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8RR AR 7 (B L) DPBS FO F2 F3
NaC1l (mM) 136.89 | 171.80 | 171.80 171. 80
KC1 (mM) 2. 68 2. 68 2.68 2. 68
Na HPO, (mM) 8. 10 8. 10 8.10 8.10
KH2PO,  (mM) 1. 47 1,47 1.47 1. 47
CaCly (mM) 0. 90 0. 90 0.0 0.0
MgCly (mM) 0. 50 0.50 0.49 1. 40
vakE (% w/v) 0.0 1.00% 1.00% 1. 00%
K o¥fv-188 (% w/v) |[0.0 0.05% 0.05% 0. 05%
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MQIELSTCFFLCLLRFCFSETRRYYLGAVELSWDYMQSDLGELPVDARFPPRVPKSFPF
NTSVVYKKTLFVEFTDHLFNIAKPRPPWMGLLGPTIQAEVYDTVVITLKNMASHPVSLH
AVGVSYWKASEGAEYDDQTSQREKEDDKVFPGGSHTYVWQVLKENGPMASDPLCLTYSY
LSHVDLVKDLNSGLIGALLVCREGSLAKEKTQTLHKFILLFAVFDEGKSWHSETKNSLM
QDRDAASARAWPKMHTVNGYVNRSLPGLIGCHRKSVYWHVIGMGTTPEVHSIFLEGHTF
LVRNHRQASLEISPITFLTAQTLLMDLGOFLLFCHISSHQHDGMEAYVKVDSCPEEPQL
RMKNNEEAEDYDDDLTDSEMDVVRFDDDNSPSFIQIRSVAKKHPKTWVHYTIAAEEEDWD
YAPLVLAPDDRSYKSQYLNNGPQRIGRKYKKVRFMAYTDETFKTREAIQHESGILGPLL
YGEVGDTLLIIFKNQASRPYNIYPHGITDVRPLYSRRLPKGVKHLKDFPILPGEIFKYK
WIVTVEDGPTKSDPRCLTRYYSSFVNMERDLASGLIGPLLICYKESVDQRGNQIMSDKR
NVILFSVFDENRSWYLTENIQRFLPNPAGVQLEDPEFQASNIMHSINGYVFDSLQLSVC
LHEVAYWYILSIGAQTDFLSVFFSGYTFKHKMVYEDTLTLFPFSGETVFMSMENPGLWI
LGCHNSDFRNRGMTALLKVSSCDKNTGDYYEDSYEDISAYLLSKNNATEPRSFSQNPPV
LKRHQREITRTTLOSDQEEIDYDDTISVEMKKEDFDIYDEDENQSPRSFQKKTRHYFTIA
AVERLWDYGMSSSPHVLRNRAQSGSVPQFKKVVFQEFTDGSFTQPLYRGELNEHLGLLG
PYIRAEVEDNIMVTEFRNQASRPYSFYSSLISYEEDQRQGAEPRKNFVKPNETKTY FWKV
QHHMAPTKDEFDCKAWAYFSDVDLEKDVHSGLIGPLLVCHTNTLNPAHGRQVIVQEFAL
FFTIFDETKSWYFTENMERNCRAPCNIQMEDPTFKENYRFHAINGYIMDTLPGLVMAQD
QRIRWYLLSMGSNENIHSIHFSGHVFTVRKKEEYKMALYNLYPGVFETVEMLPSKAGIW
RVECLIGEHLHAGMSTLFLVYSNKCQTPLGMASGHIRDFQITASGQYGOWAPKLARLHY
SGSINAWSTKEPFSWIKVDLLAPMITHGIKTQGARQKESSLYISQFIIMYSLDGKKWQT
YRGNSTGTLMVFFGNVDSSGIKHNIFNPPIIARYIRLHPTHYSIRSTLRMELMGCDLNS
CSMPLGMESKAISDAQITASSYFTNMFATWSPSKARLHLOGRSNAWRPQVNNPKEWLQV
DFQRKTMKVTGVTTQGVKSLLTSMYVKEFLISSSQDGHOWTLFEFQNGKVKVFQGNQDSFT

PVVNSLDPPLLTRYLRIHPQSWVHQIALRMEVLGCEAQDLY (HHFEF 1)
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CTGCGCGCTC

GCTCGCTCAC

TGAGGCCGCC

CGGGCARAGC

CCGGGCGTCG

GGCGACCTTT]

IGGTCGCCCGG

CCTCAGTGAG

CGAGCGAGCG

CGCAGAGAGG

GAGTGGCCARA

CTCCATCACT]

