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GENE THERAPY - BIOANALYTICAL 
CHALLENGES
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Gene therapies rely on many platforms to assess key endpoints
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CELL THERAPY / EX-VIVO GENE 
THERAPY - BIOANALYTICAL 
CHALLENGES



Autologous T Cell Therapy (example) 



Cell therapy rely on many platforms to assess key endpoints
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The EBF CGT Team
Ø Start 2019
Ø Mission 

– Bioanalytical community training
– Shape future regulatory landscape 
– Share best practice and case studies 

Ø Delivery: 
– Monthly meetings 
– Training Day on Cell and Gene Therapy September 2020 
– Technology Workshop 2021: Presentations 
– ICH S12 consolidated EBF feedback: 2021 
– Training Day on Immunogenicity 2021: CGT Session
– OS 2021: Presentations  
– Cut Points Workshop 2022: Presentation
– OS 2022: Session on CGT Applications (Day 2 at 9:00)   10



Bringing CGT into the regulated BioA world
Ø No specific regulatory guidance. Good opportunity to apply scientific rationale 

to validate assays  
Ø Use good science and follow the golden rules of regulated BioA

– Have a study protocol
– Execute the study protocol 
– Document in a final report
– Apply Good Documentation Practice

Ø ‘fit-for-purpose’ and ‘phase appropriate validation’ is a good approach
Ø Work can fall between current BioA and IVD regulations 

– AAV nAb as inclusion criterion 
– Cytokine Release Syndrome  

Ø Platform synergies are possible with GMP QC 
– Gene Therapy Vector ID 
– Cell Therapy formulation analysis 







Focus topics 2022

Topic Gene Therapy Cell Therapy
Preclinical Clinical Preclinical Clinical 

NAb and Tab 
assays X X

Pre-existing 
immunogenicity X X

T-Cell response 
(ELISPOT) X

Flow Cytometry X X
Molecular 
methods X (biodistribution) X (shedding) (x) (x)

Transgene 
product 
quantification

X

Bioanalytical 
strategy X X X X



Conclusion and 
discussi n 
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Into 2023 and beyond? 

Ø Harmonise digital PCR
Ø Harmonise shedding and biodistribution 
Ø Immunogenicity against transgene product
Ø Quantification of transgene product 
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Contact Information

Questions: info@e-b-f.eu

European Bioanalysis Forum vzw 
www.e-b-f.eu
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