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

Disclaimers: 
1. This TPP for [Insert name of gene therapy product] was developed during early stages of the program. It is an evolving document that outlines the minimal and ideal characteristics of the planned [Insert name of gene therapy product] product and is updated throughout its development based on FDA feedback and/or data obtained from non-clinical and clinical product testing. 
2. NCATS and NIH provide no warranties, representations, or guarantees that PaVe-GT resources 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/

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
	Treatment of [insert name of disease] with [insert name of vector]-driven [insert name of transgene] transgene and protein expression. 
	Treatment of [insert name of disease] and restoration of clinically meaningful [insert intended physiological function].

	Patient Population
	[insert pediatric or adult] patients, [insert age of patient], with [insert disease name] resulting from a deficiency of [insert name of disease-causing gene].
	[insert pediatric or adult] patients, [insert age of patient], with [insert disease name] resulting from a deficiency of [insert name of disease-causing gene].

	Dosage Form and stability
	[Insert route of administration e.g., intravenous infusion]; stable for at least [insert duration of stability, e.g., 2 years].
	[Insert route of administration e.g., intravenous infusion]; stable for at least [insert duration of stability, e.g., 2 years].

	Dosing Regimen
	[insert frequency of dosing] 
[insert route of administration]
	[insert frequency of dosing] 
[insert route of administration]

	Efficacy
	Stabilization of disease progression
Change in surrogate endpoints [insert surrogate measures]
Change in surrogate biomarkers (Absolute and percent change in [insert surrogate biomarker measures])

	Improved [insert targeted disease phenotypes] 

	Risk/Side Effect
	Devoid of serious adverse events 

Devoid of reaction due to [insert route of administration]
	Devoid of serious adverse events 

Devoid of reaction due to [insert route of administration]



