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Abstract:

Aim: Cystic Fibrosis (CF), is an autosomal-recessive disorder caused by mutations of the CF
Transmembrane Conductance Regulator (CFTR) gene. It is a chloride channel in epithelia cells. Initia
studies in vitro, and subsequently in animal models in vivo, have demonstrated the feasibility of gene
therapy for CF.

Methods: Suitable assays to measure the success or otherwise of such gene transfer studies have been
developed, focusing both on detection of Messenger Ribonucleic Acid (mMRNA) and protein, as well as
more specific assays for CFTR function. The former have relied on conventional polymerase chain
reaction (PCR) and immunohistochemistry techniques. In this way a monolayer of epithelial cells only a
limited number will be transfected and demonstrated that transfection of a monolayer of CF cells with a
normal copy of the CFTR gene.

Conclusion: Approximately 5%of normal CFTR mRNA is sufficient to correct the electrical abnormality
in CF mouse models. This relates to the nonlinear relationship between CFTR mRNA and CFTR function.
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