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Summary of Genes. Thirty years ago, the gene responsible for cystic fibrosis (CF), a recessive
genetic disease caused by mutations in the cystic fibrosis transmembrane conductance
regulator gene, was identified. This progress has considerably changed our understanding of
the pathophysiology of CF and has paved the way for the development of novel and specific
therapies for the disease. The CFTR gene contains 27 exons and is characterized by a
frequent three base pair deletion of the p.Phe508del. As a result of collaborative work, today
more than 2000 mutations have been reported in the gene, and their impact on protein
function is now more evident and useful in designing new strategies to correct the gene
defect. The field of gene therapy, as illustrated by Ziying Yan in this book, has worked on
identifying an efficient vector system for the delivery of the wild-type CFTR gene to the lung.
At the same time, animal models have been developed in mice, rats, rabbits, zebrafish,
ferrets, and pigs to establish the efficacity of gene delivery. These animals are also of the
utmost importance in testing new molecules as modulators or correctors to improve the
CFTR lung function. During the last three decades, the epidemiology of CF has dramatically
changed, as today cystic fibrosis is now a chronic adult pulmonary disease.
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MDPI Books offers quality open access book publishing to promote the exchange of ideas and
knowledge in a globalized world. MDPI Books encompasses all the benefits of open access – high
availability and visibility, as well as wide and rapid dissemination. With MDPI Books, you can
complement the digital version of your work with a high quality printed counterpart.

Open Access
Your scholarly work is accessible worldwide without any restrictions. All
authors retain the copyright for their work distributed under the terms of the
Creative Commons Attribution License.

Author Focus
Authors and editors profit from MDPI’s over two decades of experience in open
access publishing, our customized personal support throughout the entire
publication process, and competitive processing charges as well as unique
contributor discounts on book purchases.

High Quality & Rapid Publication
MDPI ensures a thorough review for all published items and provides a fast
publication procedure. State-of-the-art research and time-sensitive topics are
released with a minimum amount of delay.

High Visibility
Due to our global network and well-known channel partners, we ensure
maximum visibility and broad dissemination. Title information of books is sent
to international indexing databases and archives, such as the Directory of Open
Access Books (DOAB), and the Verzeichnis Lieferbarer Bücher (VLB).

Print on Demand and Multiple Formats
MDPI Books are available for purchase and to read online at any time. Our
print-on-demand service offers a sustainable, cost-effective and fast way to
publish MDPI Books printed versions.
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