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83 LongYtermLsafetyLandLefficacyLofLlentiviralLhematopoieticLstembprogenitorLcellLgeneLtherapyLforL
WiskottYuldrichLsyndromeaaLNaturemMedicineXL2022XL 50.5 5

82 βematopoieticLstemLcellLtransplantationLforLWiskottYuldrichLsyndromenLanLyvMTLinbornLerrorsL
workingLpartyLanalysisaaLBloodXL2022XL 2.2 3

81 LongYtermLoutcomesLofLlentiviralLgeneLtherapyLforLtheL˛†YhemoglobinopathiesnLtheLβ vYechLtrialaaL
NaturemMedicineXL2022XL 50.5 8

80 TransientLmTORLinhibitionLrescuesLgYdvvLwuRYTregsLfromLtonicLsignalYinducedLdysfunctionaLNaturem
CommunicationsXL2021XLdeXLiggi 17.4 2

79 NovelLLentiviralLVectorsLforL eneLTherapyLofLSickleLwellLxiseaseLwombiningL eneLudditionLandL
 eneLSilencingLStrategiesaLBloodXL2021XLdflXLfmkfYfmkf 2.2 1

78 βematopoieticLcellLtransplantationLinLsevereLcombinedLimmunodeficiencynLTheLSwyTγxyLecciYecdgL
yuropeanLcohortaLJournalmofmAllergymandmClinicalmImmunologyXL2021XL 11.5 4

77 uLcombinationLofLcyclophosphamideLandLinterleukinYeLallowsLwxgWLTLcellsLconvertedLtoLTregsLtoL
controlLscurfyLsyndromeaLBloodXL2021XLdfkXLefeiYeffi 2.2 2

76 RetrievalLofLvectorLintegrationLsitesLfromLcellYfreeLxNuaLNaturemMedicineXL2021XLekXLdghlYdgkc 50.5 5

75 uLgainYofYfunctionLRuweLmutationLisLassociatedLwithLboneYmarrowLhypoplasiaLandLanLautosomalL
dominantLformLofLsevereLcombinedLimmunodeficiencyaLHaematologicaXL2021XLdciXLgcgYgdd 6.6 7

74 yffectLofLhydroxyureaLexposureLbeforeLpubertyLonLspermLparametersLinLmalesLwithLsickleLcellL
diseaseaLBloodXL2021XLdfkXLleiYlem 2.2 9

73 VascularLaccessLforLoptimalLhematopoieticLstemLcellLcollectionaLJournalmofmClinicalmApheresisXL2021XL
fiXLdeYdm 3.2 4

72 ulternativeLPromoterLyncodesLaLzunctionalLMuncdfYgLγsoformLPredominantlyLyxpressedLinL
LymphocytesLandLPlateletsaLFrontiersminmImmunologyXL2020XLddXLddhg 8.4 2

71 xonorYtargetedLserotherapyLasLaLrescueLtherapyLforLsteroidYresistantLacuteL VβxLafterL
βLuYmismatchedLkidneyLtransplantationaLAmericanmJournalmofmTransplantationXL2020XLecXLeegfYeehf 8.7 7

70 yditingLaL˛‡YglobinLrepressorLbindingLsiteLrestoresLfetalLhemoglobinLsynthesisLandLcorrectsLtheLsickleL
cellLdiseaseLphenotypeaLSciencemAdvancesXL2020XLiXL 14.3 49

69 voneLMarrowLTransplantationLinLwongenitalLyrythropoieticLPorphyrianLSustainedLyfficacyLbutL
UnexpectedLLiverLxysfunctionaLBiologymofmBloodmandmMarrowmTransplantationXL2020XLeiXLkcgYkdd 4.7 4

68 SeletalisibLforLuctivatedLPγfK˛·LSyndromesnLOpenYLabelLPhaseLdbLandLyxtensionLStudiesaLJournalmofm
ImmunologyXL2020XLechXLemkmYemlk 5.3 6

67
yxtensiveLmultilineageLanalysisLinLpatientsLwithLmixedLchimerismLafterLallogeneicLtransplantationL
forLsickleLcellLdiseasenLinsightLintoLhematopoiesisLandLengraftmentLthresholdsLforLgeneLtherapyaL
HaematologicaXL2020XLdchXLdegcYdegk
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66 wlonalLtrackingLinLgeneLtherapyLpatientsLrevealsLaLdiversityLofLhumanLhematopoieticLdifferentiationL
programsaLBloodXL2020XLdfhXLdedmYdefd 2.2 22

