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58 GeneLtherapyLclinicalLtrialsLworldwideLtoLgefgLbLanLupdatecLJournalmofmGenemMedicineaL2013aLfjaLkjbll 3.5 582

57 GeneLtherapyLclinicalLtrialsLworldwideLtoLgefloLvnLupdatecLJournalmofmGenemMedicineaL2018aLgeaLehefj 3.5 433

56 SelectionLandLevaluationLofLclinicallyLrelevantLvvVLvariantsLinLaLxenograftLliverLmodelcLNatureaL2014aL
jekaLhmgbk 50.4 279

55 TheLtranscriptionalLandLfunctionalLpropertiesLofLmouseLepiblastLstemLcellsLresembleLtheLanteriorL
primitiveLstreakcLCellmStemmCellaL2014aLfiaLfelbge 18 194

54 GeneLdeliveryLtoLtheLjuvenileLmouseLliverLusingLvvVgdmLvectorscLMolecularmTherapyaL2008aLfkaLfemfbm 11.7 123

53 wioengineeredLvvVLxapsidsLwithLxombinedLHighLHumanLLiverLTransductionLIn´ VivoLandLUniqueL
HumoralLSeroreactivitycLMolecularmTherapyaL2018aLgkaLgmnbheh 11.7 97

52 vvVgdmbmediatedLcorrectionLofLOTxLdeficiencyLisLrobustLinLadultLbutLnotLneonatalLSpfUashVLmicecL
MolecularmTherapyaL2009aLflaLfhiebk 11.7 71

51 IdentificationLofLliverbspecificLenhancerbpromoterLactivityLinLtheLhTLuntranslatedLregionLofLtheL
wildbtypeLvvVgLgenomecLNaturemGeneticsaL2017aLinaLfgklbfglh 36.3 55

50 GeneLtherapyLforLmonogenicLliverLdiseasesoLclinicalLsuccessesaLcurrentLchallengesLandLfutureL
prospectscLJournalmofmInheritedmMetabolicmDiseaseaL2017aLieaLinlbjfl 5.4 54

49 LymphoidLregenerationLfromLgenebcorrectedLSxIybXfLsubjectbderivedLiPSxscLCellmStemmCellaL2015aL
fkaLhklblg 18 53

48 vxzgLTherapyLUsingLvdenobassociatedLViralLVectorLInhibitsLLiverL ibrosisLinLMicecLMolecularmTherapy
aL2015aLghaLfihibih 11.7 47

47 LymphomagenesisLinLSxIybXfLmiceLfollowingLlentivirusbmediatedLphenotypeLcorrectionL
independentLofLinsertionalLmutagenesisLandLgammacLoverexpressioncLMolecularmTherapyaL2010aLfmaLnkjblk11.7 46

46
InductionLandLpreventionLofLsevereLhyperammonemiaLinLtheLspfashLmouseLmodelLofLornithineL
transcarbamylaseLdeficiencyLusingLshRNvLandLrvvVbmediatedLgeneLdeliverycLMolecularmTherapyaL
2011aLfnaLmjibn

11.7 36

45 TheLimplementationLofLnewbornLscreeningLforLspinalLmuscularLatrophyoLtheLvustralianLexperiencecL
GeneticsminmMedicineaL2020aLggaLjjlbjkj 8.1 36

44 SexuallyLdimorphicLpatternsLofLepisomalLrvvVLgenomeLpersistenceLinLtheLadultLmouseLliverLandL
correlationLwithLhepatocellularLproliferationcLMolecularmTherapyaL2009aLflaLfjimbji 11.7 30

43 vLnovelLsplicebsiteLmutationLinLtheLcommonLgammaLchainLUgammacVLgeneLILgRGLresultsLinLXblinkedL
severeLcombinedLimmunodeficiencyLwithLanLatypicalLNKXLphenotypecLHumanmMutationaL2004aLghaLjggbh 4.7 30

42 vdenobassociatedLvirusbmediatedLrescueLofLneonatalLlethalityLinLargininosuccinateL
synthetasebdeficientLmicecLMolecularmTherapyaL2013aLgfaLfmghbhf 11.7 29
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41 ImpactLofLnextbgenerationLsequencingLerrorLonLanalysisLofLbarcodedLplasmidLlibrariesLofLknownL
complexityLandLsequencecLNucleicmAcidsmResearchaL2014aLigaLefgn 20.1 28

40 vgebRelatedLSeroprevalenceLofLvntibodiesLvgainstLvvVbLKehLinLaLUKLPopulationLxohortcLHumanm
GenemTherapyaL2019aLheaLlnbml 4.8 27

39 HighbThroughputLaLandLScreenLofLvdenobvssociatedLVirusLVectorsLwasedLonLPhysicalLandL unctionalL
TransductioncLHumanmGenemTherapyaL2020aLhfaLjljbjmn 4.8 26

38 TheLwalanceLofLStromalLwMPLSignalingLMediatedLbyLGRzMfLandLISLRLyrivesLxolorectalL
xarcinogenesiscLGastroenterologyaL2021aLfkeaLfggibfghncehe 13.3 26

