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Welcome!



The road towards molecular therapies for ataxias

Trial readiness
• Trial ready cohorts
• Outcomes development
• Regulatory acceptance of 

outcome measures

Preclinical drug
development

clinical
trials

Laying the
groundwork

• genes and mechanisms
• rating scales
• longitudinal cohorts

• global 
• academia, industy, PAOs together

266 members, 33 countries



Patient Data
cohorts, registries & natural history studies

NAF CRC-
SCA

BIGPRO 
Brazil

single site studies

TREAT-
ARCA

§ aggregate & harmonize natural history data 
§ standardize assessments (clinical, biosamples, imaging, digital-motor, etc)

§ harmonize & optimize outcome measures
§ education and training
§ multicentre trial readiness services

§ Regulatory qualification of outcome
measures and biomarkers
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joint projects

study networks

content
input



AGI formats https://ataxia-global-initiative.net

• working groups

• projects

• ressources

• Young Investigator Initiative

• tools & methods studios

= joint work studios with the aim to discuss and improve trial-readiness tools and methods
with regard to their novel (or improved) application in the ataxia field

è consensus & standards: special issue in Cerebellum 2023
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