Target Product Profile (TPP) Template

Disclaimer: National Center for Advancing Translational Sciences (NCATS) and National Institutes of Health (NIH) provide no warranties, representations, or guarantees that resources available on the Platform Vector-Gene Therapy (PaVe-GT) website will successfully apply to any specific project, disease, or condition. Furthermore, NIH disclaims any liability and provides no indemnification. A full list of terms and conditions for the use of PaVe-GT resources is available at pave-gt.ncats.nih.gov/ terms-conditions-and-disclaimers/.

The following template has been generated based on the NCATS Platform Vector Gene Therapy (PaVe-GT) team’s preparation of TPPs for their program. PaVe-GT is a pilot project that tests whether the efficiency of gene therapy trial startup can be improved through the standardization of processes across adeno-associated virus (AAV) gene therapies for four rare diseases. An important goal of PaVe-GT is to share project results and lessons learned with the public in such a way that the information may be used by any party interested in improving efficiency in the development of an AAV gene therapy. Specifically, as our projects progress through the different phases of drug development, we intend to make information publicly available. This includes FDA meeting requests and packages, toxicology and biodistribution data, Investigational New Drug (IND) filings and corresponding communications with the FDA, and other study documents. Please visit and subscribe to the PaVe-GT website for project updates and resources at pave-gt.ncats.nih.gov. 

Investigators may use this tool to develop their own TPP for guiding their development program. An accompanying white paper, AAV Gene Therapy Development: Early Planning and Regulatory Considerations to Advance the PaVe-GT Program, describes the components of the TPP and the value it provides in drug development was recently published in Human Gene Therapy. We encourage reading the white paper for more details.

Instructions for using the template:
This template includes the minimum acceptable and ideal attributes of the target drug product. While the ideal profile may not be achievable during early phases of development, it is helpful to describe it and to align the planned studies accordingly.
The template includes italicized blue text within brackets (intended to serve as guidance) and standard text in regular font. The italicized blue text along with the brackets should be substituted with information pertinent to the investigational product. The text in regular font may be utilized without modification.










[Insert name of gene therapy product] Target Product Profile (TPP)

Product name: [Insert name of vector] vector expressing a functional [insert name of transgene], under control of the [insert name of promoter] promoter ([insert name of gene therapy product])	

Therapeutic Modality: Gene Therapy

	Product Target
	Minimum Acceptable Result
	Ideal Result

	Primary Product, Indication and Usage
	[Insert name of disease for which the gene therapy is indicated, name of therapeutic vector and intended physiological function.] 
	[Insert name of disease for which the gene therapy is indicated, name of therapeutic vector and intended physiological function.] 

	Patient Population
	[Insert patient age (initial target) range and target disease.]
	[Insert ideal patient age range and target disease.]

	Mechanism of Action
	[Insert proposed mechanism of action for the intended gene therapy.] 
	[Insert proposed mechanism of action for the intended gene therapy.]

	Dosage Form and Stability
	[Insert feasible dosing form appropriate for the intended route of administration.]
[Insert stability conditions (duration and temperature).]
	[Insert ideal dosage form for the proposed route of administration.]
[Insert stability conditions for long term use.]

	Dosing Regimen
	[Insert feasible dosing frequency and route of administration.]
	[Insert ideal dosing regimen and route of administration.]

	Efficacy
	[Insert minimally acceptable efficacy endpoints based on disease natural history, primary, secondary and exploratory endpoints in the planned early phase clinical trial.]
[Insert proposed surrogate measures, as applicable for early phase trial and informed by preclinical data and patient natural history studies.]
	[Insert ideal efficacy endpoints and surrogate biomarkers, as applicable for drug approval.] 

	Risk/Side Effect
	[Insert minimally acceptable safety profile and decision criteria for an early phase trial.]
	[Insert ideal safety profile and decision criteria to provide benefit to patients with minimal risks.]