65 LentiviralLandLgenomeYeditingLstrategiesLforLtheLtreatmentLofL˛†YhemoglobinopathiesaLBloodXL2019XL
dfgXLdecfYdedf 2.2 42

64 γnnovativeLwurativeLTreatmentLofLvetaLThalassemianLwostYyfficacyLunalysisLofL eneLTherapyLVersusL
ullogenicLβematopoieticLStemYwellLTransplantationaLHumanmGenemTherapyXL2019XLfcXLkhfYkid 4.8 20

63 βematopoieticLstemLcellLtransplantationLforLwxgcLligandLdeficiencynLResultsLfromLanL
yvMTbySγxYγyWPYSwyTγxyYPγxTwLstudyaLJournalmofmAllergymandmClinicalmImmunologyXL2019XLdgfXLeeflYeehf11.5 38

62 RiskLfactorsLandLoutcomesLaccordingLtoLageLatLtransplantationLwithLanLβLuYidenticalLsiblingLforL
sickleLcellLdiseaseaLHaematologicaXL2019XLdcgXLehgfYehgi 6.6 26

61  eneLtherapyLtargetingLhaematopoieticLstemLcellsLforLinheritedLdiseasesnLprogressLandLchallengesaL
NaturemReviewsmDrugmDiscoveryXL2019XLdlXLggkYgie 64.1 80

60  eneLtherapyLofLhemoglobinopathiesnLprogressLandLfutureLchallengesaLHumanmMolecularmGeneticsXL
2019XLelXLRegYRfc 5.6 33

59 SuccessfulLinLuteroLstemLcellLtransplantationLinLXYlinkedLsevereLcombinedLimmunodeficiencyaLBloodm
AdvancesXL2019XLfXLefkYegd 7.8 5

58 uutologousLStemYwellYvasedL eneLTherapyLforLγnheritedLxisordersnLStateLofLtheLurtLandL
PerspectivesaLFrontiersminmPediatricsXL2019XLkXLggf 3.4 34

57 PlerixaforLenablesLsafeXLrapidXLefficientLmobilizationLofLhematopoieticLstemLcellsLinLsickleLcellL
diseaseLpatientsLafterLexchangeLtransfusionaLHaematologicaXL2018XLdcfXLkklYkli 6.6 64

56  eneLTherapyLinLPatientsLwithLTransfusionYxependentL˛†YThalassemiaaLNewmEnglandmJournalmofm
MedicineXL2018XLfklXLdgkmYdgmf 59.2 347

55
TransfusionYrelatedLadverseLeventsLareLdecreasedLinLpregnantLwomenLwithLsickleLcellLdiseaseLbyLaL
changeLinLpolicyLfromLsystematicLtransfusionLtoLprophylacticLoxygenLtherapyLatLhomenLuL
retrospectiveLsurveyLbyLtheLinternationalLsickleLcellLdiseaseLobservatoryaLAmericanmJournalmofm
HematologyXL2018XLmfXLkmgYlce

7.1 5

54 LongYtermLfollowYupLofLγPyXLsyndromeLpatientsLafterLdifferentLtherapeuticLstrategiesnLunL
internationalLmulticenterLretrospectiveLstudyaLJournalmofmAllergymandmClinicalmImmunologyXL2018XLdgdXLdcfiYdcgmaeh11.5 157

53 γnductionLofLfetalLhemoglobinLsynthesisLbyLwRγSPRbwasmYmediatedLeditingLofLtheLhumanL˛†YglobinL
locusaLBloodXL2018XLdfdXLdmicYdmkf 2.2 110

52
xiseaseLyvolutionLandLResponseLtoLRapamycinLinLuctivatedLPhosphoinositideLfYKinaseL˛·LSyndromenL
TheLyuropeanLSocietyLforLγmmunodeficienciesYuctivatedLPhosphoinositideLfYKinaseL˛·LSyndromeL
RegistryaLFrontiersminmImmunologyXL2018XLmXLhgf

8.4 88

51 unalysisLofLRvwLPropertiesLinLPatientsLwithLSwxLTreatedLwithLLentiglobinL eneLTherapyaLBloodXL
2018XLdfeXLedmhYedmh 2.2 2

