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EAF: the story so far é

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

ÅCommunications and tools to improve patient care and empower 
people living ADPKD
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Multidisciplinary collaboration
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>6000 

views/downloads
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Patient education and empowerment
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ÅCollaboration between:

ïEAF

ïPKD International

ïOrganisational support by Interel

ÅSponsorship from:

ïBaxter 

ïOtsuka 

ïPalladio Biosciences 

ïSanofi Genzyme 
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Objective
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ÅBring Route Map to life as tool for patients and families to navigate 
the ADPKD research and care pathway

ÅInform and empower patients and families to:

ïbe fully involved in managing their own health 

ïtalk about ADPKD with healthcare team and to participate in making decisions

ïmake best use of services to get right care, support and info at the right time 

ïlearn about ADPKD research and how to participate 

ïhelp boost ADPKD advocacy
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Attendance
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54 participants in total

Å40 participants from kidney / ADPKD groups 
ïpatients, carers, advocates, foundations, advocacy alliances

ï15 countries: Belgium, Finland, Denmark, France, Germany, Italy, Ireland, 

Lithuania, Netherlands, Spain, Sweden, Switzerland, Turkey, UK, USA

ï2 EU level organisations (EKHA, Eurordis)

ï4 sponsors 

ÅEAF / Experts 

ÅInterel 
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ÅADPKD Patient Summit Manifesto

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

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

ÅSummit material on PKDI website

ïSlides, videos, photos (+ possibly ERA-EDTA and ERKnet / Rare Liver Network)

ÅPost-summit Communication pack 

ïFor national patients groups to share via web / social media
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Plenary I: 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 ïPolycystic 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)

#ADPKD

@PKD_Int



C-Path Program Update
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Polycystic Kidney Disease Outcomes Consortium (PKDOC)



Polycystic Kidney Disease Outcomes Consortium

The Challenges

üHeterogeneous and slow progressing disease requires long trials and 
challenging endpoints.

üFinding clinical endpoint(s) or an accepted surrogate for measuring disease 
progression early in the course of the disease where kidney function is 
largely preserved. 

üDesigning a clinical trial 
and an acceptable post 
marketing study to use 
FDAs Accelerated Approval 
pathway.
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CRISP 
Observational

Study
N=241

Data

ADPKD 
Common 

Data 
Elements

CDISC
SDTM

Define 
Priority 

PKD Data
ADPKD 

Supplement to 
the SDTM User 

Guide

Aggregated 
Common ADPKD  

Research 
Database
N = 2,355

Standardized 
PKD DataColorado Registry

N=1,112

Mayo Registry
N=1,010

Emory
Registry
N=376

{ǘŀǊǘŜŘ ǿƛǘƘ ǘƘŜ 5ŀǘŀ ΧΦ

17



¢ƘŜ tY5 wŜƎǳƭŀǘƻǊȅ WƻǳǊƴŜȅ ΧΦ



Modelling Results: Effect of Baseline eGFR
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Modelling Results: Effect of Baseline TKV
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TKV significant in all patients
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Irazabal method of stratifying by kidney growth 
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Polycystic Kidney Disease Outcomes Consortium

The Successes
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üCDISC data standard generated

üAggregated database created and available

üJoint model of TKV progression with PKD progression 
developed

TKV qualified as a prognostic biomarker with FDA and EMA

üADPKD Summit Meeting

¢Y± ŎƻƴǎƛŘŜǊŜŘ ŀ άwŜŀǎƻƴŀōƭȅ [ƛƪŜƭȅ {ǳǊǊƻƎŀǘŜέ ōȅ ǘƘŜ C5! 
enabling an accelerated approval pathway

Three companies developing drugs in this space has grown to 
seven

üThree papers published, one being written
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Latest updates on ADPKD 
paediatric registries

Djalila Mekahli
(KU Leuven, Belgium and EAF)



Djalila Mekahli

ADPKD PatientSummit

16.03.19

Update on ADPKD paediatricregistries



The clinical spectrum in ADPKD children

De Rechter S et al. 2018



The clinical spectrum in ADPKD children

De Rechter S et al. 2018



De Rechter et al. 2018

DiagnosingADPKD in children

controversial