37 IntrahepaticLactivationLofLnaiveLxyiXLTLcellsLbyLliverbresidentLphagocyticLcellscLJournalmofm
ImmunologyaL2014aLfnhaLgemlbnj 5.3 24

36
ModelingLcorrectionLofLsevereLureaLcycleLdefectsLinLtheLgrowingLmurineLliverLusingLaLhybridL
recombinantLadenobassociatedLvirusdpiggywacLtransposaseLgeneLdeliveryLsystemcLHepatologyaL2015aL
kgaLiflbgm

11.2 21

35 LimitingLThymicLPrecursorLSupplyLIncreasesLtheLRiskLofLLymphoidLMalignancyLinLMurineLXbLinkedL
SevereLxombinedLImmunodeficiencycLMolecularmTherapym-mNucleicmAcidsaL2017aLkaLfbfi 10.7 15

34 GeneLtherapyLforLtoleranceoLhighblevelLexpressionLofLdonorLmajorLhistocompatibilityLcomplexLinLtheL
liverLovercomesLnaiveLandLmemoryLalloresponsesLtoLskinLgraftscLTransplantationaL2013aLnjaLlebl 1.8 15

33 PreventionLofLxholestaticLLiverLyiseaseLandLReducedLTumorigenicityLinLaLMurineLModelLofLP IxL
TypeLhLUsingLHybridLvvVbpiggywacLGeneLTherapycLHepatologyaL2019aLleaLgeilbgekf 11.2 14

32 RestoringLtheLnaturalLtropismLofLvvVgLvectorsLforLhumanLlivercLSciencemTranslationalmMedicineaL2020
aLfgaL 17.5 14

31
xodonbOptimizationLofLWildbTypeLvdenobvssociatedLVirusLxapsidLSequencesLznhancesLyNvL amilyL
ShufflingLwhileLxonservingL unctionalitycLMolecularmTherapym-mMethodsmandmClinicalmDevelopmentaL
2019aLfgaLlfbmi

6.4 13

30 vttenuationLofLHeparanLSulfateLProteoglycanLwindingLznhancesLTransductionLofLHumanLPrimaryL
HepatocytesLwithLvvVgcLMolecularmTherapym-mMethodsmandmClinicalmDevelopmentaL2020aLflaLffhnbffji 6.4 12

29 vLUserTsLGuideLtoLtheLInvertedLTerminalLRepeatsLofLvdenobvssociatedLViruscLHumanmGenemTherapym
MethodsaL2019aLheaLgekbgfh 4.9 11

28 GreatLexpectationsoLvirusbmediatedLgeneLtherapyLinLneurologicalLdisorderscLJournalmofmNeurology,m
NeurosurgerymandmPsychiatryaL2020aLnfaLminbmke 5.5 10

27 GeneLtherapyLforLmetabolicLdisordersoLanLoverviewLwithLaLfocusLonLureaLcycleLdisorderscLJournalmofm
InheritedmMetabolicmDiseaseaL2012aLhjaLkifbj 5.4 10

26 InsightsLintoLGeneLTherapyLforLUreaLxycleLyefectsLbyLMathematicalLModelingcLHumanmGenemTherapyaL
2019aLheaLfhmjbfhni 4.8 9

25 vLgenomebwideLmapLofLadenobassociatedLvirusbmediatedLhumanLgeneLtargetingcLNaturemStructuralm
andmMolecularmBiologyaL2014aLgfaLnknblj 17.6 9

24 vvVbmediatedLgeneLdeliveryLofLtheLcalreticulinLantibangiogenicLdomainLinhibitsLocularL
neovascularizationcLAngiogenesisaL2018aLgfaLnjbfen 10.6 8
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23 HumanLxonnexinieLMutationsLSlowLxonductionLandLIncreaseLPropensityLforLvtrialL ibrillationcL
HeartmLungmandmCirculationaL2018aLglaLffibfgf 1.8 8

22 zfficientLeditingLofLOTxbdeficientLpatientbderivedLprimaryLhumanLhepatocytescLJHEPmReportsaL2020aL
gaLfeeekj 10.3 8

21 yirectLrecognitionLofLhepatocytebexpressedLMHxLclassLILalloantigensLisLrequiredLforLtoleranceL
inductioncLJCImInsightaL2018aLhaL 9.9 7

20 TheLPotentialLofLvvVbMediatedLGeneLTargetingLforLGeneLandLxellLTherapyLvpplicationscLCurrentm
StemmCellmReportsaL2015aLfaLfkbgg 1.8 6

19 vvVbMediatedLGeneLyeliveryLtoLtheLMouseLLivercLMethodsminmMolecularmBiologyaL2019aLfnhlaLgfhbgfn 1.4 5

18 UbbISvPoLaLstreamlinedLUNIXLpipelineLforLminingLuniqueLviralLvectorLintegrationLsitesLfromLnextL
generationLsequencingLdatacLBMCmBioinformaticsaL2017aLfmaLhej 3.6 5

