PCTRU 2021 /000238

MEPEYEHb MOCNEAOBATE/IbHOCTEWM
<110> 000 "AHABMOH"

<120> KOAOH-ONTUMM3UPOBaAHHAA HYK/AEWHOBAA KUCNOTa, kKoTopasa koaupyeT 6enok SMN1, #
ee npuMeHeHue

<160> 13
<170> BiSSAP 1.3.6

<210> 1

<211> 294

<212> PRT

<213> MpupoaHaa nocnenoBaTe/ibHOCTb

<220>
<223> AMMHOKMCNOTHaA nocnefoBaTeNbHOCTbL Henka SMN1

<400> 1
Met Ala Met Ser Ser Gly Gly Ser Gly Gly Gly val Pro Glu Gln Glu
1 5 10 15
Asp Ser Val Leu Phe Arg Arg Gly Thr Gly Gln Ser Asp Asp Ser Asp
20 25 30
Ile Trp Asp Asp Thr Ala Leu Ile Lys Ala Tyr Asp Lys Ala Val Ala
35 40 45
Ser Phe Lys His Ala Leu Lys Asn Gly Asp Ile Cys Glu Thr Ser Gly
50 55 60
Lys Pro Lys Thr Thr Pro Lys Arg Lys Pro Ala Lys Lys Asn Lys Ser
65 70 75 80
Gln Lys Lys Asn Thr Ala Ala Ser Leu Gln Gln Trp Lys Val Gly Asp
85 90 95
Lys Cys Ser Ala Ile Trp Ser Glu Asp Gly Cys Ile Tyr Pro Ala Thr
100 105 110
Ile Ala Ser Ile Asp Phe Lys Arg Glu Thr Cys Val Vval Val Tyr Thr
115 120 125
Gly Tyr Gly Asn Arg Glu Glu Gln Asn Leu Ser Asp Leu Leu Ser Pro
130 135 149
Ile Cys Glu Val Ala Asn Asn Ile Glu Gln Asn Ala Gln Glu Asn Glu
145 150 155 160
Asn Glu Ser Gln Val Ser Thr Asp Glu Ser Glu Asn Ser Arg Ser Pro
165 170 175
Gly Asn Lys Ser Asp Asn Ile Lys Pro Lys Ser Ala Pro Trp Asn Ser
189 185 190
Phe Leu Pro Pro Pro Pro Pro Met Pro Gly Pro Arg Leu Gly Pro Gly
195 200 205
Lys Pro Gly Leu Lys Phe Asn Gly Pro Pro Pro Pro Pro Pro Pro Pro
210 215 220
Pro Pro His Leu Leu Ser Cys Trp Leu Pro Pro Phe Pro Ser Gly Pro
225 230 235 240
Pro Ile Ile Pro Pro Pro Pro Pro Ile Cys Pro Asp Ser Leu Asp Asp
245 250 255

CtpaHnua 1
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Ala Asp Ala Leu Gly Ser Met Leu Ile Ser Trp Tyr Met Ser Gly Tyr

260

265

270

His Thr Gly Tyr Tyr Met Gly Phe Arg Gln Asn Gln Lys Glu Gly Arg

275

280

Cys Ser His Ser Leu Asn

290

<210> 2

<211> 882
<212> DNA
<213>

220>
<223>

UckyccTBeHHaa nocnefloBaTesIbHOCTb

285

KoTOpaa kopupyeT 6enok SMN1 (SMN1 GeneBeam)

<400> 2
atggccatga

ttcagaagag
aaggcctacg
gagaccagcg
cagaagaaga
atctggagcesg
gagacctgeg
ctgetgagec
aacgagagcc
gacaacatca
cccggececta
cctecctectce
cctatcatcc
ggcagcatgc
agacagaacc
<210> 3
<211> 885

