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AbsoluteAbsolute indicationsindications for HSCT:for HSCT:

severesevere combinedcombined immunodeficienciesimmunodeficiencies

deathdeath beforebefore 2nd 2nd yearyear ofof ageage inin naturalnatural coursecourse ofof PIDPID

RealtiveRealtive indicationsindications for HSCTfor HSCT ::

increasingincreasing PID PID numbernumber for HSCT as for HSCT as alternativealternative

treatmenttreatment

individualindividual qualificationqualification basedbased on:on:
PID PID typetype

clinicalclinical coursecourse

HSCT donor HSCT donor availabilityavailability

ageage ofof patientpatient

socialsocial andand psychologicalpsychological aspectsaspects



RealtiveRealtive indicationsindications for HSCTfor HSCT

WiskottWiskott--AldrichAldrich syndromesyndrome
( trombocytopenia, ( trombocytopenia, infectionsinfections, , riskrisk ofof malignanciesmalignancies ))

HiperHiper IgMIgM syndromesyndrome
( ( infectionsinfections, , liverliver insufficieniencyinsufficieniency –– CryptosporidialCryptosporidial
infectioninfection –– cholangitischolangitis scleroticansscleroticans, high , high riskrisk ofof
malignancymalignancy ))

ChronicChronic granulomatousgranulomatous diseasedisease
( ( infectionsinfections, , chronicchronic pulmonarypulmonary diseasedisease ))

OthersOthers PID :..... DNA PID :..... DNA breakagebreakage disordersdisorders.....?????.....?????



1968 1968 –– HLA HLA discoverydiscovery

1968 1968 –– firstfirst bonebone marrowmarrow transplantationtransplantation
fromfrom siblingsibling donorsdonors inin SCID          SCID          
andand WAS WAS patientspatients

1997 1997 –– firstfirst haploidenticalhaploidentical BMT BMT inin SCID SCID 
patientpatient inin PolandPoland –– BMT Unit   BMT Unit   
WroclawWroclaw



HSCT HSCT inin PID’sPID’s -- 29 29 patientspatients

 65%

SCID
CID
CD4limf
HIM
WAS
CGD
agran

41%
59%

BM- 12

PBPC - 17

28%

24%
35%

MRD - 7
haplo- 8
MUD - 14

79%

25% boys - 23

girls - 6

PID PID typetype Number of
patients

SevereSevere combinedcombined immunodeficienciesimmunodeficiencies ( SCID )( SCID ) 18
CombinedCombined immunodeficiencyimmunodeficiency ( CID )( CID ) 1

PrimaryPrimary CD4 CD4 lymphopenialymphopenia ( CD4 limf )( CD4 limf ) 1

HiperHiper IgMIgM syndromesyndrome ( HIMS)( HIMS) 3

WiskottWiskott –– AldrichaAldricha syndromesyndrome ( WAS )( WAS ) 4

ChronicChronic granulomatousgranulomatous diseasedisease ( CGD)( CGD) 1

SevereSevere agranulocytosisagranulocytosis 1



AgeAge ofof patientspatients on HSCTon HSCT
11%

37%

52%

 < 2 r.ż. - 20

2 - 5 r.ż. - 7

> 5 r.ż. - 2

age of patients in months
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InitialsInitials SexSex DateDate ofof birthbirth YearYear ofof diagnosisdiagnosis

