement
on ADPKD Care

« Advocates for multi-disciplinary,
patient-centred care services and patient
empowerment, referencing EU policy
initiatives and defining care pathway.

- Published in Nephrofogy Dialysis
Transplantation (ERA-EDTA journal) by

EAF and specialist soclety representatives.
Highlighted as ‘Editor’s choice’
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European ADPKD Forum
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Patient education and empowerment @ EHF

ADPKD Patient
Route Map

« Interactive tool designed 1o educate and empower
patients and families *

+ Route Map explains the care and support that patients
and families should expect from their health service.
Aims to help patients manage their own health with
their healthcare team, to talk about ADPKD with their
nephrologist, to participate in making decisions about their
care, and to navigate available care and support services.

« Includes quotes from patients across Europe, plus
checklists 10 aid patient-physician dialogue.

« Launched at ERA-EDTA 2018 Congress, with article in
congress newspaper.

« Promotional video with author interviews on Youtube.

« Free online at https://pkdinternational.org/adpkd-route-map.

« 550 page views in first 2 weeks.

« Translations underway, to maximise
reach 1o patients.
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2019: 1st European ADPKD Patient Summit Q EHF

European ADPKD Forum

ACollaboration between:
i EAF

I PKD International

I Organisational support by Interel

Eur()pean ADPKD ponsorship from

I Baxter

Patient Summit i Otsuka

15-16 March 2019, Brussels, Belgium

I Palladio Biosciences

Summit co-hosts I Sanofi Genzyme
PKD International & @ EHF
European ADPKD Forum
s
i el g L Lo SR PARARIQ  SANOFI GENZYME B

Biosclences and Sanch Genzyme.
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Objective @ EHF

European ADPKD Forum

ABring Route Map to life as tool for patients and families to navigate
the ADPKD research and care pathway
Alnform and empower patients and families to:
I be fully involved in managing their own health
I talk about ADPKD with healthcare team and to participate in making decisions
I make best use of services to get right care, support and info at the right time
I learn about ADPKD research and how to participate

I help boost ADPKD advocacy
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QREAF

European ADPKD Forum

Attendance

54 participants in total

A 40 participants from kidney / ADPKD groups
I patients, carers, advocates, foundations, advocacy alliances

I 15 countries: Belgium, Finland, Denmark, France, Germany, Italy, Ireland,
Lithuania, Netherlands, Spain, Sweden, Switzerland, Turkey, UK, USA

I 2 EU level organisations (EKHA, Eurordis)

I 4 sponsors

AEAF |/ Experts
A Interel
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Programme

Friday 15 March 2019

19:30-22:00

9:00-9:05

9:05-10:00

10:00-10:50

10:50-11:10
11:10-12:00

Summit Group Dinner

Opening dinner speech - Richard Sandford (University of Cambridge, EAF co-Chair)
Saturday 16 March 2019

Welcome
Tess Harris (PKD Internationaly EAF, UK)

Plenary I: Developments in the international ADPKD landscape
Opportunity for patlents and carers to learn about latest International developments

In ADPKD research and care

SESSION CHAIR: Tess Harrls (PKD infernational and EAF, UK)

PANELLISTS:
« Albert Ong

(Sheffield University, UK and EAF): Latest updates on the Polycystic Kidney

Disease Outcomes Consortium (FKDCOC)
« Djalila Mekahll

(KU Leuven, Belgium and EAF): Latest updates on ADPKD paediatric ragistriss

David Baron

-

(PKD Foundation, USA): Latest updates on the Standardised Cutcomes in
Mephrology — Polycystic Kidney Disease (SONG-PKD) study.

Breakout 1: Self-care and risk reduction
Opportunity for patlents and carers to discuss
latest studies and current advice on diet, lifestyle,
blood pressure, Issues in children etc - matters
of key importance todally living and self-care
empowerment to help reduce progression and

cardiovasculardisease risk.
EAF/EXPERT:
« Tevfik Ecder

(istanbul Bilim University, Turkey and EAF)
- Djalila Mekahli

(KU Leuven, Belgium and EAF)
PATIENT REPRESENTATIVE:

- Flavia Galletti
[AIRP Italy)

Coffee break

Breakout 3: Liver cysts and pain in ADPKD
Focuson these particularly common and
impactful complications for patients.

EAF/EXPERT:
« Liver: Lucas Bernts
{Radboud University Medical Center, Netherlands)

« Pain: Ron Gansevoort
{University Medical Center Groningen, Netherlands
and EAF)

PATIENT REPRESENTATIVE:

« Natasha O'Brien

{PKD Charity, UK)

Breakout 2: Predicting the progress of ADPKD
Opportunity for patients and carers to learn
about and discuss this increasingly Important, but
perhaps not widely used or understood, approach
with an expert.

EAF/EXPERT:

« Ron Gansevoort
(University Medical Center Groningen,
Netherlands and EAF)

PATIENT REPRESENTATIVE:

« Lea Milnkner
(PKD Familidire Zystennieren el , Germany)

Breakout 4: Genetics and genetic testing
Opportunity for patients and carers to learn about
and discuss genetic Issues with an expert.
EAF/EXPERT:
« Richard Sandford

{University of Cambridge, UK and EAF)
PATIENT REPRESENTATIVE:

« Jean-Plerre Schiltz
(AIRG-France)

Q

E F

European ADPKD Forum
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Diseasze Outcomes Consortium (PEDOC)
« Djalila Mekahli
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Opportunity for patients and carers to discuss
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of key importance to dally living and self-care
empowerment to help reduce progression and
cardiovascular disease risk.