<212> DNA
<213>

gcageggeee
gcaccggcca
acaaggccgt
gcaagcccaa
acaccgccgce
aggacggcetg
tggtggtgta
ccatctgega
aagtgagcac
agcccaagag
gactgggccc
ctectectea
ctcctecccce
tgatcagctg

agaaggagge

cagcggegge ggegtgectg agcaagagga

gagcgacgac
ggccagettc
gaccaccccc
cagcctgcag
catctacccc
caccggctac
ggtggccaac
cgacgagagc
cgcecectgg
tggcaagcct
cctgetgage
ccccatctge
gtacatgagc

ccggtgeage

agcgacatct
aagcacgccc
aagagaaagc
cagtggaagg
gccaccatceg
ggcaacagag
aacatcgagc
gagaacagca
aacagcttcc
ggcctgaagt
tgctggetge
cccgacagcc
ggctaccaca

cacagcctga

NpupoaHas nocnefoBaTeNbHOCTL

CTpaHuua

gggacgacac
tgaagaacgg
ccgccaagaa
tgggcgacaa
ccagcatcga
aggagcagaa
agaacgccca
gaagccccgg
tgccccctcec
tcaacggccc
cccecttecce
tggacgacgc
ccggctacta

ac

KoaoH-onTuMninpoBaHHaa nocnenoBaTenbHOCTbL HyKﬂeMHOBOﬁ KUCANOThI,

cagecgtgetg
cgeccctgatce
cgacatctgc
gaacaagagc
gtgcagcgcc
cttcaagaga
cctgagcegac
agagaacgag
caacaagagc
ccceccctatg
cccceccccct
cagcggccct
cgacgccctg

catgggcttc

60

120

180

249

300

360

420

480

540

600

660

720

780

840

882



<220>

<223> NocneaoBaTeNnbHOCTb HYKNEWHOBOW KUCNOTbl reHa SMN1
(SMN1-WT, SMN1-Wild type)

<400> 3
atggcgatga

ttccggegeg
aaagcatatg
gaaacttcgg
caaaagaaga
atttggtcag
gaaacctgtg
ctactttccc
aatgaaagcc
gataacatca
ccagggccaa
ccgccaccéc
Ccaataattc
ggaagtatgt
agacaaaatc
<210> 4

<211> 2924

<212> DNA
<213>

<220>
<223>

gcagegeces
gcacaggcca
ataaagctgt
gtaaaccaaa
atactgcagc
aagacggttg
ttgtggttta
caatctgtga
aagtttcaac
agcccaaatc
gactgggacc
caccacccca
ccccaccacce
taatttcatg

aaaaagaagg

(nonHaA)

<400> 4

cagtggtggc ggcgtcccgg agcaggagga

gagcgatgat
ggcttcattt
aaccacacct
ttccttacaa
catttaccca
cactggatat
agtagctaat
agatgaaagt
tgctccatgg
aggaaagcca
cttactatca
tcccatatgt
gtacatgagt

aaggtgctca

tctgacattt
aagcatgctc
aaaagaaaac
cagtggaaag
gctaccattg
ggaaatagag
aatatagaac
gagaactcca
aactcttttc
ggtctaaaat
tgctggetge
ccagattctc
ggctatcata

cattccttaa

UcKyccTBeHHaa nocnefoBaTeNnbHOCTb

gggatgatac
taaagaatgg
ctgctaagaa
ttggggacaa
cttcaattga
aggagcaaaa
aaaatgctca
ggtctcctgg
tccctcecacc
tcaatggccc
ctccatttcc
ttgatgatgc
ctggctatta

attaa

PCTRU 20217000238

OMKOro Tuna

ttccgtgetg
agcactgata
tgacatttgt
gaataaaagc
atgttctgcc
ttttaagaga
tctgtccgat
agagaatgaa
aaataaatca
accccccatg
accaccgcca
ttctggacca
tgatgctttg

