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Working together to optimize the impact

of investment in biomedical research

and training to improve human health

Fostering open communication

and collaboration

Addressing issues that are key

to accelerating research discovery

and its translation

https://www.healthra.org/


CHDI mission statement
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To collaboratively develop therapeutics that substantially 

improve the lives of individuals affected by Huntington’s 

disease

Directed strategy – purposeful managed activity

Expand the precompetitive space



What is CHDI exactly?
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Nonprofit Foundation

• Biomedical research organization

• Motivated by time not money

• No competitors, only collaborators

HD Drug Discovery & Development

• Exclusively focused on HD

• Unambiguous continuity, focus, passion

• Develop meaningful therapies



Diverse external global partnership network

▪ 100+ CHDI internal employees

▪ Research - discovery through clinical 

development

▪ No internal “wet labs”

▪ >750 FTEs worldwide

▪ >100 academic collaborations

▪ Funded by generous private donors

▪ Collaborative enabler – models, 

reagents, assays, data, biosamples, 

tools, advice, etc.

Biotech
Academic

Internal / CRO
Big Pharma



Overall strategy

To de-risk therapeutic programs to the point where 

pharma will take them on
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Funding strategy

NOT grants, NO RFPs, no study section-type periodic peer review 

Independent CHDI scientists continuously seek out and review new 

approaches/technologies

Funding managed through legal agreement

• Detailed project description 

– sets expectations & timelines

• Quarterly Joint Steering Committee meetings (subset, HHMI-like)

– new data appraised, next steps discussed and agreed

– ensure therapeutic goals remain in focus

• Standard legal clauses

– data sharing – period of exclusivity then we can publish (ICFs too)

– confidentiality agreement – knowledge commons
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Academic freedom

• Retain right to publish 

– CHDI staff sometimes qualify as authors – ICMJE rules

• Retain data exclusivity for agreed period

– exceptions Enroll-HD & other clinical data – openly shared

• Intellectual property stance 

– ordinarily, CHDI requires no IP – BUT we do insist upon a license-

in-perpetuity for anyone to use asset for HD research purposes
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Advantages

Developed relationships with collaborators that respects their 

academic curiosity & freedom – they respect our mission to 

collaboratively develop therapeutics

Joint gains from different interests

• Share findings in real time 

• Share data

• Advisory capacity 

– Independent Statistical Standing Committee 

– scientific rigor – experimental design & statistical analysis plans

• Coordination of activities

• Plug infrastructure gaps 

– assays, models, clinical observational studies, biomarkers, regulatory 

science

• Investigators don’t have to spend valuable time crafting 

convincing grant proposals!
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Disadvantages

• Appears expensive – staff intensive

– can be introduced more modestly

• Academics kicking & screaming! 

– no longer an issue
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Does it work?!
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• Roche/Ionis antisense oligonucleotide Phase 1/2a trial

• Dose responsive lowering of huntingtin protein in CSF

• First CHDI funding to Ionis in 2005



Thank you!

Robi Blumenstein – President

Robert Pacifici – Chief Scientific Officer

Dave Rankin – Chief Legal Officer

Ruth Basu – Chief Administration Officer

Our donors
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HTT lowering therapeutic strategies

Transcription

Translation

HTT gene

HTT mRNA

HTT protein



Summary of HTT lowering intervention points and 

efforts

CHDI/CROs

Shire/Sangamo

Biomarin

CHDI/CROs

Ionis/Roche

Spark 

UBC

uniQure

UMass

UTSW

Voyager/Sanofi

Wave

CHDI/CROs

Pharma companies

Transcription

Translation

Clearance



Develop the Capabilities to Drive “Internal” Drug 

Discovery efforts

• Cannot rely on:

– Repurposing existing compounds

– Watching the “in box”

• If the biology is compelling

– Initiate de novo efforts

– Persevere where others have failed or abandoned

• Orchestrate across a network of fee-for-service 

contract research organizations

– CHDI scientists design and oversee the research

– CHDI owns the intellectual property



Huntington’s Disease



Using HD Animal Models for Proof of Principle HTT Lowering 

Biomarkers to Advance HTT Lowering Therapies

HD mice

• Many

HD rat: 

• Q97 FL HTT

HD minipig: 

• Q120 1-543 HTT

HD sheep: 

• Q73 FL HTT 

HD NHP: 

• Q29 Exon 1 HTT

• Q80 1-512 HTT

• AAV Q82 1-171 HTT


