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oKrabbe disease (KD) is a rapidly progressive neurodegenerative disorder caused 
by β-galactocerebrosidase deficiency.

oThe only approved disease modifying therapy for infantile KD (IKD) and late-
infantile KD (LIKD) is hematopoietic stem cell transplantation (HSCT) when 
performed in pre-symptomatic stages.

oWhile KD was recently added to the RUSP, only 12 states have  an active  KD 
newborn screening (NBS) program.

oIt is uncertain at what rate states will conform to the RUSP recommendations, 
with a frequently cited barrier being the absence of studies addressing the 
impact of HSCT on quality-of-life.

oThe purpose of this study was to investigate patient/parent reported outcomes 
of HSCT by comparing qualitative and quantitative data collected during 
structured caregiver interviews.

o90-minute caregiver interview was designed to evaluate patient/family-
centered outcomes of HSCT in relation to quality-of-life.

oComparisons were made between 1) children not transplanted or transplanted 
after symptom onset against 2) those transplanted before symptom onset.

oInfantile KD (IKD; onset <12 months) and late infantile KD (LIKD; onset 13-36 
months) were analyzed independently.

oQuantitative data was collected using  the validated Leukodystrophy quality-of-
life assessment  (LQLA) .

oThe LQLA consists of 43 questions divided into 4 domains. Non-paired t-test 
were used to compare total score and sub-scores for each domain for non/late-
transplanted versus early transplanted patients.

oQuantitative  data was collected using open-ended data with common themes 
identified using two independent coders.

oThis study provides convincing evidence that HSCT improves quality-of-life and reduces caregiver burden in IKD and LIKD.

oIn general, early transplanted families benefitted from improved familial and social relationships, less missed educational opportunities,  
less financial strain, better sleep, and less time providing care. They also felt a greater sense of control over their life.

oAlthough there was variability between individual  responses, parents of early transplanted patients often suffered less physical stress.

oThis data will be invaluable to states debating whether to add KD to their NBS panels with hopes to  facilitate early diagnosis and 
treatment.

oIt will also allow families to weigh the risks and benefits of HSCT more confidently when making the life-altering decision of whether to 
proceed with transplant.
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