tatgggtttc

flocnepoBaTenbHOCTL HyKﬂeMHOBOﬁ KUCNOThbi BKCﬂpeCCMOHHOﬁ KacceTbl

cctgcaggca getgegeget cgetegetca ctgaggecge ccgggegteg ggegaccttt

ggtcgeccegg cctcagtgag cgagcgageg cgcagagagg gagtggccaa ctccatcact

CrpaHuua 3

60

120

180

240

300

360

420

480

540

600

660

720

780

840

885

60

120



aggggttcect
ttcatagccc
gaccgcccaa
caatagggac
cagtacatca
ggccegecetg
tctacgtatt
gtggatagcg
gtttgttttg
tgacgcaaat
tgaaccgtca
gggaccgatc
attccccgtg
gctttettet
ttctttcagg
cagtgataat
taaattgtaa
ttctgﬁtttt
tttgctaatc
ctgtgtgetg
gagccaccat
gegtgetgtt
ccctgatcaa
acatctgcga
acaagagcca
gcagcgccat

tcaagagaga

gecggecegeac
atatatggag
cgacccccgce
tttccattga
agtgtatcat
gcattatgcc
agtcatcgct
gtttgactca
gcaccaaaat
ggecggtagg
gatcgecctgg
cagcctccge
ccaagagtga
tttaatatac
gcaataatga
ttctgggtta
ctgatgtaag
attttatggt
atgttcatac
gcccatcact
ggccatgagce
cagaagaggc
ggcctacgac
gaccagcggce
gaagaagaac
ctggagcgag

gacctgegtg

gcgtctagtt
ttccgegtta
ccattgacgt
cgtcaatggg
atgccaagta
cagtacatga
attaccatgg
cggggatttc
caacgggact
cgtgtacggt
agacgccatc
ggattcgaat
cgtaagtacc
ttttttgttt
tacaatgtat
aggcaatagc
aggtttcata
tgggataagg
ctcttatctt
ttggcaaaga
agcggeggcea
accggccaga
aaggeegtgg
aagcccaaga
accgccgeca
gacggctgca

gtggtgtaca

attaatagta
cataacttac
caataatgac
tggagtattt
cgccccectat
ccttatggga
tgatgcggtt
caagtctcca
ttccaaaatg

gggaggtcta

cacgectgttt
cceggeegee
gcctatagag
atcttatttc
catgcctctt
aatatttctg
ttgctaatag
ctggattatt
cctcccacag
attgggattc
gcgecgecee
gcgacgacag
ccagcttcaa
ccacccccaa
gcectgeagea
tctacccege

ccggetacgg
CrpaHunua

atcaattacg
ggtaaatggc
gtatgttccc
acggtaaact
tgacgtcaat
ctttcctact
ttggcagtac
ccccattgac
tcgtaacaac
tataagcaga
tgacctccat
aacggtgcat
tctataggcc
taatactttc
tgcaccattc
catataaata
cagctacaat
ctgagtccaa
ctcctgggea
gaacatcgat
cgtgcctgag
cgacatctgg
gcacgecectg
gagaaagccc
gtggaaggts
caccatcgcc

caacagagag
4
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gggtcattag
ccgecectgget
atagtaacgc
gcccacttgg
gacggtaaat
tggcagtaca
atcaatgggc
gtcaatggga
tccgecccat
gctegtttag
agaagacacc
tggaacgegg
cacaaaaaat
cctaatctct
taaagaataa
tttctgcata
ccagctacca
gctaggecect
acgtgectggt
tgtaattcat
caagaggaca
gacgacaccg
aagaacggcg
gccaagaaga
ggcgacaagt
agcatcgact

gagcagaacc

180

240

300

360

420

480

540

600

660

720

780

840

900

960

1020

1080

1140

1200

12690

1320

1380

1440

1500

1560

1620

1680

1740



tgagcgacct
agaacgagaa
acaagagcga
cccctatgec
ccceccectec
gecggecectcce
acgccctggg
tgggcttcag
tcgacctgea
gtgacccctc
ttgtcctaat
tggestegag
gcgeegtcta
ccgectectg
catgcatgac
tggccagget
tgctgggatt
ccacgtgegg
gegegetcegce

cCgggcegsacc
<210> 5
<211> 736

<212> PRT
<213>

<220>

gctgagccecc
cgagagccaa
caacatcaag
cggccctaga
tcctcctect
tatcatccct
cagcatgctg
acagaaccag
gaagcttgcc
cccagtgect
aaaattaagt
ggeggtggta
ttgggaacca
ggttcaagcg
caggctcagc
ggtctccaac
acaggcgtga
accgagcggce
tcgctcactg

