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BACKGROUND AND PURPOSE RESULTS — VALIDATION OF HUMAN AAV9 NAB ASSAY

The field of gene therapy has grown significantly in the last decade During development of the human AAV9 NAb assay, the optimal cell line, source of AAV9 vector, transduction conditions (temperature/time/media), and minimum sample
with Adeno-Associated Virus (AAV)-based therapeutics becoming a dilution (MRD) were selected. Individual human serum samples were screened to identify NAb negative samples for use as a negative control pool. During validation, the
common vector for this modality. A critical component of designing multiplicity of infection (MOI) of 6000 vg/cell was shown to provide a suitable signal window (Fig. 2). The assay cut points (CP) were established for screening and confirmatory
effective preclinical strategies for AAV-based therapeutics s tiers (Table 1 and Fig. 3) and the sensitivity of the assay was established using the surrogate positive control (SPC) (Fig. 4). The full performance parameters of the assay
evaluating pre-existing anti-AAV antibodies as these can have a major evaluated during the GxP validation included assay cut point, sensitivity, selectivity, specificity, inter/intra-assay precision, short-term stability, and robustness. All validation
Impact on translatability of preclinical data. Monitoring strategies for parameters met acceptance criteria according to current regulatory expectations (Table 2).
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METHOD

This anti-AAV9 NAb assay uses an AAV9 construct expressing firefly

luciferase (AAV9-FLuc), a transduction-permissive epithelial cell line, RESULTS — MINIPIG AAV9 ASSAY
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Figure 1. Diagram of NAb Immunoassay Format Image created with BioRender.com
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