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Abstract

Leukodystrophies (LD) are ruinous inherited diseases leading to rapid-fre neurological deterioration and
unseasonable death. Hematopoietic stem cell transplantation (HSCT) can halt complaint progression for named LD.
Cord blood is a common patron source for transplantation of these cases because it's feetly available and can be
used without full HLA matching. Still, precise recommendations allowing care providers to identify cases that proft
from HSCT are lacking. In this study, we defne threat factors and describe the early and late issues of 169 cases with
globoid cell leukodystrophy-linked adrenoleukodystrophy, and metachromatic leukodystrophy witnessing cord blood
transplantation (CBT) at a European Society for Blood and Gist Transplantation center or at Duke University Medical
Center from 1996 to 2013. Factors associated with advanced overall survival( zilches) included presymptomatic status(
77 vs 49; P = .006), well- matched( < 1 HLA mismatch) CB units( 71 vs 54; P = .009), and performance status( PS) of>
80 vs< 60 or 60 to 80( 69 vs 32 and 55, independently; P = .003). For cases with PS < 60(n = 20) or 60 to 80(n = 24)
pre-CBT, only 4(9) showed enhancement. Overall, encouraging zilches was set up for LD cases after CBT, especially
for those who are presymptomatic before CBT and entered adequately cured grafts. Beforehand identifcation and fast
referral to a technical center may lead to earlier treatment and, latterly, to bettered outgrowth
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Leukodystrophies (LD) are a heterozygous group of rare inherited
conditions that a ect the development and conservation of brain
myelination. Although the age of onset and clinical course varies
among this group of conditions, all inherited leukodystrophies
are characterized by progressive neurological deterioration and
unseasonable death. ey frequently arise from either a lysosomal
storehouse complaint (LSD), similar as metachromatic leukodystrophy
(MLD) and globoid cell leukodystrophy — Krabbe complaint (GLD),
or a peroxisomal complaint similar asx-linked adrenoleukodystrophy
(X-ALD). Hematopoietic stem cell transplantation( HSCT) has been
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shown to arrest or decelerate complaint progression for MLD, GLD, HSéLP)(N\f’t

ups) with leukodystrophies (MLD, GLD, or x-ALD) who entered
a liated or unconnected patron CBT between September 1996 and
August 2013 were included. Data were collected from the Euro cord
Registry from EBMT centers through formalized questionnaires that
included information about the cases, benefactors, conditions, and
transplant issues. Data on cases from Duke University were collected
through analogous questionnaires as those used by the Euro cord-
EBMT. Missing data were completed by institutional data directors. A
fresh follow- up questionnaire was developed for long- term issues and
transferred out to sharing centers. Characteristic cases were distributed
into complaint subtype on the base of age of onset of symptoms;
presymptomatic cases were distributed on the base of age of onset of the
indicator case in the family. MLD cases were classi ed as late immature
(0- 4 times), early chick (4- 6 times), late chick (6- 16 times), or grown-
_ i]mes). Cases with GLD were classi ed as beforehand immature
(<’6 months), late immature (6- 11 months), chick (1- 16 times), or

progressive complaint, CB is readily available, allowing for shorter time to
plant. Although it would be ideal to compare the early and late issues on
the base of cell source similar as those performed for Hurler's complaint, 11
this wasn't possible because of the veritably limited gures of cases entering

grown-up (> 16 times). Cases with ALD were classi ed as nonage (0- 10
times), adolescent (10- 18 times), or grown-up (> 18 times). All cases
with ALD showed apparent cerebral complaint on glamorous resonance

other cell sources, leading us to concentrate on cord blood only [3, 4].
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In this retrospective, multicenter study, cases (children and grown-

imaging (MRI) at time of transplantation. Part of this cohort( n = 70)
has been reported in former studies.5, 12, 13 is study was performed
in agreement with the Helsinki Declaration of 1975, revised in 2008.
All cases or their legal representatives gave informed concurrence. Euro
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