tcagtgagcg

atctgcgagg
gtgagcaccg
cccaagagceg
ctgggeectg
cctcctcacc
cctececcccce

atcagctggt

aaggagggcc
tcgagcagceg
ctcctggecc
tgcatcattt
tggagcaagg
agctggagtg
attctcctgc
taatttttgt
tcctaatctc
accactgctc
cgcaggaacc
aggccgegece

agcgagegeg

tggccaacaa
acgagagcga
cccectggaa
gcaagcctgg
tgctgagcectg
ccatctgecc
acatgagcgg
ggtgcagcca
ctgctcgaga
tggaagttgc
tgtctgacta
ggcaagttgg
cagtggcaca
ctcagcctcc
ttttttggta
aggtgatcta
ccttecectgt
cctagtgatg
accaaaggtc

cagctgectg

NpupoaHan NOCNeAOBaTeNbHOCTb

catcgagcag
gaacagcaga
cagcttcctg
cctgaagttc
ctggectgcecc
cgacagcctg
ctaccacacc
cagcctgaac
gatctacggg
cactccagtg
ggtgtccttce
gaagacaacc
atcttggctc
cgagttgttg
gagacgggsgt
cccaccttgg
ccttctgatt
gagttggcca
gececgacgcec

Cagsg

<223> AMMHOKWCNOTHaA nocnepoBaTenbHOCTL Henka VP1 AAVY

<400> 5

PCTRU 2021/000238

aacgcccaag
agccccggea
cccecteccce
aacggeccecc
cccttcccca
gacgacgccg
ggctactaca
tgatctagag
tggcatccct
cccaccagec
tataatatta
tgtagggect
actgcaatct
ggattccagg
ttcaccatat
cctcccaaat
ttgtaggtaa
ctcecctctet

cgggctttge

Met Ala Ala Asp Gly Tyr Leu Pro Asp Trp Leu Glu Asp Asn Leu Ser

CTpaHuua

5

1800

1860

1920

1980

2040

2100

2160

2220

2280

2340

2400

2460

2520

2580

2640

2700

2760

2820

2880

2924
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Glu Gly Ile Arg Glu Trp Trp Ala Leu Lys Pro Gly Ala Pro Gln Pro
20 25 30
Lys Ala Asn Gln Gln His Gln Asp Asn Ala Arg Gly lLeu Val Leu Pro
35 40 45
Gly Tyr Lys Tyr Leu Gly Pro Gly Asn Gly Leu Asp Lys Gly Glu Pro
50 55 60
Val Asn Ala Ala Asp Ala Ala Ala Leu Glu His Asp Lys Ala Tyr Asp
65 70 75 80
Gln Gln Leu Lys Ala Gly Asp Asn Pro Tyr Leu Lys Tyr Asn His Ala
85 90 95
Asp Ala Glu Phe Gln Glu Arg Leu Lys Glu Asp Thr Ser Phe Gly Gly
100 105 110
Asn Leu Gly Arg Ala Val Phe Gln Ala Lys Lys Arg Leu Leu Glu Pro
115 120 125
Leu Gly Leu Val Glu Glu Ala Ala Lys Thr Ala Pro Gly Lys Lys Arg
130 135 140
Pro Val Glu Gln Ser Pro Gln Glu Pro Asp Ser Ser Ala Gly Ile Gly
145 150 155 160
Lys Ser Gly Ala Gln Pro Ala Lys Lys Arg Leu Asn Phe Gly Gln Thr
165 170 175
Gly Asp Thr Glu Ser Val Pro Asp Pro Gln Pro Ile Gly Glu Pro Pro
189 185 190
Ala Ala Pro Ser Gly Val Gly Ser Leu Thr Met Ala Ser Gly Gly Gly
195 200 205
Ala Pro Val Ala Asp Asn Asn Glu Gly Ala Asp Gly Vval Gly Ser Ser
210 215 220
Ser Gly Asn Trp His Cys Asp Ser Gln Trp Leu Gly Asp Arg Val Ile
225 230 235 240
Thr Thr Ser Thr Arg Thr Trp Ala Leu Pro Thr Tyr Asn Asn His Leu
245 250 255
Tyr Lys Gln Ile Ser Asn Ser Thr Ser Gly Gly Ser Ser Asn Asp Asn
260 265 279
Ala Tyr Phe Gly Tyr Ser Thr Pro Trp Gly Tyr Phe Asp Phe Asn Arg
275 280 285
Phe His Cys His Phe Ser Pro Arg Asp Trp Gln Arg Leu Ile Asn Asn
290 295 300
Asn Trp Gly Phe Arg Pro Lys Arg Leu Asn Phe Lys Leu Phe Asn Ile
305 310 315 320
Gln Val Lys Glu Val Thr Asp Asn Asn Gly Val Lys Thr Ile Ala Asn
325 330 335
Asn Leu Thr Ser Thr Val Gln Val Phe Thr Asp Ser Asp Tyr Gln Leu
340 345 350
Pro Tyr Val Leu Gly Ser Ala His Glu Gly Cys Leu Pro Pro Phe Pro
355 360 365
Ala Asp Val Phe Met Ile Pro Gln Tyr Gly Tyr Leu Thr Leu Asn Asp
370 375 380
Gly Ser Gln Ala Val Gly Arg Ser Ser Phe Tyr Cys Leu Glu Tyr Phe
385 390 395 400
Pro Ser Gln Met Leu Arg Thr Gly Asn Asn Phe Gln Phe Ser Tyr Glu
405 410 415
Phe Glu Asn Val Pro Phe His Ser Ser Tyr Ala His Ser Gln Ser Leu
420 425 430