17
GainbofbfunctionLfactorLHbrelatedLjLproteinLimpairsLglomerularLcomplementLregulationLresultingLinL
kidneyLdamagecLProceedingsmofmthemNationalmAcademymofmSciencesmofmthemUnitedmStatesmofmAmericaaL
2021aLffmaL

11.5 5

16 UseLofLaLHybridLvdenobvssociatedLViralLVectorLTransposonLSystemLtoLyeliverLtheLInsulinLGeneLtoL
yiabeticLNOyLMicecLCellsaL2020aLnaL 7.9 4

15 SystemicLvvVmbmediatedLdeliveryLofLaLfunctionalLcopyLofLmuscleLglycogenLphosphorylaseLUPygmVL
amelioratesLdiseaseLinLaLmurineLmodelLofLMcvrdleLdiseasecLHumanmMolecularmGeneticsaL2020aLgnaLgebhe 5.6 4

14
SafetyLandLefficacyLofLanLengineeredLhepatotropicLvvVLgeneLtherapyLforLornithineL
transcarbamylaseLdeficiencyLinLcynomolgusLmonkeyscLMolecularmTherapym-mMethodsmandmClinicalm
DevelopmentaL2021aLghaLfhjbfik

6.4 4

13
zxploitingLtheLuniqueLregenerativeLcapacityLofLtheLliverLtoLunderpinLcellLandLgeneLtherapyL
strategiesLforLgeneticLandLacquiredLliverLdiseasecLInternationalmJournalmofmBiochemistrymandmCellm
BiologyaL2014aLjkaLfifbjg

5.6 3

12
NovelLhumanLliverbtropicLvvVLvariantsLdefineLtransferableLdomainsLthatLmarkedlyLenhanceLtheL
humanLtropismLofLvvVlLandLvvVmccLMolecularmTherapym-mMethodsmandmClinicalmDevelopmentaL2022aL
giaLmmbfef

6.4 3

11
TheLadenovirusLziLOR kLandLzfbLjjLkyaLproteinsLcooperateLinLaLpjhbindependentLmannerLtoL
enhanceLtransductionLbyLrecombinantLadenobassociatedLvirusLvectorscLJournalmofmGeneralmVirologyaL
2000aLmfaLgnmhbgnnf

4.9 3

10 SingleLaminoLacidLinsertionLallowsLfunctionalLtransductionLofLmurineLhepatocytesLwithLhumanLliverL
tropicLvvVLcapsidscLMolecularmTherapym-mMethodsmandmClinicalmDevelopmentaL2021aLgfaLkelbkge 6.4 3

9
ThymocyteLselfbrenewalLandLoncogenicLriskLinLimmunodeficientLmouseLmodelsoLrelevanceLforL
humanLgeneLtherapyLclinicalLtrialsLtargetingLhaematopoieticLstemLcellLpopulationstcLMammalianm
GenomeaL2018aLgnaLllfbllk

3.2 2

8 xlinicalLTrialLofLMGMTUPfieKVLGeneLTherapyLinLtheLTreatmentLofLPediatricLPatientsLwithLwrainL
TumorscLHumanmGenemTherapyaL2018aLgnaLmlibmmj 4.8 1

7
xoherenceLanalysisLdiscriminatesLbetweenLretroviralLintegrationLpatternsLinLxyhiUXVLcellsL
transducedLunderLdifferingLclinicalLtrialLconditionscLMolecularmTherapym-mMethodsmandmClinicalm
DevelopmentaL2015aLgaLfjefj

6.4 1

6 TheLselfbpeptideLrepertoireLplaysLaLcriticalLroleLinLtransplantLtoleranceLinductioncLJournalmofmClinicalm
InvestigationaL2021aLfhfaL 15.9 1
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5 vdenobvssociatedLVirusLVectorLGeneLyeliveryLzlevatesL actorLILLevelsLandLyownregulatesLtheL
xomplementLvlternativeLPathwaycLHumanmGenemTherapyaL2021aLhgaLfhlebfhmf 4.8 1

4 IslingoLaLtoolLforLdetectingLintegrationLofLwildbtypeLvirusesLandLclinicalLvectorsccLJournalmofmMolecularm
BiologyaL2021aLfkliem 6.5 1

3 vngiotensinLxonvertingLznzymebgLTherapyLImprovesLLiverL ibrosisLandLGlycemicLxontrolLinLyiabeticL
MiceLWithL attyLLiverccLHepatologymCommunicationsaL2021aL 6 1

2 GenomeLeditingLinLtheLhumanLliveroLProgressLandLtranslationalLconsiderationscLProgressminmMolecularm
BiologymandmTranslationalmScienceaL2021aLfmgaLgjlbgmm 4 0

1 vLbioinformaticLpipelineLforLsimulatingLviralLintegrationLdataccLDataminmBriefaL2022aLigaLfemfkf 1.2 0
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