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primary studies - published RCT

Newborn screening for cystic fibrosis is complicated by
age-related decline in immunoreactive trypsinogen levels.
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Study design (if review, criteria of inclusion for studies)

multicenter, placebo-controlled, double-blind, parallel clinical trial

Participants
The patients were randomly placed in one of three treatment groups.

Interventions

The first group was treated with a 2.5 mg dose of rhDNase and one dose of placebo daily, the second group with placebo twice a day.
The third patient group (treated with a 2.5 mg dose of rhDNase twice a day) was not included in this study.

Outcome measures

number of hospitalizations, the number of total days in hospital, the number of total days of outpatient intravenous antibiotic therapy, the
number of total days of inpatient intravenous antibiotic therapy, the number of total days of outpatient oral antibiotic therapy and the
number of total days of inpatient oral antibiotic therapy. total direct cost, costs of antibiotics

Main results

The main measurements of resource utilization of services for treatment of respiratory-tract infections were the number of
hospitalizations in the follow-up period of 24 weeks (0.41 rhDNase once daily, 0.56 placebo), the number of total days in hospital (4.9
rhDNase, 6.4 placebo), the number of total days of outpatient intravenous antibiotic therapy (2.9 rhDNase, 4.4 placebo), the number of
total days of inpatient intravenous antibiotic therapy (4.8 rhDNase, 6.2 placebo), the number of total days of outpatient oral antibiotic
therapy (23.5 rhDNase, 25.2 placebo) and the number of total days of inpatient oral antibiotic therapy (0.59 rhDNase, 0.55 placebo).
From a health insurance perspective the total direct cost based on a weighted per diem for German CF-centres was 5,879 DM
(rhDNase) vs 7,849 DM (placebo) per patient respectively. Costs of antibiotics were estimated using all available information on the
consumption of antibiotic drugs revealing 2,954 DM per patient in the rhDNase-group and 4,213 DM in the placebo-group. The large
cost differences remain also true in a sensitivity analysis introducing minima and maxima as key factors.

Authors' conclusions

As a result of this study we conclude that the use of rhDNase in treatment of respiratory-tract infections in patients with cystic fibrosis is
cost saving and less burdened for the patients. However, all cost estimates do not include the cost of rhDNase itself, which are DM
9,094 for the period of follow-up.
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