CTpaHuua 6



Asp
Lys
Val
465
Gly
Asn
Gly
Glu
Lys
545
Thr
Tyr
Thr
Asp
Thr
625
Lys
Asp
Gln
Lys
Tyr

705
Tyr

Arg
Thr
450
Ala
Pro
Asn
Arg
Gly
530
Gln
Asn
Gly
Gly
Arg
610
Asp
His
Pro
Tyr
Glu
690
Tyr

Ser

<210> 6

<211>
<212>
<213>

<220>

<223>

<400> 6
Thr Ala Pro Gly Lys Lys Arg Pro Val Glu Gln Ser Pro Gln Glu Pro

1

Leu
435
Ile
Gly
Ser
Ser
Asn
515
Glu
Gly
Glu
Gln
Trp
595
Asp
Gly
Pro
Pro
Ser
675
Asn

Lys

Glu

599
PRT
NpupogHan

Met
Asn
Pro
Tyr
Glu
500
Ser
Asp
Thr
Glu
val
580
Val
val
Asn
Pro
Thr
660
Thr
Ser

Ser

Pro

Asn
Gly
Ser
Arg
485
Phe
Leu
Arg
Gly
Glu
565
Ala
Gln
Tyr
Phe
Pro
645
Ala
Gly
Lys

Asn

Arg
725

Pro
Ser
Asn
470
Gln
Ala
Met
Phe
Arg
550
Ile
Thr
Asn
Leu
His
630
Gln
Phe
Gln
Arg
Asn

710
Pro

Leu
Gly
455
Met
Gln
Trp
Asn
Phe
535
Asp
Lys
Asn
Gln
Gln
615
Pro
Ile
Asn
Val
Trp
695
val

Ile

Ile
440
Gln
Ala
Arg
Pro
Pro
520
Pro
Asn
Thr
His
Gly
609
Gly
Ser
Leu
Lys
Ser
680
Asn

Glu

Gly

Asp
Asn
Val
Vval
Gly
505
Gly
Leu
Val
Thr
Gln
585
Ile
Pro
Pro
Ile
Asp
665
val
Pro

Phe

Thr

nocnefoBaTeNbHOCTDL

5

Gln
Gln
Gln
Ser
490
Ala
Pro
Ser
Asp
Asn
570
Ser
Leu
Ile
Leu
Lys
650
Lys
Glu
Glu
Ala