EAF/EXPERT:
« Tevfik Ecder
(Istanbul Bilim University, Turkey and EAF)
« Djalila Mekahli
(KU Leuven, Belgium and EAF)
PATIENT REPRESENTATIVE:

« Flavia Galletti
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Coffee break

Breakout 3: Liver cysts and pain in ADPKD
Focuson these particularly common and
Impactful complications for patients.

EAF/EXPERT:
« Liver: Lucas Bernts
(Radboud University Medical Center, Netherlands)

+ Pain: Ron Gansevoort
(University Medical Center Groningen, Netherlands
and EAF)

PATIENT REPRESENTATIVE:
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{PKD Charity, UK)

Breakout 2: Predicting the progress of ADPKD
Opportunity for patients and carers to learn
about and discuss this Increasingly Important, but
perhaps not widely used or understood, approach
with an expert.

EAF/EXPERT:

« Ron Gansevoort
{University Meaical Center Groningen,
Netherlands and EAF)

PATIENT REPRESENTATIVE:

« Lea Miinkner
(PKD Familicire Zystennieren e, , Germany)

Breakout 4: Genetics and genetic testing
Opportunity for patients and carers to learn about
and discuss genetic Issues with an expert.

EAF/EXPERT:
« Richard Sandford

{University of Cambridge, UK and EAF)
PATIENT REPRESENTATIVE:
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(ARG-France)
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2019: 1st European ADPKD Patient Summit @ EHF

European ADPKD Forum

AADPKD Patient Summit Manifesto

I Advocacy outcome of the Summit: e.g. 2 aspirations per summit

I What the future of ADPKD research and care should look like in 20 years

Asummit material on PKDI website
I Slides, videos, photos (+ possibly ERA-EDTA and ERKnet / Rare Liver Network)

APost-summit Communication pack

I For national patients groups to share via web / social media

Page 11
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Plenary |: Developments in the international
ADPKD landscape

Albert Ong

(Sheffield University, UK and EAF)
Latest updates on the Polycystic Kidney Disease Outcomes Consortium (PKDOC)

Djalila Mekahli

(KU Leuven, Belgium and EAF)
Latest updates on ADPKD paediatric registries

David Baron

(PKD Foundation, USA)
Latest updates on the Standardised Outcomes in Nephrology i Polycystic Kidney Disease (SONG-PKD) study

#ADPKD
@PKD _Int
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Latest updates on the
Polycystic Kidney Disease
Outcomes Consortium (PKDOC)

Albert Ong
(Sheffield University, UK and EAF)
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C-Path Program Update

Polycystic Kidney Disease Outcomes Consortium (PKDOC)

INSTITUTE
a decade of excellence

15

( CRITICAL PATH




Polycystic Kidney Disease Outcomes Consortium

CRITICAL PATH INSTITUTE

The Challenges

b 4

U Heterogeneous and slow progressing disease requires long trials and
challenging endpoints.

U Finding clinical endpoint(s) or an accepted surrogate for measuring disease
progression early in the course of the disease where kidney function is

Iargely preserved. Desired future endpoint Present endpoint
o . . 100
U DeSIinng a Cllnlcal trlal Concentrating defedt. Hypertension] Proteinuria
and an acceptable post s 807
marketing study to use S 60 -
FDAs Accelerated Approval ‘g
pathway. PO
=
< .
3 20
0

0 10




{O0FNOISR ¢6A0K OGKS 51 uI‘PK'ID

Define
Priority
PKD Data

)

Standardized
PKD Data

XYYy °

Data
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Modelling ResultsEffect of Baseline eGFR

(eGFR significant in older patients with large kidneys)

Younger Older

TKV < 1 Liteg Age < 40 years TKV < 1 Liteg Age >= 40 years

N

Smaller

EGFR
TKV >= 1 LiteyAge < 40 years TKV >=1 LiteyAge >= 40 years == < 50ml/min
== >= 50ml/min

Predicted Probability at Baseline
of Avoiding a 30% Decline in eGFR
Larger

" Time since start of Trial (:yeé’rs) "

( PKD




Modelling ResultsEffect of Baseline TKV

Predicted Probability at Baseline
of Avoiding a 30% Decline in eGFR

GoodeGFR

Bad GFR

C

TKV significant in all patients

Younger

eGFR < 50 ml/migAge < 40 years

eGFR >= 50 ml/minAge < 40 years

Older

" Time since start of Trial (years)

< 50mi/min, >=40YRS

eGFR >= 50 ml/minAge >= 40 years

TKV
= <1L
w—>=1L




Irazabal method of stratifying by kidney growth
rate

htTKV

Irazabalket al., JASN 2015: 26:16®



Comparison of GFR trajectories in Irazabal
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Polycystic Kidney Disease Outcomes Consortium ( R

The Successes

h 4

U CDISC data standard generated
U Aggregated database created and available

U Joint model of TKV progression with PKD progression
developed

TKV gualified as a prognostic biomarker with FDA and EMA
i%ADPKD Summit Meeting

¢tYx O2YaARSNBR | awSlazyl of e
* enabling an accelerated approval pathway

Three companies developing drugs in this space has grown to
seven

U Three papers published, one being written

[ A&

23
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Latest updates on ADPKD
paediatric registries

Djalila Mekahli
(KU Leuven, Belgium and EAF)
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;,}’ LEUVEN

Update on ADPKphaediatricregistries

Djalila Mekahli
ADPKDOPatient Summit
16.03.19

. ADPedKD ﬁ)

IPNA

PKD International £‘/

paediatric




The clinical spectrum in ADPKD children

ADPKD SPECTRUM

De Rechter S et al. 201



The clinical spectrum in ADPKD children

ADPKD SPECTRUM

De Rechter S et al. 201



DiagnosingADPKD Inhildren

controversia

0

De Rechter et al. 2018




