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CASE STUDY

 
 

Adenovirus-associated virus (AAV)–based vectors are commonly 
used to deliver genes to various target tissues for long-term 
treatment of—or even to cure—genetic diseases. Although  
these vectors are generally well tolerated, preexisting and 
treatment-induced immune responses against both AAV capsids 
and encoded transgene products may occur, potentially adversely 
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the preferred approach due to ease of use.1,3
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research settings, there are no universally accepted procedures for validating these assays for use in  
gene therapy studies.1
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positive control stimulation.1 
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assays.1  
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of responses shows an R2

No positive response to irrelevant HIV control peptides
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Table 2. 1
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point of 1.69.1 

responses to stimulating peptide antigens.1  
Assay linearity, which refers to the ability to obtain results that are directly proportional to the concentration of 
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peptide pools.1  
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stimulated with 2 AAV peptide pools and 1 transgene product peptide pool.1

did not correlate with liver enzyme elevations or transgene expression levels. Further, no transgene  
 

humoral response.

monitor cellular responses targeting either the AAV capsid or the transgene product may provide insights into 

immune monitoring assays, please visit PrecisionforMedicine.com.

For more information on method validation for  
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