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Interventions Target AAV serotype NCT Number Sponsor/
(transgene) Collaborators

Giroctocogene

fitelparvovec (PF- A AAV2/6 NCT04370054 Pfizer
07055480)

Valoctocogene NCT04323098, BioMarin
roxaparvovec A AAVS5 (BDD-FVIII) NCT03392974,

(BMN270) NCT03370913 Pharmaceutical

Bioengineered

(SPK-8011) A capsid (BDD-FVIII) (Spark, Roche)
Fidanacogene Bioengineered

elaparvovec B capsid NCT03861273 Pfizer
(F-06838435) (FIX Padua)

Etranacogene UniQure Biopharma

B AAVS5 (FIX Padua) NCT03569891

dezaparvovec (AMT-061) B.V.

BDD, B domain deleted. (ClinicalTrials.gov, 2021/6/13)



II[IET_ 45? %0) [ AR

MAAVA T Rk RE

BERFA o eE2— RE

AR - BHERAEIE - FFIEZR

BENREN—FE TIEAE L

— & TR
BAEN

}:5: |—'—|

K& (HLAAVHLARE

X

X

m

X

)

RHZTEM 4Effa~nEA?,

A1 oeER—FEE 1 ?,

fR 5%

7Rl

HNAE?
RY)BZ—DIKFGE?

INBDZEM™ BT Xlinked myotubular myopathy

RN



Agenda

o [RAICHFDLEPFIZNEFIDIEE

Ishiguro A, NCCHD 17



R DOZERMNMES N (SEEF/aFa =i

SHRBD/NMNEEESMERDRHA

=] =Y  MEZEN, TTE2EN, MR2ER, BN 7R

FERRERARIED DHEEERR, TEIREER, PIRERE), MREAR, BiE - UOYT - BERR

EARBHEHRARIED R, AW - AR, RREMER, BIR2ER

figzs - EENZRRAESMIED  /VESE, RRESE, DIRmMESMY, BRIV, bbkestt, U/\EUT—>32#

REes - EIMIED  Fepst e, BESENER, BRE, RER, R

C C B DD P FLENB A FIIANILAZER, BE - BEAAS YINIILREZER, RE - BEHUIY > Z2ER
Fift - EFEEED AR, MR - RREEN - AMRER, EEIFE

RRGLTIHIED, TRIEZUAED, IMOTHRSEED, SERGEZIRED, BRIMRESED, A, &ES, FrAILRSAIY9—-EXZE,
EEFHREEEET > 5 —, BER - BEZRE Y —, HREERBRE>Y—, NERATEIY—, lHRBEE> 5 —,
SAVI-LFREY—, PUILF—tE>5—, BERARE>Y—, BEMEL> 5 —

BRICHHE TERDFEE
' FIH &z FillfgiaZEE&E UT
EEEGIRMEE

EBOISDEESAL
ZxixH\FI A




{5 FiaH
HIVINFiE (C&DIRF)

I=]

SE—iE{ERSE
RERADILEALEZEITH7E0
EBERICHI->THRELZEST

N N

( R (~ 7 D E}Z”‘L

I N -t e (T (s

rRE || RE k5 || #d || Hk == 1y
S S “ VN )




DIVINF BB —IBERFIC
WEIRBRADEER 4

I = BiERRE

1. RBRORE RIS, mESPRE

2. [REDAHIR - (RE REIESEPE (AR, WEIRLE)

3. Eifiy F2ER

4. BENDKS F2ER, REREER, BEE, ERETEE
FhiEZ2ER, ICU, &ERl, BRARRESRD, MEt

5. BEANSDHEFH wRist, RHIEER, EREEE, KE - BIFE
&, I*E

6. BERIKEIR F2ER, BRARIRES

7 R R T2, RS, EREZEE, BRRE

ik




IB{nFiaBEOEK

In vivo EBiaFia Ex vivo EiaFia
RNy 3 —4EEIZKRES AN TOERFIRERICEE
LR =HaiE CAR-T
AFTELITY TNINIRRY mmne T\ E
(JIVTUARRE) FHEULIILI—IL

®
12 M B AR A (FL1)T®)
ARIVIIFTY R)VTSREKR

T JYRTRAToRZILA—1)L
(AZ72I") (TLosr)
TxXhTJRyoa)La—)L
(AZRAILA®)

#AAEEL, GMP, GCTP

GMP: good manufacturing practices, GCTP: good gene, cell and tissue practices



FHSULYIILI—EIL ln’ﬁjﬁi ?9035.’37@

PITL—>R BE=AREAECLD

o

RCEE . T - FIEEE = HEEREE

|:|2 EFE

D HE(m

I

- =y il

20194124

SEERFIRE (SOP) Z1Erk HEPFITHEMBIE

il 75

HiEzEFEZIO—Fv—DbhIC

« HHREIRAI DL HhEES



syroLona—wn SHRGIRAY < RamflmDiiin

=R
- « PIJIL—>X (HAEEER) SRS MEST
f% . HEREDIE - (R FIBHER

Jil .

