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The road towards molecular therapies for ataxias

Trial readiness

• trial ready cohorts

• biomarker development

• regulatory acceptance of

outcome measures
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clinical

trials

Laying the
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• genes and mechanisms

• rating scales

• longitudinal cohorts



Patient Data
cohorts, registries & natural history studies
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▪ Cohort aggregation

▪ Harmonization of biomarkers and
outcome measures

▪ Education and training

▪ Multicentre trial readiness services

▪ Regulatory qualification of outcome
measures and biomarkers

▪ Trial simulation

▪ Clinical data standards
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Harmonization of biomarkers and outcome measures

• consensus among ataxia investigators in the field on a global scale

• common core of cross-center harmonized assessment protocols & SOPs for each domain

same 

core protocolsSCA

add-on protocols

ARCA

add-on protocols

Standardization working groups

#1 Clinical outcomes & registries

#2 Molecular biomarkers & biosampling

#3 MR biomarkers

#4 Digital-motor biomarkers

#5 Model systems & preclinical trials

#6 Next-generation genomics and platforms

#7 Policy and patient organization engagement



Harmonization of biomarkers and outcome measures

• tight cooperation with the Critical Path to Therapies for the Ataxias (CPTA) initiative of  C-PATH

• to achieve regulatory acceptance of biomarkers and outcome measures

#1 Clinical outcomes & registries

#2 Molecular biomarkers & biosampling

#3 MR biomarkers

#4 Digital-motor biomarkers

#5 Model systems & preclinical trials

#6 Next-generation genomics and platforms

#7 Policy and patient organization engagement



Harmonization of biomarkers and outcome measures

Development of improved and regulatory accepted outcome measures: 

SARA Global

• Criticism of SARA concerns clinical 

meaningfulness of single items and 

metric properties of the scale

• Development of SARA Global in 

three steps:

oDetailed data-driven analysis

oDesign of modified scale

oValidation



Meetings, education and training

Organizing and hosting international meetings and conferences to 

update and educate the field on key issues

April 2018 SCA Global inauguration (AIM Meeting, Philadelphia)

March 2019 1st SCA Global Meeting in Las Vegas / ARCA Global Inauguration

Oct 2020 SCA Global & ARCA Global Online Conference

22+23 Nov 2021 Ataxia Global Initiative Online Workshop

March 2022 Ataxia Global Initiative Conference (Orlando)



Ataxia Global Initiative Online Workshop 

(Berlin time)

22 Nov 2021 14:00-15:35 Session 1: Genetics & New Targets/Pathways

15:40-17:15 Session 2: Business meeting

23 Nov 2021 19:30-21:05 Session 3: Biomarkers and natural history

21:10-22:40 Session 4: Therapy

Keynote Karl Broich

WG3: MR Biomarkers Gülin Öz

Project: retinal degeneration as a 
biomarker in ataxias José Luiz Pedroso

Project: Fluid biomarkers in SCA1 Puneet Opal

Project: PROSPAX cohort Rebecca Schüle

Project: PAHAN survey Laura Jardim



Meetings, education and training

Organizing and hosting international meetings and conferences to 

update and educate the field on key issues

2019 Las Vegas Meeting



Education and training

Providing a platform for young investigators

Building a modular 

curriculum for

multidisciplinary training
on ataxias



Education and training

Offering resources for and providing approval of ataxia training and 

education programs

SARA Online Training Tool



Multicentre trial readiness services

Set-up of an AGI Care and Trial Site Registry

• Registry of care and trial sites worldwide

→ infrastructure for clinical trial feasibility, recruitment, and other studies
• Care and trial infrastructure

• Numbers of ataxia patients

• Staff



Multicentre trial readiness services

AGI Advisory Committee for Therapeutics

• Will be set up as multi-disciplinary international group of 
internationally recognized academic and industry drug development 
experts as well as representatives of patient foundations and 
regulatory experts 

• review and provide guidance on the translation and development 
path of therapeutics programs in ataxias

• F2F review meeting will be used 

• Uses example of 



AGI - Membership and Partnership

Membership

• Individual membership
oAtaxia researchers and clinical investigators
oAtaxia clinicians
oRepresentatives of patient organisations
o Etc.

• No fee for membership

Partnership

• Organisations including pharmaceutical industry

• Partners are entitled to send representatives to AGI Working Groups

• No fee for partnership



AGI - Governance

Executive Committee

• 10-15 members

• AGI world regions will be represented

• Up to 3 patient organisation representatives

• Up to 2 member can be a non-academic
investigator (of which 1 will be industry)

Office

• Provided by University Tübingen

• Supports the Executive Committee

• Tasks: communication, meeting planning, 
project management, administration, finance



Q & A