ATATTAACCA
GGTACCGTCT
ARAGGTTCATA
TCAGCAGGTT
ARAAGCCCCT
GTTTAAGTTA
AATCATTTTT
TGCCTGTTGA
AGCTGGGACT
AGAGTGCCCA
GAGTTCACTG
GGCCCCACCA
AGCCACCCTG
GAGTATGATG
AGCCACACCT
TGCCTGACCT
ATTGGGGCCC
CACAAGTTCA
AAGAACAGCC
ACTGTGAATG
GTGTACTGGC
GGCCACACCT
TTCCTGACTG
AGCAGCCACC
CCCCAGCTGA
TCTGAGATGG
TCTGTGGCCA
TGGGACTATG
ARCAATGGCC
GATGAAACCT
CTGTATGGGG
TACAACATCT
AAGGGGGTGA
TGGACTGTGA
TACAGCAGCT
ATCTGCTACA
GTGATCCTGT
AGGTTCCTGC
ATCATGCACA
GAGGTGGCCT
TTCTCTGGCT
TTCTCTGGGG
CACAACTCTG
AAGAACACTG
AAGAACAATG
CAGCGCGAGA
ACCATCTCTG
AGCCCCAGGA
TGGGACTATG
GTGCCCCAGT
CTGTACAGAG
GTGGAGGACA

GCGGCCTAAG
AGATCACCCC
GTCTGCACAT
TTTGTGTAGG
TGGAGTCAGC
TCACCAGGAG
TCGTTAGTTC
TTTTCAGGTT
GATTCTGCTT
ACATGCAGTC
AGAGCTTCCC
ACCACCTGTT
TCCAGGCTGA
TGAGCCTGCA
ACCAGACCAG
ATGTGTGGCA
ACAGCTACCT
TGCTGGTGETG
TCCTGCTGTT
TGATGCAGGA
GCTATGTGAA
ATGTGATTGG
TCCTGGTCAG
CCCAGACCCT
AGCATGATGG
GGATGAAGAA
ATGTGGTGAG
AGARGCACCC
CCCCCCTGGT
CCCAGAGGAT
TCAAGACCAG
AGGTGGGGGA
ACCCCCATGG
AGCACCTGAA
CTGTGGAGGA
TTGTGAACAT
AGGAGTCTGT
TCTCTGTGTT
CCAACCCTGC
GCATCAATGG
ACTGGTACAT
ACACCTTCAA
AGACTGTGTT
ACTTCAGGAA
GGGACTACTA
CCATTGAGCC
TCACCAGGAC
TGGAGATGAA
GCTTCCAGAA
GCATGAGCAG
TCAAGAAGGT
GGGAGCTGAA
ACATCATGGT

CTTGGAACCA
AGTTACCGGA
TTCGTAGAGC
TTACTTATTC
TTGGCAGGGA
AAGCCGTCAC
GTGCACCATT
GGCTAGTATG
CAGCGCCACC
TGACCTGGGG
CTTCAACACC
CAACATTGCC
GGTGTATGAC
TGCTGTGGGG
CCAGAGGGAG
GGTGCTGAAG
GAGCCATGTG
CAGGGAGGGC
TGCTGTGTTT
CAGGGATGCT
CAGGAGCCTG
CATGGGCACC
GAACCACAGG
GCTGATGGAC
CATGGAGGCC
CAATGAGGAG
GTTTGATGAT
CAAGACCTGG
GCTGGCCCCT
TGGCAGGAAG
GGAGGCCATC
CACCCTGCTG
CATCACTGAT
GGACTTCCCC
TGGCCCCACC
GGAGAGGGAC
GGACCAGAGG
TGATGAGAAC
TGGGGTGCAG
CTATGTGTTT
CCTGAGCATT
GCACAAGATG
CATGAGCATG
CAGGGGCATG
TGAGGACAGC
CAGGAGCTTC
CACCCTGCAG
GAAGGAGGAC
GAAGACCAGG
CAGCCCCCAT
GGTGTTCCAG
TGAGCACCTG
GACCTTCAGG

