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Safety and tolerability of denufosol tetrasodium inhalation solution,

a novel P2Y2 receptor agonist: results of a phase 1/phase 2

multicenter study in mild to moderate cystic fibrosis.
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Study design (if review, criteria of inclusion for studies)

prospective, randomised, cross-over, multi-centre study

Participants

40 infants and toddlers with CF

Interventions

Creon for children (CfC) and Creon 10000 (C10) for two weeks each in a cross-over design.

Outcome measures

Dosing of pancreatic enzymes was continued as applied before the study. The primary endpoint was the parents' treatment preference.
Secondary endpoints included coefficient of fat absorption (CFA), clinical symptoms and safety parameters

Main results

20 parents (51%) from the N=39 intent to treat sample preferred CfC, 9 (23%) preferred C10, and 10 (26%) had no preference The
applied doses led to a mean CFA with similar results for both treatments (77.8% vs. 78.7%). Gastrointestinal symptoms were reported
on a number of study days, and some children had abnormal results for laboratory parameters of malabsorption. Safety and tolerability
of the preparations were good and all these parameters were comparable for both treatments.

Authors' conclusions

Those parents who had a preference favoured CfC over C10. Both enzyme preparations improved malabsorption to a similar degree,
although the applied dosages could have been too low in some children reflected in a suboptimal CFA. These data support the use of
CfC for young patients with cystic fibrosis improving the daily care of this cohort detected mainly now through neonatal screening
programmes.

http://dx.doi.org/10.1002/ppul.20192
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