: o Hifa ﬁ Q . ZANGER
v &
N

. DEERER, ZOMERER
! - Moa, FRE Q . HiEHE
/N

LT



FHEULYLI—HIL fﬂﬂﬂﬂﬁ ﬂo)hﬂlb‘b b ]

Yozl — A

(IR ERER)

el ER B - R flkasRER= (CPC)
- IREHEROYS TUSD - RE
il EET

RiaR1F TO9SLITIVU—T>0
BRER BREE

Ishiguro A, NCCHD 24



37°C

FyroLoLa—+ RmODNmh 55




B 7v—ka

[ ]ov—rc
TSl T []ov—ko

<> Eting

\ 4 \ <> RRBR

v
v
AD=YTR < ppres.wHE

,\ N\

AYD

I \
B T

HEANDZE Rz B EIE




s LIDES B
o I ¥ AR ==

TOOSLTU—H—  RAERREES
Fo{—T T~ —
Z=AIGP

- ZEFrEXRYVE 286
° /er_:E 9 'fj'%j(;_—ﬂf% F 1'|L:|A




Agenda

o DHETMRAEDERLRFARILFERI
DIESHIC

Ishiguro A, NCCHD 28



&% (CEEF eI BRI ER

.

B—Eziw (EEREETFHH5)

MElOHIM - £MDEKR, F|UMRIEE
EEFETHER EE100%, =5% FRE
FMOZRERFOMT BB FEAED
3[E] ~1[a8]/5E

arE X F8F &M A 200~3505 /A
RENEEME

Ishiguro A, NCCHD 29



I[[lZi;'ﬁA E‘E?iﬁ’ﬁ@ﬁﬁﬁ%ﬁﬁﬁ (ClinicalTrials.gov, 2021/6/13)

NCT03001830

NCT04418414

NCT03818763

NCT04370054

NCT02576795

NCT03003533
NCT03061201
NCT04676048
NCT03588299
NCT04323098
NCT03392974
NCT04684940
NCT03734588
NCT04541628

NCT03370172

NCT04728841
NCT03217032
NCT03061201

Recruiting

Recruiting

Active, not recruiting

Recruiting

Not yet recruiting

Recruiting
Recruiting
Active, not recruiting

Active, not recruiting

Recruiting
Recruiting
Active, not recruiting
Recruiting

Active, not recruiting

Completed
Completed

Completed

AAV2/8-HLP-FVIII-V3

Recombinant AAV2/6 Human Factor VIII,
Hematopoietic Stem Cell Transplantation
Gene Therapy

AskBio009
AAV2/8-HLP-FVIII-V3 (PF-07055480)

YUVA-GT-F801

SPK-8011
PF-06838435 (formerly SPK-9001)
ASC618

BAY2599023 (DTX201)/ Valoctocogene
Roxaparvovec

SPK-8016
SIG-001

BAX 888

SPK-9001
YUVA-GT-F801
SB-525 (PF-07055480)

University College, London
Medical Research Council

Pfizer

Baxalta now part of Shire
Takeda

University College, London
Medical Research Council
Shenzhen Geno-Immune Medical
Institute

Spark Therapeutics

Pfizer

Ultragenyx Pharmaceutical Inc

BioMarin Pharmaceutical

Spark Therapeutics
Sigilon Therapeutics, Inc.

now part of Shire Takeda {Baxalta
Innovations GmbH)

Pfizer

Shenzhen Geno-Immune Medical
Institute

Baxalta now part of Shire | Takeda



I[[lE?ﬁB E‘E?iﬁ’ﬁ@ﬁﬁﬁgﬁﬁﬁ (ClinicalTrials.gov, 2021/6/13)

Baxalta now part of Shire

NCT01687608 Active, not recruiting AskBio009
Takeda
NCT03861273 Recruiting PF-06838435/ fidanacogene elaparvovec Pfizer
Institute of Hematology & Blood Diseases
NCT04135300 Recruiting BBM-H901 Hospital, East China University of Science
and Technology
NCT03961243 Not yet recruiting  YUVA-GT-F901 PG e RS el eE)

Institute

St. Jude Children's Research.

Hospital | National Heart, Lung, and Blood
NCT00979238 Active, not recruiting scAAV2/8-LP1-hFIXco Institute (NHLBI), Hemophilia of Georgia,

Inc. | Children's Hospital of Philadelphia

University College, London

NCT03369444 Recruiting FLT180a University College, London
NCT03569891 . . . .
NCT03489291 Active, not recruiting AAV5-hFIXco-Padua (AMT-061) UniQure Biopharma B.V.
NCT02484092 Completed SPK-9001 Pfizer
NCT02396342 Completed AAV5-hFIX UniQure Biopharma B.V.
NCT00076557 Terminated ﬁ(deno—Assouated Viral with Human Factor Avigen, Stanford University, et al.
NCT02618915 Terminated DTX101 Ultragenyx Pharmaceutical Inc
NCT04394286 Suspended SHP648 SEREL RN L@

Takeda

Spark Therapeutics, Children's Hospital of
Philadelphia, et al.

NCT02695160 Terminated B-FIX Sangamo Therapeutics

NCT01620801 Terminated AAV8-hFIX19
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