Abstract

Hydroxyurea is widely used in high-income countries for the management of sickle cell disease
(SCD) in children. In Kenyan clinical guidelines, hydroxyurea is only recommended for adults
with SCD. Yet many deaths from SCD occur in early childhood, deaths that might be prevented
by an effective, disease modifying intervention. The aim of this review was to summarise the
available evidence on the efficacy, effectiveness and safety of hydroxyurea in the management of
SCD in children below 5 years of age to support guideline development in Kenya. We undertook
a systematic review and used the Grading of Recommendations Assessment, Development and
Evaluation system to appraise the quality of identified evidence. Overall, available evidence
from 1 systematic review (n=26 studies), 2 randomised controlled trials (n=354 children), 14
observational studies and 2 National Institute of Health reports suggest that hydroxyurea may be
associated with improved fetal haemoglobin levels, reduced rates of hospitalisation, reduced
episodes of acute chest syndrome and decreased frequency of pain events in children with SCD.
However, it is associated with adverse events (eg, neutropenia) when high to maximum tolerated
doses are used. Evidence is lacking on whether hydroxyurea improves survival if given to young
children. Majority of the included studies were of low quality and mainly from high-income
countries. Overall, available limited evidence suggests that hydroxyurea may improve morbidity
and haematological outcomes in SCD in children aged below 5 years and appears safe in settings
able to provide consistent haematological monitoring.