TTGCCACCTT
GGAGCAMACA
GAGTGTTCCG
TCCTTTTGTT
TCAGCAGCCT
ACAGATCCAC
AATGTTTAAT
CAGATCGAGC
AGGAGATACT
GAGCTGCCTG
TCTGTGGTGT
AAGCCCAGGC
ACTGTGGTGA
GTGAGCTACT
AAGGAGGATG
GAGAATGGCC
GACCTGGTGA
AGCCTGGCCA
GATGAGGGCA
GCCTCTGCCA
CCTGGCCTGA
ACCCCTGAGG
CAGGCCAGCC
CTGGGCCAGT
TATGTGAAGS
GCTGAGGACT
GACAACAGCC
GTGCACTACA
GATGACAGGA
TACAAGAAGG
CAGCATGAGT
ATCATCTTCA
GTGAGGCCCC
ATCCTGCCTG
AARGTCTGACC
CTGGCCTCTG
GGCAACCAGA
AGGAGCTGGT
CTGGAGGACC
GACAGCCTGC
GGGGCCCAGA
GTGTATGAGG
GAGAACCCTG
ACTGCCCTGC
TATGAGGACA
AGCCAGAATC
TCTGACCAGG
TTTGACATCT
CACTACTTCA
GTGCTGAGGA
GAGTTCACTG
GGCCTGCTGG
AACCAGGCCA

CAGGGGGAGG
GGGACTAAGT
ATACTCTAAT
GACTAAGTCA
GGGTTGGAAG
AAGCTCCTGA
TACCTGGAGC
TCTCCACCTG
ACCTGGGGGC
TGGATGCCAG
ACAAGAAGAC
CCCCCTGGAT
TCACCCTGAA
GGAAGGCCTC
ACAAGGTGTT
CCATGGCCTC
AGGACCTGAA
AGGAGAAGAC
AGAGCTGGCA
GGGCCTGGCC
TTGGCTGCCA
TGCACAGCAT
TGGAGATCAG
TCCTGCTGTT
TGGACAGCTG
ATGATGATGA
CCAGCTTICAT
TTGCTGCTGA
GCTACAAGAG
TCAGGTTCAT
CTGGCATCCT
AGAACCAGGC
TGTACAGCAG
GGGAGATCTT
CCAGGTGCCT
GCCTGATTGG
TCATGTCTGA
ACCTGACTGA
CTGAGTTCCA
AGCTGTCTGT
CTGACTTICCT
ACACCCTGAC
GCCTGTGGAT
TGAARAGTCTC
TCTCTGCCTA
CACCCGTCCT
AGGAGATTGA
ACGACGAGGA
TTGCTGCTGT
ACAGGGCCCA
ATGGCAGCTT
GCCCCTACAT
GCAGGCCCTA

CTGCTGGTGA
TCACACGCGT
CTCCCTAGGC
ATAATCAGAA
GAGGGGGTAT
AGAGGTAAGG
ACCTGCCTGA
CTTCTTTCTG
TGTGGAGCTG
GTTCCCCCCC
CCTGTTTGTG
GGGCCTGCTG
GAACATGGCC
TGAGGGGGCT
CCCTGGGGGC
TGACCCCCTG
CTCTGGCCTG
CCAGACCCTG
CTCTGRAACC
CAAGATGCAC
CAGGAAGTCT
CTTCCTGGAG
CCCCATCACC
CTGCCACATC
CCCTGAGGAG
CCTGACTGAC
CCAGATCAGG
GGAGGAGGAC
CCAGTACCTG
GGCCTACACT
GGGCCCCCTG
CAGCAGGCCC
GAGGCTGCCC
CAAGTACAAG
GACCAGATAC
CCCCCTGCTG
CAAGAGGAAT
GAACATCCAG
GGCCAGCAAC
GTGCCTGCAT
GTCTGTGTTC
CCTGTTCCCC
TCTGGGCTGC
CAGCTGTGAC
CCTGCTGAGC
TAAGCGCCAT
CTATGATGAC
CGAGAACCAG
GGAGAGGCTG
GTCTGGCTCT
CACCCAGCCC
CAGGGCTGAG
CAGCTTCTAC
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AGCAGCCTGA
GTGAAGCCCA
AAGGATGAGT
GTGCACTCTG
CATGGCAGGC
AAGAGCTGGT
ATGGAGGACC
GACACCCTGC
ATGGGCAGCA
AAGAAGGAGG
GAGATGCTGC
CATGCTGGCA
ATGGCCTCTG
GCCCCCAAGC
CCCTTCAGCT
CAGGGGGCCA
CTGGATGGCA
TTTGGCARATG
AGATACATCA
ATGGGCTGTG
GATGCCCAGA
AAGGCCAGGC
AAGGAGTGGC
GGGGTGAAGA
GATGGCCACC
CAGGACAGCT
AGGATTCACC
GAGGCCCAGG
GTTGGTTTTT

