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The EFACTS RegistryThe EFACTS Registry
European Friedreich's Ataxia Consortium for Translational Studies

EFACTS 
Clinical Sites:

17 sites in
11 countries



The EFACTS Registry
Country Institute/Hospital Principal Investigator

Austria Medizinische Universität Innsbruck Prof. Dr. Sylvia Bösch

Belgium Université libre de Bruxelles Dr. Gilles Naeije

Czech Republic Motol University Hospital, Prague Prof. Dr. Martin Vyhnálek

France Hôpital Pitié Salpêtrière, Paris Prof. Dr. Alexandra Durr

Hôpitaux Universitaires de Strasbourg Prof. Dr. Mathieu Anheim

Germany Universitätsklinikum RWTH Aachen Prof. Dr. Jörg B. Schulz
Prof. Dr. Kathrin Reetz

Universitätsklinikum Bonn Prof. Dr. Thomas Klockgether

Klinikum der Universität München Prof. Dr. Thomas Klopstock

Universitätsklinikum Tübingen Prof. Dr. Ludger Schöls

Greece National and Kapodistrian University of Athens Prof. Dr. Georgios Koutsis

Ireland Tallaght University Hospital, Dublin Prof. Dr. Richard Walsh 
Prof. Dr. Sinead Murphy

Italy Fondazione IRCCS Istituto Neurologico Carlo Besta, Milan Prof. Dr. Caterina Mariotti

Ospedale Pediatrico Bambino Gesu, Rome Prof. Dr. Enrico Bertini

Netherlands Radboudumc, Nijmegen Prof. Dr. van de Warrenburg

Spain Sant Joan de Déu Children's Hospital, Barcelona Prof. Dr. Francesc Palau

Hospital Universitario La Paz, Madrid Prof. Dr. Francisco Rodríguez

United Kingdom University College London Prof. Dr. Paola Giunti



The EFACTS Registry

Status 05 May 2023:

1143 FRDA patients

76 control subjects

600 core patients *

543 new patients

579 female patients

564 male patients

(* Core patients recruited before 01 May 2013, new patients afterwards)

Demographic Data



The EFACTS Registry

All Patients

192 <18 y at BL

74 <18 y 2023

Core Patients

59 <18 y at BL

3      <18 y 2023

New Patients

133 <18 y at BL

71   <18 y 2023

Age Distribution



The EFACTS Registry

Status 05 May 2023:        200 terminations

Terminations



The EFACTS Registry

1 month interval:  47.4 %
3 month interval:  31.3 %

> 3 month interval: 21.3% 

Visit Intervals



The EFACTS Registry
Visit Numbers
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Visit Numbers



The EFACTS Registry

Chronological overview - from natural history studies to clinical trials



The EFACTS Registry

Reetz et al., Lancet Neurol 2015; 

Reetz et al., Lancet Neurol 2016; 



4y Natural History Data

Reetz et al., Lancet Neurology, 2021; 20: 362-372



Patient-reported outcome measuresStratification
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Reetz et al., Lancet Neurology, 2021; 20: 362-372



The EFACTS Registry
Biomarkers

Dogan et al., JNNP 2018; 90: 615 Rezende et al., Mov Disord 2023; 38: 45-56



The EFACTS Registry
Biomarkers

Hayer et al., J Neurol 2020; 267: 1420-1430Zeitlberger et al., Front. Cell. Neurosci. 2018; 12:  366



Brain atrophy in Friedreich ataxia preferentially manifests in cerebellar and cerebral motor 
areas: Results from the ENIGMA-Ataxia Consortium (248 FA & 262 controls)

Courtesy of Ian Harding. Melbourne

ENIGMA ATAXIA
Dr. Ian Harding

world-wide 
collaborations

Harding et al., Ann Neurol 2021; 90: 570-583



A Natural History Study to TRACK Brain and Spinal Cord Changes in 
Individuals With Friedreich Ataxia (TRACK-FA)

www.clinicaltrials.gov



Key facts about the project 

Previous phase I study

Libri et al., Lancet 2014
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Key facts about the project 

Clinical phase

Phase IIb/III
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Results: clinical protocol development
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Results: clinical protocol development
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The EFACTS Registry

• Thanks to all FA patients and their families 
participating in EFACTS

• Thanks to all PIs

• Thanks to Myriam Rai, Claire Didszun, Jennifer 
Michels
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