Journal of

Cystlc F|br05|s

ol of thc&'opean(mx.i

Cystic Fibrosis Research News

Title:
Rates of adverse and serious adverse events in children with cystic fibrosis

Lay Title:
Adverse events in clinical trials in children with CF

Authors:
Jessica E. Pittman?, Umer Khan®, Theresa A. Laguna®, Sonya Heltshe® 9, Christopher H. Goss®
de Don B. Sandersf

Affiliations:

a. Division of Allergy and Pulmonary Medicine, Department of Pediatrics, Washington
University School of Medicine, St. Louis, MO USA

b. Cystic Fibrosis Foundation Therapeutics Development Network Coordinating Center,
Seattle Children’s Research Institute, Seattle WA USA

c. Division of Pulmonary and Sleep Medicine, Department of Pediatrics, Northwestern
University Feinberg School of Medicine, Chicago, IL USA

d. Division of Pulmonary and Sleep Medicine, Department of Pediatrics, University of
Washington School of Medicine, Seattle, WA USA

e. Division of Pulmonary and Critical Care Medicine, Department of Medicine, University of
Washington School of Medicine, Seattle, WA USA

f. Division of Pediatric Pulmonary, Allergy and Sleep Medicine, Department of Pediatrics,
Indiana University School of Medicine, Indianapolis, IN, USA

What was your research question?

We wanted to understand how often adverse events were reported in clinical trials involving
children with CF.

Why is this important?

Children with CF are being included in clinical trials frequently, and adverse events occur
frequently in CF. In order to understand if adverse events are related to new therapies being
studied, it is important to understand how often adverse events are reported in children with
CF not taking investigational therapies.
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What did you do?

We reviewed adverse events reported in two studies of children with CF. We grouped adverse
events according to the ages of the children in the studies, the organ systems involved, the
severity of lung disease, and the season of the year.

What did you find?

We found that adverse events are reported very often in studies of children with CF.
Respiratory symptoms were most commonly reported, with most children with CF reporting
new or worsening cough in the first four months of the studies. Adverse events occurred less
in the summer compared to spring, fall, and winter.

What does this mean and reasons for caution?

These background rates of adverse events may be used to understand the potential adverse
effects in future drug studies in children with CF. Short clinical trials could be affected by the
season in which children with CF are enrolled. These results are based on studies that
occurred more than 10 years ago, and adverse events may be affected by current therapies,
especially highly effective modulators.

What'’s next?
These results may need to be re-evaluated in studies of children with CF who are taking highly
effective modulators.
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