FF 19861986

19871987

19951995

1996

19961996

19971997

19981998

19981998

19981998

19981998

19991999

MDMD MM 19991999--0707--0404 20002000 SCIDSCID NoNo DiedDied

JPJP FF 20042004--0909--1313 20042004 SCIDSCID YesYes AliveAlive

MNMN FF 20042004--0707--0101 20042004 OSOS YesYes AliveAlive

DWDW MM 20042004--0303--0303 20042004 SCIDSCID NoNo DiedDied

GNGN MM 20052005--1010--2121 20052005 OSOS YesYes DiedDied

WWWW FF 20042004--0303--2525 20042004 SCIDSCID YesYes AliveAlive

20002000

20012001

20012001

20012001

20012001

20022002

20022002

20032003

20032003

20032003

SESE FF 19861986--1111--2424 SCIDSCID NoNo DiedDied

SUSU MM 19971997--1212--2525 SCIDSCID YesYes AliveAlive

SKSK MM 20012001--0404--0101 OSOS YesYes AliveAlive

FWFW MM 20022002--0707--2626 SCIDSCID YesYes AliveAlive

ASAS MM 20012001--0404--1616 SCIDSCID NoNo DiedDied

MSMS MM 20022002--1212--3030 SCID SCID YesYes AliveAlive

FF

PM M 1995-07-18 SCID 1997 Alive

DSDS MM 19981998--0909--2323 SCIDSCID YesYes AliveAlive

MM

FF

MM

FF

FF

LWLW FF 20002000--0303--1414 SCID SCID YesYes AliveAlive

MM

DSDS FF 20012001--0101--2525 SCID SCID YesYes DiedDied

MM

FF

MM

DiagnosisDiagnosis HSCTHSCT OutcomeOutcome

MLML 19851985--1111--0303 SCIDSCID NoNo DiedDied

MKMK 19941994--1111--0909 SCIDSCID NoNo DiedDied

MJMJ 19961996--0404--2828 SCIDSCID NoNo DiedDied

MKMK 20002000--1111--0606 SCID SCID YesYes AliveAlive

KJKJ 20022002--0101--0909 SCID SCID YesYes AliveAlive

GSGS 20022002--0101--0808 SCID SCID YesYes AliveAlive

NoNo

KK KK 19971997--1010--2424 SCIDSCID YesYes AliveAlive

NoNo

YesYes

EBEB 19971997--0303--0707 OSOS

YesYes

MTMT 19981998--1111--1919 OSOS

DiedDied

DiedDied

DiedDiedKKKK 19991999--0303--0808 OSOS

AliveAliveSDSD 20032003--0606--0707 SCIDSCID

SCID

27 27 patientspatients::
21 SCID / 6 OS21 SCID / 6 OS

OUTCOMEOUTCOME
9 9 dieddied beforebefore HSCTHSCT
3 3 dieddied afterafter HSCTHSCT
15 15 alivealive afterafter HSCTHSCT

CausesCauses ofof deathsdeaths
beforebefore HSCT:HSCT:
BCG BCG itisitis –– 33
CMV CMV –– 33
P.cariniP.carini -- 11
AspergillosisAspergillosis -- 22



FollowFollow upup ofof 18 SCID 18 SCID patientspatients afterafter HSCTHSCT

315
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Causes of deaths Number of
patients

GvHDGvHD IVstIVst.. 11
SepsisSepsis 11
RenalRenal insufficiencyinsufficiency 11

median 35,9 median 35,9 monthsmonths



FollowFollow upup ofof patientspatients otherother thanthan SCID SCID afterafter HCSTHCST
CombinedCombined immunodeficiencyimmunodeficiency ( CID )( CID )
1 1 patientpatient

1 -died 2 weeks afer HSCT
liver insufficiency

PrimaryPrimary CD4 CD4 lymphopenialymphopenia ( CD4 limf )( CD4 limf )
1 1 patientpatient

1 - alive and well

HiperHiper IgMIgM syndromesyndrome ( HIMS)( HIMS)
3 3 patientpatient

1 - alive and well
1 - died 2 weeks after HSCT –GvHD
1 - graft rejection, expecting second

procedure

WiskottWiskott –– AldrichaAldricha syndromesyndrome ( WAS )( WAS )
4 4 patientpatient

2 - full PID correction
1 - partial PID correction, 

neurological sequelae
1- gratf rejection, expecting second

transplant

ChronicChronic granulomatousgranulomatous diseasedisease ( CGD)( CGD)
1 1 patientpatient

1- graft rejection

SevereSevere agranulocytosisagranulocytosis
1 1 patientpatient

1 - died 3 weeks after HSCT – GvHD



ImmunologicalImmunological reconstitutionreconstitution
inin 23 23 patientspatients

13%
17%

70%
full

partial

none

Donor Donor chimerismchimerismPID PID correctioncorrection NumberNumber
ofof patientspatients CCCC MCMC ARAR

fullfull 1616 1010 66
partialpartial 44 44

33nonenone 33
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