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Ultra-Rare Gene Therapy Network  

URGenT will provide support for the 
development of state-of-the-art gene-
based therapies for ultra-rare 
neurological diseases 

▪ Phased program with multiple entry 
points 

▪ Funding and resources to advance 
gene-based therapies from late-stage 
nonclinical development into clinical 
testing 

▪ Accelerated development timeline - 3 
years start to finish 
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✓ Provide resources 
and expertise such 
as appropriate 
contract partners, 

 
 

  

✓ Provide external 
consulting board 
that will oversee all 
aspects of the 
projects. 

 

  

✓ Standardize and 
harmonize best 
practices and 
protocols 

NINDS URGenT Program Goals 
The mission of the network is to provide resources and funding for the scientific community to develop 

gene-targeted therapies from bench to bedside for ultra-rare diseases 

Accelerate Provide Deliver 
Standardize 

and 
harmonize 

✓ Accelerate 
advancement of 
discoveries 

✓ Deliver therapeutics 
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Scope 

Ultra-rare Disease affect substantially fewer people, less than or equal to 6,000; in 
the U.S., this equates to as few or fewer than one in 50,000 people 

Gene-based or transcript-directed therapeutics include but are not limited to: 

• Oligonucleotide-based approaches 

• Viral vector-based approaches 

• Genome editing-based approaches 

• Other gene-based therapeutic approaches 
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NINDS URGenT Program : Current Funding Opportunities 

Number Title Mechanism 

PAR-22-028 Ultra-Rare Gene-based Therapy (URGenT) Network Resource Access X01 

PAR-22-030 Translational Efforts to Advance Gene-based Therapies for Ultra-Rare U01 
Neurological and Neuromuscular Disorders 

X01=Resource  Access Program 

U01 = Research Project - Cooperative Agreements 

Only U01 PAR is Clinical Trial Optional 
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https://grants.nih.gov/grants/guide/pa-files/PAR-22-028.html
https://grants.nih.gov/grants/guide/pa-files/PAR-22-030.html
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PAR-22-028 & PAR-22-030 – Award Mechanisms 

Mechanism Mechanism 
Name 

Length Milestones Budget Intellectual Property 

X01 Resource Access

Program 

Up to 3 years Yes,  

determined by 

investigators, 

NIH staff and  

SMEs 

U01 Research Project 

- Cooperative 

Agreements 

Up to 3 years Yes,  

determined by 

investigators, 

NIH staff and  

SMEs 

Not Applicable; 

funds are not 

awarded  via the 

X01 mechanism 

Not limited,  but 

should reflect  the 

needs of the  

project 

The awardee institution 

retains their  assignment of 

intellectual  property (IP) 

rights and gains assignment 

of IP rights from the  URGenT 

contractors 

The  awardee  institution  

retains  their  assignment  of  

intellectual  property  (IP)  

rights  and  gains  assignment  

of  IP rights  from  the  

URGenT  contractors 
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PAR-22-030-Translational Efforts to Advance Gene-based Therapies for 
Ultra-Rare Neurological and Neuromuscular Disorders 

Entry Requirements 

• The POC data establishes the feasibility and rationale for candidate use with effective dose range 
using appropriate assays. 

• The Program Director/Principal Investigator (PD/PI) identified a gene-based or transcript-directed 
therapeutic clinical candidate supported by in vivo and/or in vitro data (efficacy and preliminary 
safety). 

• The PD/PI has held formal pre-IND discussions 

• The PD/PI can provide an outline of the future clinical trial 

8 



 

  

  

 

Supports Late-Stage Nonclinical Development 

Applications proposing plans for nonclinical development in parallel with clinical planning activities, 
including, but not limited to: 

• Manufacturing (i.e., technology transfer, process development etc. and clinical scale cGMP 
manufacturing) 

• Qualification and/or validation of any bioassays for IND-enabling nonclinical and clinical studies 

• IND-enabling efficacy studies with intended clinical grade product and safety and toxicology testing in 
relevant animal model(s) 

• Assessment of off-target affects 

• Evaluation utility of pharmacodynamic/target engagement biomarkers associated with the 
therapeutic target or disease 

• Completion of all clinical trial planning activities (IRB) 

• Preparation and submission of an IND package 
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Cooperative Agreement 

Structure 

• For each project provided access to the network, the NINDS will assemble a customized Multi-
disciplinary Project Team (MPT). 

• The MPT will include members of the Program Director/Principal Investigator’s (PD/PI) team and 
additional SME consultants. 

• The MPT will establish an overall strategy for the project with milestones, including a plan and 
timeline, and will develop and coordinate activities across different URGenT contract resources. 
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General Information 

Funding Opportunity Announcements 

▪ PAR-22-028 (X01) 

▪ PAR-22-030 (U01) 

Next U01 receipt dates in 2022: 

▪ June 9, October 8 

Next X01 Applications: 

▪ Rolling applications 
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URGenT Website 

Contact 
information 

Future webinars 

FOA information 
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URGenT Pre-application Form 



Program Contacts 

Chris Boshoff Ph.D. 

Chris.Boshoff@nih.gov 

Adissa Silue Ph.D. 

Tjerignimin.silue@nih.gov 

URGenTMailbox@ninds.nih.gov 
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QUESTIONS? 
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