50  enerationLofLadultLhumanLTYcellLprogenitorsLforLimmunotherapeuticLapplicationsaLJournalmofm
AllergymandmClinicalmImmunologyXL2018XLdgdXLdgmdYdgmgaeg 11.5 11

49  eneLTherapyLforLβemoglobinopathiesaLHumanmGenemTherapyXL2018XLemXLddciYdddf 4.8 25
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48 γNSPγγRyxnLuLPipelineLforLQuantitativeLunalysisLofLSitesLofLNewLxNuLγntegrationLinLwellularL
 enomesaLMolecularmTherapym-mMethodsmandmClinicalmDevelopmentXL2017XLgXLfmYgm 6.4 42

47 γNSPγγRyxnLQuantificationLandLVisualizationLToolsLforLunalyzingLγntegrationLSiteLxistributionsaL
MolecularmTherapym-mMethodsmandmClinicalmDevelopmentXL2017XLgXLdkYei 6.4 36

46  eneLTherapyLinLaLPatientLwithLSickleLwellLxiseaseaLNewmEnglandmJournalmofmMedicineXL2017XLfkiXLlglYlhh 59.2 418

45  eneLTherapyLinLaLPatientLwithLSickleLwellLxiseaseaLNewmEnglandmJournalmofmMedicineXL2017XLfkiXLecmg 59.2 21

44  eneLTherapyLforL˛†YβemoglobinopathiesaLMolecularmTherapyXL2017XLehXLddgeYddhg 11.7 69

43 zamilyLcordLbloodLbankingLforLsickleLcellLdiseasenLaLtwentyYyearLexperienceLinLtwoLdedicatedLpublicL
cordLbloodLbanksaLHaematologicaXL2017XLdceXLmkiYmlf 6.6 6

42 SickleLcellLdiseasenLanLinternationalLsurveyLofLresultsLofLβLuYidenticalLsiblingLhematopoieticLstemL
cellLtransplantationaLBloodXL2017XLdemXLdhglYdhhi 2.2 230

41  eneLTherapyLupproachesLtoLβemoglobinopathiesaLHematology/OncologymClinicsmofmNorthmAmericaXL
2017XLfdXLlfhYlhe 3.1 40

40 urterioYvenousLfistulaLforLautomatedLredLbloodLcellsLexchangeLinLpatientsLwithLsickleLcellLdiseasenL
womplicationsLandLoutcomesaLAmericanmJournalmofmHematologyXL2017XLmeXLdfiYdgc 7.1 15

39  eneLTherapyLwithLβematopoieticLStemLwellsnLTheLxiseasedLvoneLMarrowSsLPointLofLViewaLStemm
CellsmandmDevelopmentXL2017XLeiXLkdYki 4.4 17

38
MammalianLtargetLofLrapamycinLinhibitionLcounterbalancesLtheLinflammatoryLstatusLofLimmuneL
cellsLinLpatientsLwithLchronicLgranulomatousLdiseaseaLJournalmofmAllergymandmClinicalmImmunologyXL
2017XLdfmXLdigdYdigmaei

11.5 21

37  eneLtransferLintoLhematopoieticLstemLcellsLreducesLβLβLmanifestationsLinLaLmurineLmodelLofL
MuncdfYgLdeficiencyaLBloodmAdvancesXL2017XLdXLekldYeklm 7.8 8

36 wardiacLironLoverloadLinLchronicallyLtransfusedLpatientsLwithLthalassemiaXLsickleLcellLanemiaXLorL
myelodysplasticLsyndromeaLPLoSmONEXL2017XLdeXLecdkedgk 3.7 29

35 XYlinkedLprimaryLimmunodeficiencyLassociatedLwithLhemizygousLmutationsLinLtheLmoesinLTMSNUL
geneaLJournalmofmAllergymandmClinicalmImmunologyXL2016XLdflXLdildYdilmael 11.5 45

34 SpecificLTLcellsLforLtheLtreatmentLofLcytomegalovirusLandborLadenovirusLinLtheLcontextLofL
hematopoieticLstemLcellLtransplantationaLJournalmofmAllergymandmClinicalmImmunologyXL2016XLdflXLmecYmegaef11.5 15

33 wlinicalLandLimmunologicLphenotypeLassociatedLwithLactivatedLphosphoinositideLfYkinaseL˛·L
syndromeLenLu´ cohortLstudyaLJournalmofmAllergymandmClinicalmImmunologyXL2016XLdflXLedcYedlaem 11.5 163

