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Unmet needs in SCA drug development
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• Critical need for bridging knowledge gaps in clinical trial 
design in the ataxia space
• Interest in early-stage intervention for SCAs

• Rare SCAs have a limited number of patients to 
participate in clinical trials, making quantitative 
characterization of progression more important

The data upon which to do this 
is limited and precious



Effective Data Sharing Supports Essential Development
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Effective data sharing: 

• Is actionable, improves decision making

• Often through facilitating novel tools and methodologies

• Often done in the pre-competitive space

• Requires commitment from diverse stakeholder groups



C-Path is uniquely situated to support data sharing 
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• Acts as a trusted, neutral third party

• Convenes scientific consortia of industry, academia and government for 
sharing of data and expertise

✓ The best science

✓ The broadest experience

✓ Active consensus building

✓ Shared risk and costs

• Enable iterative FDA/EMA 
participation in developing new 
methods to assess the safety and 
efficacy of medical products

Official regulatory endorsement of novel methodologies and drug development tools



Rare Disease Cures Accelerator-Data and Analytics Platform 
(RDCA-DAP)

RDCA-DAP: a neutral, independent data collaboration and analytics hub to promote the sharing of critical 
data across rare diseases in order to accelerate the understanding of disease progression and optimize clinical 

trial design.

Promotes 
sharing of 

patient level data 
across rare diseases

Curates & 
standardizes data; 

encourages 
standardization of 

data collection

Allows access to patient-
level data as part of 
integrated datasets

Better understanding 
of a rare diseases &

its progression; better 
trial design & data to 
support regulatory 

submissions

Built in analytics 
platform allows 

deeper understanding 
of the data & building 

of advanced MIDD 
solutions

RDCA-DAP is an initiative led by Critical Path Institute in collaboration with FDA and NORD



C-Path ensures high-quality, curated data
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Responsive Curation – Impactful Outcomes

Regulatory-grade data with submission 
to global agencies in mind from 
induction

Interoperability of key datasets within 
a given therapeutic area

Shared learnings and analyses from 
other therapeutic areas (e.g., FA, other 
rare neurodegenerative disorders)



C-Path is uniquely situated to deliver results
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Data sharing and management 
(CODR/RDCA-DAP)

Modeling & Analysis

Harmonized image analysis

Fluid/Imaging biomarkers

Clinical Outcomes Assessments

Digital Health Tools

Regulatory Science 

C-Path Core Competencies

Knowledge 
Creation

Knowledge 
Sharing

Knowledge 
Application

Accelerated 
Progress

Value 
Proposition 

+ =

High-Quality Data
with high usability

Shared data dictionaries 
and metadata catalogues

Common Data Models 
(where available)

Standardized data 
vocabularies 

Relational databasing

Cohort builder

Ontology mapping



Data utility to support future projects and Research Plan goals
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Identify 
meaningful 
endpoints

Determine 
project 

feasibility

Inform clinical 
trial design 

Supporting 
evidence for 

use of 
historical 
controls

Inform 
patient 

selection

Build publicly 
available data 

standardi-
zation and 

analysis tools 

Develop 
evidence for 
novel drug 
therapeutic 
approaches 

Advance 
understand-

ing of Natural 
History 

Inform proof 
of concept 

studies

• Data-driven approach to 
project identification 
and prioritization

• Evaluation and 
optimization of COAs 
and other outcome 
measures

• Better understanding of 
disease progression and 
key stages

• Innovation in clinical 
trial design through 
qualitative analyses and 
novel tools

RDCA-DAP provides 
an innovative, 
accessible platform 
that supports 
CPTA’s core mission 
and Research Plan 
goals
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EUROSCA and RISCA data on RDCA-DAP
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EUROSCA and RISCA data are curated and available for request on the RDCA-DAP

• Meta/data are now searchable and browsable using the FAIR Explorer on the RDCA-DAP 
website: https://fair.dap.c-path.org/#/data/home/

• Access to data can be requested through this website

• Future datasets currently under negotiation will be added to the RDCA-DAP

https://fair.dap.c-path.org/#/data/home/


Thank you!
Questions or comments?

Contact Kael White (jkwhite@c-path.org) 

mailto:jkwhite@c-path.org

