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Clinical Trials 

C20 
CLINICAL TRIAL INTERPRETATION WITH 
UNKNOWN STEM CELL-SPECIFIC DOSES 

Cell Therapy Gene Therapy Tissue Engineering FUNCTIONAL AREAS 

Stem cell dose is a measure of the viable stem cells present in a 
given treatment, which can vary within a trial and across trials for 
different therapies. 

CHALLENGE: The mechanisms for stem cell activity are complex 
and poorly understood, and stem cell counts may vary over time, 
which makes it difficult to count stem cells and establish standard, 
effective doses and routes of administration (ROA) in clinical trials. 
This leads to inconsistent trial results that are hard to interpret 
and replicate and may not be sufficiently reliable to progress to 
the next phase of clinical trials. 

 
 
 
 
 
 

POTENTIAL FOR STANDARDIZATION 

STANDARD 
OBJECTIVE 

Broaden understanding of stem cell activity and variation over time to 
establish guidelines to identify reliable mechanisms for administering safe, 
efficacious doses. 

POSSIBLE  
AREAS TO 

STANDARDIZE 

• Stem cell counting 
methods/technologies 

• Optimal timing for dose 
assessment 

• Qualifying ROAs 
• Dose preparation methods 

RELATED EFFORTS 

• Efforts around cell counting (including an SCB standard advancement project) can 
ensure accurate counts are measured when comparing doses across trials. 

• USP has standards on CD34+ stem cell counting methods. 
 

NEXT STEPS • Conduct comparative ROA and dosage studies. 
• Assess common causes of inconsistent doses. 

 

https://www.standardscoordinatingbody.org/project-guidance-cell-counting
http://www.usp.org/biologics/cd34-stem-cell-enumeration

	About this Report
	Executive Summary
	Needed Standards Identified by the Community
	Community Prioritization of Standards Needs

	Next Steps for Standards Advancement

	Report Structure
	Sector Summaries
	Cell Therapy
	Summary of Prioritized Standards Needs – Cell Therapy Sector

	Gene Therapy
	Summary of Prioritized Standards Needs – Gene Therapy Sector

	Tissue Engineering
	Summary of Prioritized Standards Needs – Tissue Engineering Sector


	Detailed Standards Needs By Functional Area
	Bioprocessing and Production
	Analytical and Testing Methodologies
	Product Quality and Characterization
	Logistics and Compliance
	Preclinical Studies
	Clinical Trials

	ANCILLARY MATERIALS
	C1
	C1
	ANCILLARY MATERIALS
	CELL COLLECTION PROCEDURES
	C2
	CELL THERAPY MANUFACTURING EQUIPMENT REQUIREMENTS
	C3
	KNOWLEDGE STANDARD FOR CELL TYPES USED IN THERAPEUTIC PRODUCTS
	C4
	METHODS AND PROCESSES FOR CELL IDENTITY AND CELL LINE AUTHENTICATION
	C5
	FRAMEWORK FOR GENE DELIVERY METHODS AND GENE EDITING TOOLS
	G1
	STANDARDS REGARDING ETHICAL CONSIDERATIONS OF GENE THERAPY
	G2
	CHARACTERIZATION OF SCAFFOLD MATERIALS
	T1
	DONOR TISSUE STERILIZATION
	T2
	PROPERTIES OF BIOINKS
	T3
	CELL COUNTING METHODS FOR REGENERATIVE MEDICINE THERAPIES
	C6
	DETERMINING AND INTERPRETING CELL VIABILITY
	C7
	METHODS FOR THE EVALUATION OF ENDOGENOUS CAR-T RECEPTORS
	G3
	VIRAL VECTOR GENE QUANTIFICATION
	G4
	HUMAN CELL CHARACTERIZATION
	C8
	PRODUCT POTENCY MEASUREMENT METHODS
	C9
	TEST METHODS TO MEASURE STERILITY, MYCOPLASMA, AND ADVENTITIOUS AGENTS
	C10
	ACCEPTABLE PARTICULATES IN REGENERATIVE MEDICINE PRODUCTS
	C11
	RELEASE CRITERIA FOR REGENERATIVE MEDICINE PRODUCTS
	C12
	CONSISTENT LANGUAGE AND TESTING PRACTICES FOR STERILITY TESTING METHODS
	C13
	REVISITING STANDARDS FOR REPLICATION-COMPETENT RETROVIRUS TESTING
	G5
	METHODS FOR ASSESSING PRODUCT ACTIVITY AND COMPARABILITY
	G6
	CHAIN-OF-IDENTITY / CHAIN-OF-CUSTODY RECORDING
	C14
	LABELING STANDARDS SPECIFIC TO REGENERATIVE MEDICINE PRODUCTS
	C15
	DATA ACQUISITION
	C16
	CRYOPRESERVATION METHODS
	C17
	REGENERATIVE MEDICINE PRODUCT PACKAGING
	C18
	ANIMAL MODELS FOR SAFETY TESTING AND PRODUCT ACTIVITY EVALUATION
	C19
	METHODOLOGY FOR COLLECTING AND EVALUATING BIODISTRIBUTION DATA
	G7
	DEVELOPMENT OF CONSISTENT VALIDATION METHODOLOGY
	G8
	CLINICAL TRIAL INTERPRETATION WITH UNKNOWN STEM CELL-SPECIFIC DOSES
	C20
	SAFETY TRAINING AND EDUCATION FOR CLINICIANS ADMINISTERING THERAPIES
	C21
	EVALUATING PRE-EXISTING IMMUNITY TO AAV VECTORS
	G9
	PRODUCT INTEGRITY TESTING METHODS
	T4
	Appendix A. Methodology
	Data Gathering Approach
	About Nexight Group and the Standards Coordinating Body

	Appendix B. Report Contributors