TCAGCTATGA
ATGAAACCAA
TTGACTGCAA
GCCTGATTGG
AGGTGACTGT
ACTTCACTCGA
CCACCTTCAA
CTGGCCTGGT
ATGAGAACAT
AGTACAAGAT
CCAGCAAGGC
TGAGCACCCT
GCCACATCAG
TGGCCAGGCT
GGATCAAGGT
GGCAGAAGTT
AGAAGTGGCA
TGGACAGCTC
GGCTGCACCC
ACCTGAACAG
TCACTGCCAG
TGCATCTGCA
TGCAGGTGGA
GCCTGCTGAC
AGTGGACCCT
TCACCCCTGT
CCCAGAGCTG
ACCTGTACTG
TGTGTGTTTT

(14)

GGAGGACCAG
GACCTACTTC
GGCCTGGGCC
CCCCCTGCTG
GCAGGAGTTT
GAACATGGAG
GGAGAACTAC
GATGGCCCAG
CCACAGCATC
GGCCCTGTAC
TGGCATCTGG
GTTCCTGGTG
GGACTTCCAG
GCACTACTCT
GGACCTGCTG
CAGCAGCCTG
GACCTACAGG
TGGCATCAAG
CACCCACTAC
CTGCAGCATG
CAGCTACTTC
GGGCAGGAGC
CTTCCAGAAG
CAGCATGTAT
GTTCTTCCAG
GGTGAACAGC
GGTGCACCAG
AGGATCCAAT
CCTGTAACGA

AGGCAGGGGG
TGGAAGGTGC
TACTTCTCTG
GTGTGCCACA
GCCCTGTTCT
AGGAACTGCA
AGGTTCCATG
GACCAGAGGA
CACTTCTCTG
AACCTGTACC
AGGGTGGAGT
TACAGCAACA
ATCACTGCCT
GGCAGCATCA
GCCCCCATGA
TACATCAGCC
GGCAACAGCA
CACAACATCT
AGCATCAGGA
CCCCTGGGCA
ACCAACATGT
AATGCCTGGA
ACCATGAAGG
GTGAAGGAGT
ARATGGCAAGG
CTGGACCCCC
ATTGCCCTGA
ARAATATCTT
TCGGGCTCGA

CTGAGCCCAG
AGCACCACAT
ATGTGGACCT
CCAACACCCT
TCACCATCTT
GGGCCCCCTG
CCATCAATGG
TCAGGTGGTA
GCCATGTGTT
CTGGGGTGTT
GCCTGATTGG
AGTGCCAGAC
CTGGCCAGTA
ATGCCTGGAG
TCATCCATGG
AGTTCATCAT
CTGGCACCCT
TCAACCCCCC
GCACCCTGAG
TGGAGAGCAA
TTGCCACCTG
GGCCCCAGGT
TGACTGGGGT
TCCTGATCAG
TGAAGGTGTT
CCCTGCTGAC
GGATGGAGGT
TATTTTCATT

JP 2024-500133 A 2024.1.4

GAAGAACTTI
GGCCCCCACC
GGAGAAGGAT
GAACCCTGCC
TGATGAAACC
CAACATCCAC
CTACATCATC
CCTGCTGAGC
CACTGTGAGE
TGAGACTGTC
GGAGCACCTC
CCCCCTGGGC
TGGCCAGTGC
CACCAAGGAC
CATCAAGACC
CATGTACAGC
GATGGTGTTC
CATCATTGCC
GATGGAGCTC
GGCCATCTCT
GAGCCCCAGC
CAACAACCCC
GACCACCCACG
CAGCAGCCAC
CCAGGGCAAC
CAGATACCTC
GCTGGGCTGT
ACATCTGTGT

GCGCAGGAAC

CCCTAGTGAT

lcGacTTGGCC

ACTCCCTCTC

TGCGCGCTCG

CTCGCTCACT

GAGGCCGCCC

GGGCTTTGCC

lcGeeeeaCT

CAGTGAGCGA

GCGAGCGCGC
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JF AL Bt {LZEX FW BE (mM) BE (g/L)

SB-525 N/A N/A 1. 0E+13 vg/mL | 1.0E+13 vg/mL
E‘“ﬁﬂ BALABACH MgCl. @ 6H.0 203. 30 0. 49 0.10

HAL D) 74 KC1 74.5513 | 2.68 0. 20

) KA YA KH.PO4 136.086 | 1.47 0. 20

v Ci2H5011 342.2965 | 1% (w/v) 10. 00

HALF M A NaCl 58. 44 172 10. 05

# n3v-188 (P188) | (C;H0 @ C.H,0)x | 8350 0.05% (w/v) 0.50

JUEE M)LK Na,HPO, 141.96 8.10 1.15

WFT H,0 18.015 g.s. ~1 nL g.s. ~1 nL
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Ry % e B # B (mM) B ALK H‘iﬁ'zi?
(mg/mL) (mg/N" {TW)
. 1. 0E+13 1. 0E+13 6. 0E+13