32  eneLTherapyLforLXYLinkedLSevereLwombinedLγmmunodeficiencynLWhereLxoLWeLStandsaLHumanmGenem
TherapyXL2016XLekXLdclYdi 4.8 65

31  eneLTherapyLofLtheL˛†YβemoglobinopathiesLbyLLentiviralLTransferLofLtheL˛†TuTTlkQUUY lobinL eneaL
HumanmGenemTherapyXL2016XLekXLdglYih 4.8 111
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30 βyperinflammationLinLpatientsLwithLchronicLgranulomatousLdiseaseLleadsLtoLimpairmentLofL
hematopoieticLstemLcellLfunctionsaLJournalmofmAllergymandmClinicalmImmunologyXL2016XLdflXLedmYeelaem 11.5 45

29 γnterimLResultsLfromLaLPhaseLdbeLwlinicalLStudyLofLLentiglobinL eneLTherapyLforLSevereLSickleLwellL
xiseaseaLBloodXL2016XLdelXLddkiYddki 2.2 30

28  eneYcorrectedLhumanLMuncdfYgYdeficientLwxlWLTLcellsLcanLefficientlyLrestrictLyvVYdrivenL
lymphoproliferationLinLimmunodeficientLmiceaLBloodXL2016XLdelXLelhmYelie 2.2 16

27 xevelopmentLofLLentiviralLVectorsLSimultaneouslyLyxpressingLMultipleLsiRNusLugainstLwwRhXLvifL
andLtatbrevL enesLforLanLβγVYdL eneLTherapyLupproachaLMolecularmTherapym-mNucleicmAcidsXL2016XLhXLefde 10.7 14

26
unLinLvivoLgeneticLreversionLhighlightsLtheLcrucialLroleLofLMybYLikeXLSWγRMXLandLMPNLdomainsLdL
TMYSMdULinLhumanLhematopoiesisLandLlymphocyteLdifferentiationaLJournalmofmAllergymandmClinicalm
ImmunologyXL2015XLdfiXLdidmYdieiaeh

11.5 44

25 OutcomesLfollowingLgeneLtherapyLinLpatientsLwithLsevereLWiskottYuldrichLsyndromeaLJAMAm-m
JournalmofmthemAmericanmMedicalmAssociationXL2015XLfdfXLdhhcYif 27.4 245

24
SystematicLneonatalLscreeningLforLsevereLcombinedLimmunodeficiencyLandLsevereLTYcellL
lymphopenianLunalysisLofLcostYeffectivenessLbasedLonLzrenchLrealLfieldLdataaLJournalmofmAllergymandm
ClinicalmImmunologyXL2015XLdfhXLdhlmYmf

11.5 22

23 uKeLdeficiencyLcompromisesLtheLmitochondrialLenergyLmetabolismLrequiredLforLdifferentiationLofL
humanLneutrophilLandLlymphoidLlineagesaLCellmDeathmandmDiseaseXL2015XLiXLedlhi 9.8 45

22 yarlyYonsetLhypogammaglobulinemianLuLsurveyLofLggLpatientsaLJournalmofmAllergymandmClinicalm
ImmunologyXL2015XLdfiXLdcmkYmaee 11.5 4

21 zasterLTYcellLdevelopmentLfollowingLgeneLtherapyLcomparedLwithLhaploidenticalLβSwTLinLtheL
treatmentLofLSwγxYXdaLBloodXL2015XLdehXLfhifYm 2.2 52

20 PreclinicalLevaluationLofLefficacyLandLsafetyLofLanLimprovedLlentiviralLvectorLforLtheLtreatmentLofL
˛†YthalassemiaLandLsickleLcellLdiseaseaLCurrentmGenemTherapyXL2015XLdhXLigYld 4.3 78

19  eneLtherapyLforLinheritedLimmunodeficiencyaLExpertmOpinionmonmBiologicalmTherapyXL2014XLdgXLklmYml 5.4 39

18 uLmodifiedL˛‡YretrovirusLvectorLforLXYlinkedLsevereLcombinedLimmunodeficiencyaLNewmEnglandm
JournalmofmMedicineXL2014XLfkdXLdgckYdk 59.2 278

17 uLhumanLimmunodeficiencyLcausedLbyLmutationsLinLtheLPγKfRdLgeneaLJournalmofmClinicalm
InvestigationXL2014XLdegXLfmefYl 15.9 166

