




Mission

Odylia accelerates therapeutic 

development for rare diseases.

Vision

We are prioritizing a future where drugs 

are developed for every rare disease 

based on safety, efficacy, and the 

available technology, regardless of 

commercial viability.



Odylia addresses the unmet 
need to keep moving novel and 

life-changing rare disease 
treatments to clinical trials. 

Odylia is developing the next 
generation of treatments to 
transform the lives of rare 

disease patients.

We are partnering directly with patients, families, philanthropists, and 
innovators to ensure there is a path to treatment for those with rare disease.

Odylia leverages our internal 
scientific and drug 

development expertise to 
reduce inefficiencies 

commonly found on the path 
from early discovery to clinical 
trials. We aid partners as they 

navigate rare disease drug 
development. 



Odylia’s Rare Disease Gene Therapy Pipeline

AAVAnc80-RPGRIP1
OT-004

RPGRIP1-associated retinal dystrophies

AAVAnc80-USH1C
USH1C associated vision loss

Exploratory
Late-stage 

Preclinical

Early 

Preclinical
Phase 1/2 Phase 3

Orphan Drug Designation- granted 

Rare Pediatric Disease- granted

Patient Group partnership

AAV-NPHP1
NPHP1 associated vision loss 

(Senior Loken Syndrome) Patient Group partnership
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CEO & CSO Director, Brydge Solutions
Scientist

Preclinical gene therapy development, regulatory filing, vector manufacturing, QC/QA and 
data management, marketing, clinical operations

Director, Operations & 
Project Management



Odylia partners 
with groups 

representing 
any rare 

disorder and has 
engaged in 
therapeutic 

development for 
an array of drug 

modalities



1.PORTFOLIO 

EVALUATION

2. DISCOVERY

4. LEAD 

OPTIMIZATION
5. IND-ENABLING 

DATASET

7. CLINCAL 

DEVELOPMENT

8. REGULATORY 

SUBMISSION

3. PROOF OF CONCEPT

6. MANUFACTURING

$5 - 50K $10 -100K $30 - 100K

$10 - 25K

$75 - 500K

$500K - 5M $10 -150K $75- 250K



Negotiated drug repurposing, drug screening, 
and ASO development

Developed plan for novel gene therapy 
program from initial asset design through 
clinical trial planning

Provided assistance navigating ineffective 
relationships and initiating new partnerships

Established translational model 
characterization, analysis, and functionalization

Evaluated therapeutic options, established 
priorities, and launched drug development 
efforts

Designed clinical trials, registry, and natural 
history study efforts through ongoing KOL and 
Patient Advisory Board engagement



Increased visibility for programs and increased 
funder confidence

Clinical development, clinical trial design, 
patient engagement, identified vetted partners

Guided drug development including scientific 
strategy, academic partner discussions, and data 
interpretation

Feedback impacted fundraising strategy and 
effectiveness

Enhanced engagement and interest from 
academic researchers

Expansion of research tool use (i.e. animal 
models, translational pipeline)



New repurposing effort

2019 2022 20252020 2021 2023 2024

Initiated gene 

therapy program

Minimal progress, 

program halted



New strategic plan developed

2011 20202014 2017 2023 2026

Pre-IND meeting with the FDA 

(planned)

International team of researchers & collaborators 

assembled

Preliminary gene therapy safety testing

USH1C gene therapy program launched

Head-to-head candidate selection study

Regulatory document drafting



Where we provide free 
resources to help rare 
disease groups. We also 
provide links to prior 
Landscape Analyses and 
videos.

A centralized marketplace to 
ensure critical resources are 
findable and accessible for 
patient groups and other 
members of the rare disease 
research community. 

This series addresses common 
questions and roadblocks that 
face groups as they work to 
develop therapies. 

Odylia believes in the power of sharing 
information to empower the broader community 
around us. Through our own drug development 
experience and our work with partners through 
Brydge Solutions, we are building a publicly 
accessible library of resources in hopes that our 
learnings can help other drug development 
programs move faster towards the patients that 
need them. This means Odylia’s impact goes 
beyond the programs we work with directly. 

Changing the business model, 
changing lives 



New Odylia partnership with Comend
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What does treatment mean to you?

“less worry, less pain, and more joy!”

“hope, hope for my family and others 
suffering from rare pediatric diseases”

“a treatment keeps Davidson 
playing baseball”

“prolonging and improving Jordan’s life”



info@odylia.org

www.odylia.org

Odylia Therapeutics

Odylia Therapeutics

Ashley Winslow 
awinslow@Odylia.org



Our goal is to accelerate progress as quickly as possible so we sought 
a partner who had the depth of expertise to provide guidance on 
scientific strategy, but who could also give us insights into the financial 
and operational aspects of our company’s growth. But what really 
stood out about Odylia was their accessibility and personal touch. They 
are as committed as we are to rare disease patients and that’s a quality 
that we highly value and is critical to our success.

Odylia, through Brydge Solutions, really helped the SATB2 Gene 
Foundation focus and start moving in the direction we need to be 
moving in. Their landscape analysis broke everything down into 
workable goals in language that could be shared with our communities.

Having a child with a rare disease means needing to become an expert 
in drug development. But there are so many roadblocks and things to 
learn. Our partnership with Odylia's Brydge Solutions helped us better 
understand the science of CLOVES Syndrome and gave us a fresh 
perspective on therapeutic options and potential collaborators for the 
future.
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