SirDEb 1 1 Ak 5 vg/mL vg/mL vg/vial
:J‘/ﬁféj“rwwﬁm% 1 8.10 1.15 6.75
)yl K FER) TN 1,47 0.20 1. 20
HAL T A 2 E Al 172 10. 05 60. 30
BT A 2. 68 0.20 1.20
R A P
K1 0.49 0.10 0.60
VER 3 oL O 5 4 'L 1% (w/v) 10. 00 60. 00
KOLLIphSE (& #te=) S i 1 1 A 0.05% (w/v) |0.50 3. 00
P 188

Qo8 7=
WFI gy q.s.~1 mL q.s.~1 mL (¥ bEo)FE
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< F2 F2 F3 F3
A5y (BAL) Bl Fl (6xiFE) | (xipr) | (6xifr) | (xitF)
NaC1l (mM) 171.8 171.8 171. 8 171.8 171. 8 171.8
KC1 (mM) 2.7 2.7 2.7 2.7 2.7 2.7
NasHPO; (mM) 8.1 8.1 8.1 8.1 8.1 8.1
KH2PO, (mM) 1.5 1.5 1.5 1.5 1.5 1.5
CaCl, (mM) 0.9 0.0 0.0 0.0 0.0 0.0
MgCls (mM) 0.5 0.0 3.0 0.5 8.4 1.4
vafk (% w/v) 1.00% 1.00% 1.00% 1.00% 1.00% 1.00%
# on¥tv-188 (% w/v) 0.05% 0.05% 0.05% 0. 05% 0. 05% 0. 05%
H /) pH 7.1-7.5
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; F2 F3
il e Fo Fl (UxBE) | (IxBE)
CaCl, (mM, tbfa7stq) 1.02 0.07 0.09 0.1
MgCl, (mM, ftbfaT7ytA) 0.29 -0.04 0.38 0.9
Vg i{li (vg/ml, gPCR) 1. 54E+13 | 1. 7T7E+13 | 1.91E+13 ;ff;
Br 7 ## 8E (p/mL, MADLS) 7.79E+12 | 6.38E+12 | 7.30E+12 | 8.23E+12

*MADLS : £ 4 JE B /9 ¢ ik EL ik
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ooooao
dra’ Y- o E R B E
(e SR, AR Eﬁﬁﬁ
pH w22 8 E
E)v-t" = E AR DLS
% Oy W DLS
5 s T)v-770Vay DLS
HE HMWS777vav DLS
HMWS 773y SE-LC 10
257"y % AEX-LC
LR YKl qPCR
T e ) Al TCIDso
e 1o/ TC 1Dl i
AN - 353 ELISA
B SE-LC
®) v pE MADLS
oooooao
oooao 20
0000000000000 00000D0000000000D0D00DD0D0OO0ooOoOoan
0000000000000 00D0DO0D0DD0DO0O0D0DO0O0DO0DO0ODDOoODOO
00000000 pO0000D0O0O0DODO0OODOO0OO0OOOODOOD
ooooao
1A FO F1 F2 F3
8L (G ¥/ K0 o &k ok =
pH 7.3 7.3 7.2 7.2
)=t =) ) ¥R (nm) 29.7 33.0 33.6 33. 4
% 5y % 0.07 0.12 0.14 0.12 30
% ®/<-, DLS 100. 0% 100. 0% 100. 0% 100. 0%
% HMWS, DLS 0.00% 0.00% 0.00% 0. 00%
% HMWS, SE-LC 0. 2% 0.5% 0. 5% 0. 4%
27 YN % 89. 2% 89. 1% 89. 3% 89. 1%
00000000 pgO0000D0DO0OO0DOO0OO0OD0OO0OO0ODO
ooooao
A FO F1 F2 F3
Vg /1fli (vg/mL) 7.9E+12 | 8. 3E+12 9.4E+12 7. 7E+12
J&Ys F3{fi (TCIDso/mL) 9.3E+09 | 9. 3E+09 1. 1E+10 1. 1IE+09 40
VG/TCIDso 1200 1100 1100 8400
7w Al (h7 v h s /ml) 5.0E+12 |5.5E+12 5.2E+12 6. TE+12
T)v-JHE . SE-LC (R T /mL) 9.9E+12 | 9.5E+12 9. 9E+12 9. TE+12
£)e- FE . MADLS (HiF/mL) 7.8E+12 | 6.4E+12 7.3E+12 8. 2E+12
ooooogo
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