16 VariableLcorrectionLofLurtemisLdeficiencyLbyLγYScedYmeganucleaseYassistedLhomologousL
recombinationLinLmurineLhematopoieticLstemLcellsaLGenemTherapyXL2014XLedXLhemYfe 4 13

15 StemLcellLtransplantationLforLprimaryLimmunodeficienciesnLtheLyuropeanLexperienceaLCurrentm
OpinionminmAllergymandmClinicalmImmunologyXL2014XLdgXLhdiYec 3.3 9

14 wharacteristicsLandLoutcomeLofLearlyYonsetXLsevereLformsLofLWiskottYuldrichLsyndromeaLBloodXL2013
XLdedXLdhdcYi 2.2 65

13 βumanLTYlymphoidLprogenitorsLgeneratedLinLaLfeederYcellYfreeLxeltaYlikeYgLcultureLsystemLpromoteL
TYcellLreconstitutionLinLNOxbSwγxb˛‡cTYbYULmiceaLStemmCellsXL2012XLfcXLdkkdYlc 5.8 50

(2012-2016)
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12
LongYtermLoutcomeLandLlineageYspecificLchimerismLinLdmgLpatientsLwithLWiskottYuldrichLsyndromeL
treatedLbyLhematopoieticLcellLtransplantationLinLtheLperiodLdmlcYeccmnLanLinternationalL
collaborativeLstudyaLBloodXL2011XLddlXLdikhYlg

2.2 236

11 TransfusionLindependenceLandLβM ueLactivationLafterLgeneLtherapyLofLhumanL˛†YthalassaemiaaL
NatureXL2010XLgikXLfdlYee 50.4 953

10
TransplantationLofLhematopoieticLstemLcellsLandLlongYtermLsurvivalLforLprimaryLimmunodeficienciesL
inLyuropenLenteringLaLnewLcenturyXLdoLweLdoLbettersaLJournalmofmAllergymandmClinicalmImmunologyXL
2010XLdeiXLiceYdcaedYdd

11.5 328

9 yfficacyLofLgeneLtherapyLforLXYlinkedLsevereLcombinedLimmunodeficiencyaLNewmEnglandmJournalmofm
MedicineXL2010XLfifXLfhhYig 59.2 471

8 uLselfYinactivatingLlentiviralLvectorLforLSwγxYXdLgeneLtherapyLthatLdoesLnotLactivateLLMOeL
expressionLinLhumanLTLcellsaLBloodXL2010XLddiXLmccYl 2.2 100

7 βematopoieticLstemLcellLgeneLtherapyLwithLaLlentiviralLvectorLinLXYlinkedLadrenoleukodystrophyaL
ScienceXL2009XLfeiXLldlYef 33.3 1153

6 γnsertionalLoncogenesisLinLgLpatientsLafterLretrovirusYmediatedLgeneLtherapyLofLSwγxYXdaLJournalmofm
ClinicalmInvestigationXL2008XLddlXLfdfeYge 15.9 1269

5
LongYtermLoutcomeLfollowingLhematopoieticLstemYcellLtransplantationLinLWiskottYuldrichL
syndromenLcollaborativeLstudyLofLtheLyuropeanLSocietyLforLγmmunodeficienciesLandLyuropeanL
 roupLforLvloodLandLMarrowLTransplantationaLBloodXL2008XLdddXLgfmYgh

2.2 195

4 zailureLofLSwγxYXdLgeneLtherapyLinLolderLpatientsaLBloodXL2005XLdchXLgehhYk 2.2 105

3 uutoimmunityLinLWiskottYuldrichLsyndromenLriskLfactorsXLclinicalLfeaturesXLandLoutcomeLinLaL
singleYcenterLcohortLofLhhLpatientsaLPediatricsXL2003XLdddXLeieeYk 7.4 248

2 SustainedLcorrectionLofLXYlinkedLsevereLcombinedLimmunodeficiencyLbyLexLvivoLgeneLtherapyaLNewm
EnglandmJournalmofmMedicineXL2002XLfgiXLddlhYmf 59.2 952

1
womparisonLofLlenograstimLvsLfilgrastimLadministrationLfollowingLchemotherapyLforLperipheralL
bloodLstemLcellLTPvSwULcollectionnLaLretrospectiveLstudyLofLdeiLpatientsaLLeukemiamandmLymphomaXL
1999XLfhXLhcdYh

1.9 26
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