Arg
730

10

Tyr
Gln
Gly
475
Thr
Ser
Ala
Gly
Ala
555
Pro
Ala
Pro
Trp
Met
635
Asn
Leu
Ile
Ile
Val

715
Tyr

Leu
Thr
460
Arg
Thr
Ser
Met
Ser
54@
Asp
Val
Gln
Gly
Ala
620
Gly
Thr
Asn
Glu
Gln
700

Asn

Leu

CtpaHuua 7

Tyr
445
Leu
Asn
Val
Trp
Ala
525
Leu
Lys
Ala
Ala
Met
605
Lys
Gly
Pro
Ser
Trp
685
Tyr
Thr

Thr

Tyr
Lys
Tyr
Thr
Ala
510
Ser
Ile
Val
Thr
Gln
590
Val
Ile
Phe
val
Phe
670
Glu
Thr
Glu

Arg

AMUHOKUCNOTHAA NocneaoBaTenbHOCTL benka VP2 AAVY

PCTRU 2021/000238

Leu Ser
Phe Ser

Ile Pro
480

Gln Asn

495

Leu Asn

His Lys
Phe Gly

Met Ile
560

Glu Ser

575

Ala Gln

Trp Gln
Pro His
Gly Met

640
Pro Ala

655
Ile Thr

Leu Gln
Ser Asn
Gly val

720

Asn Leu
735

15
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Asp Ser Ser Ala Gly Ile Gly Lys Ser Gly Ala Gln Pro Ala Lys Lys
20 25 30
Arg Leu Asn Phe Gly Gln Thr Gly Asp Thr Glu Ser Val Pro Asp Pro
35 40 45
Gln Pro Ile Gly Glu Pro Pro Ala Ala Pro Ser Gly Val Gly Ser Leu
50 55 60
Thr Met Ala Ser Gly Gly Gly Ala Pro Val Ala Asp Asn Asn Glu Gly
65 70 75 80
Ala Asp Gly Val Gly Ser Ser Ser Gly Asn Trp His Cys Asp Ser Gln
85 90 95
Trp Leu Gly Asp Arg Val Ile Thr Thr Ser Thr Arg Thr Trp Ala Leu
100 105 110
Pro Thr Tyr Asn Asn His Leu Tyr Lys Gln Ile Ser Asn Ser Thr Ser
115 120 125
Gly Gly Ser Ser Asn Asp Asn Ala Tyr Phe Gly Tyr Ser Thr Pro Trp
130 135 140
Gly Tyr Phe Asp Phe Asn Arg Phe His Cys His Phe Ser Pro Arg Asp
145 150 155 160
Trp Gln Arg Leu Ile Asn Asn Asn Trp Gly Phe Arg Pro Lys Arg Leu
165 170 175
Asn Phe Lys Leu Phe Asn Ile Gln Val Lys Glu Val Thr Asp Asn Asn
180 185 190
Gly val Lys Thr Ile Ala Asn Asn Leu Thr Ser Thr Val Gln Val Phe
195 200 205
Thr Asp Ser Asp Tyr Gln Leu Pro Tyr Val Leu Gly Ser Ala His Glu
210 215 220
Gly Cys Leu Pro Pro Phe Pro Ala Asp Val Phe Met Ile Pro Gln Tyr
225 230 235 249
Gly Tyr Leu Thr Leu Asn Asp Gly Ser Gln Ala Val Gly Arg Ser Ser
245 250 255
Phe Tyr Cys Leu Glu Tyr Phe Pro Ser Gln Met Leu Arg Thr Gly Asn
260 265 270
Asn Phe Gln Phe Ser Tyr Glu Phe Glu Asn Val Pro Phe His Ser Ser
275 280 285
Tyr Ala His Ser Gln Ser Leu Asp Arg Leu Met Asn Pro Leu Ile Asp
290 295 300
Gln Tyr Leu Tyr Tyr Leu Ser Lys Thr Ile Asn Gly Ser Gly Gln Asn
305 310 315 320
Gln Gln Thr Leu Lys Phe Ser Val Ala Gly Pro Ser Asn Met Ala Val
325 330 335
Gln Gly Arg Asn Tyr Ile Pro Gly Pro Ser Tyr Arg Gln Gln Arg val
340 345 350
Ser Thr Thr Val Thr Gln Asn Asn Asn Ser Glu Phe Ala Trp Pro Gly
355 360 365
Ala Ser Ser Trp Ala Leu Asn Gly Arg Asn Ser Leu Met Asn Pro Gly
370 375 380
Pro Ala Met Ala Ser His Lys Glu Gly Glu Asp Arg Phe Phe Pro Leu
385 390 395 400
Ser Gly Ser Leu Ile Phe Gly Lys Gln Gly Thr Gly Arg Asp Asn Val
405 410 415
Asp Ala Asp Lys Val Met Ile Thr Asn Glu Glu Glu Ile Lys Thr Thr
420 425 430
Asn Pro Val Ala Thr Glu Ser Tyr Gly Gln Val Ala Thr Asn His Gin

