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Effectiveness of PTC124 treatment of cystic fibrosis caused by

nonsense mutations: a prospective phase II trial.
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Study design (if review, criteria of inclusion for studies)

randomised, open-label, parallel group trial.

Participants

CF patients presenting with an infective exacerbation. 146 patients were randomised into the study.

Interventions

twice or three-times daily ceftazidime and tobramycin

Outcome measures

Markers of treatment efficacy and safety were measured in the two groups. The primary outcome measure was improvement in FEV1.

Main results

There was no significant difference in the two groups for improvement in FEV1% predicted (9.93% and 7.98% for twice daily and
three-times daily respectively) and similar times to next exacerbation. There were no differences in the incidence of treatment failure,
nephrotoxicity and ototoxicity.

Authors' conclusions

This study confirms that twice daily dosing of both tobramycin and ceftazidime is safe and effective and may be considered more
convenient than current dosing schedules.

http://dx.doi.org/10.1016/S0140-6736(08)61168-X
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