
 

Study supports use of cystic fibrosis drug in
infants from four weeks of age
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A cystic fibrosis drug targeting the basic defect that causes the condition
has been shown to be safe and effective in newborns aged four weeks
and above, new research involving RCSI University of Medicine and
Health Sciences and Children's Health Ireland has found.

The finding is described as a 'huge moment' for cystic fibrosis by one of
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the lead researchers. The study included the first baby in the world with
cystic fibrosis to be diagnosed from birth and enrolled directly onto a
trial of this sort.

The drug, Ivacaftor (Kalydeko), is the first drug designed to treat the
basic defect in cystic fibrosis. It was originally approved for adults, then
sequentially over several years for older and younger children. Currently,
it is approved for babies aged four months and older, however, this new
research suggests that it is safe and effective for babies as young as four
weeks of age.

Cystic fibrosis experts predict that the earlier treatments can begin, the
more likely that progression of the condition can be slowed down or
halted in children, and this is the focus of several international research
studies led by RCSI and Children's Health Ireland. The findings of this
study could pave the way for eligible newborns to start treatment on the
medicine at the time of diagnosis (typically at newborn screening) rather
than having to wait until they are four months old.

"This is a huge moment in cystic fibrosis," said Paul McNally, Associate
Professor of Pediatrics at RCSI and Consultant in Respiratory Medicine
at CHI. McNally is one of the authors of the new study, "Safety and
efficacy of Ivacaftor in infants aged 1 to less than 4 months with cystic
fibrosis," which was published in the Journal of Cystic Fibrosis.

"Over the years Ivacaftor, or Kalydeko, has been put through clinical
trials in younger and younger children. Now, through this study, it has
been shown to be safe and effective all the way down to four weeks of
age," he said.

"This is an important development because almost all children are
diagnosed through newborn screening at around this time. The
availability of a treatment that targets the underlying cause of the disease
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in newborns and can be started immediately at diagnosis will provide a
huge sense of reassurance and hope for families."

Cystic fibrosis is an inherited disease that mainly affects the lungs and
digestive system. Ireland has the highest incidence of the condition in the
world: approximately 1,400 children and adults in Ireland live with the
condition and more than 30 new cases of cystic fibrosis are diagnosed
here each year, typically around four weeks of age through the newborn
screening program.

In recent years, new medicines have emerged that target the basic defect
that causes cystic fibrosis. Ivacaftor (Kalydeko) is one such treatment. It
targets a genetic change seen in around 4% of people with cystic fibrosis
worldwide, and around 10% in Ireland.

Siblings Kara (aged 5) and Isaac Moss (aged 2) both participated in the
study through Children's Health Ireland. Kara was part of an earlier
phase of the study that paved the approval of the drug in older infants
and led to the latest trial that Isaac took part in.

Isaac was the first baby with cystic fibrosis in the world to be diagnosed
from birth and enrolled directly onto a trial of these ground-breaking
treatments.

"Both Kara and Isaac are doing really well and remarkably are not
experiencing any of the typical symptoms of cystic fibrosis at the
moment," said their mother Debbie.

"Research studies like this one are so important to ensuring that children
get access to the right treatments as early as possible. With the right
medications, they can enjoy a healthy childhood and look forward to a
brighter future"
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Ivacaftor is manufactured by pharmaceutical company Vertex
Pharmaceuticals, who are currently applying to the European Medicines
Agency for an extension to the marketing authorization for Ivacaftor
down to one month of age.

The study involved researchers from RCSI, Children's Health Ireland,
the U.S. and the UK.

  More information: Paul McNally et al, Safety and efficacy of
ivacaftor in infants aged 1 to less than 4 months with cystic fibrosis, 
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Provided by RCSI University of Medicine and Health Sciences

Citation: Study supports use of cystic fibrosis drug in infants from four weeks of age (2024,
April 11) retrieved 2 May 2024 from https://medicalxpress.com/news/2024-04-cystic-fibrosis-
drug-infants-weeks.html

This document is subject to copyright. Apart from any fair dealing for the purpose of private
study or research, no part may be reproduced without the written permission. The content is
provided for information purposes only.

Powered by TCPDF (www.tcpdf.org)

4/4

https://dx.doi.org/10.1016/j.jcf.2024.03.012
https://medicalxpress.com/news/2024-04-cystic-fibrosis-drug-infants-weeks.html
https://medicalxpress.com/news/2024-04-cystic-fibrosis-drug-infants-weeks.html
http://www.tcpdf.org