CTpaHuua 8
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435 440 445
Ser Ala Gln Ala Gln Ala Gln Thr Gly Trp Val Gln Asn Gln Gly Ile
450 455 460
Leu Pro Gly Met Val Trp Gln Asp Arg Asp Val Tyr Leu Gln Gly Pro
465 470 475 480
Ile Trp Ala Lys Ile Pro His Thr Asp Gly Asn Phe His Pro Ser Pro
485 490 495
Leu Met Gly Gly Phe Gly Met Lys His Pro Pro Pro Gln Ile Leu Ile
500 505 510
Lys Asn Thr Pro Val Pro Ala Asp Pro Pro Thr Ala Phe Asn Lys Asp
515 520 525
Lys Leu Asn Ser Phe Ile Thr Gln Tyr Ser Thr Gly Gln Val Ser Val
530 535 540
Glu Ile Glu Trp Glu Leu Gln Lys Glu Asn Ser Lys Arg Trp Asn Pro
545 550 555 560
Glu Ile Gln Tyr Thr Ser Asn Tyr Tyr Lys Ser Asn Asn Val Glu Phe
565 570 575
Ala Val Asn Thr Glu Gly Val Tyr Ser Glu Pro Arg Pro Ile Gly Thr
580 585 590
Arg Tyr Leu Thr Arg Asn Leu
595

<210> 7

<211> 534

<212> PRT

<213> NpupoaHas nocnefoBaTeNnbHOCTH

<220>
<223> AMWHOKUCNOTHAas nocnenoBaTenbHoCcTh 6enka VP3 AAV9

<400> 7

Met Ala Ser Gly Gly Gly Ala Pro Val Ala Asp Asn Asn Glu Gly Ala
1 5 10 15

Asp Gly Val Gly Ser Ser Ser Gly Asn Trp His Cys Asp Ser Gln Trp

20 25 30
Leu Gly Asp Arg Val Ile Thr Thr Ser Thr Arg Thr Trp Ala Leu Pro
35 40 45
Thr Tyr Asn Asn His Leu Tyr Lys Gln Ile Ser Asn Ser Thr Ser Gly
50 55 60
Gly Ser Ser Asn Asp Asn Ala Tyr Phe Gly Tyr Ser Thr Pro Trp Gly
65 70 75 80
Tyr Phe Asp Phe Asn Arg Phe His Cys His Phe Ser Pro Arg Asp Trp
85 90 95
Gln Arg Leu Ile Asn Asn Asn Trp Gly Phe Arg Pro Lys Arg Leu Asn
100 105 110
Phe Lys Leu Phe Asn Ile Gln Vval Lys Glu Val Thr Asp Asn Asn Gly
115 120 125
val Lys Thr Ile Ala Asn Asn Leu Thr Ser Thr val Gln Val Phe Thr
130 135 140

Asp Ser Asp Tyr Gln Leu Pro Tyr Val Leu Gly Ser Ala His Glu Gly
145 150 155 160
Cys Leu Pro Pro Phe Pro Ala Asp Val Phe Met Ile Pro Gln Tyr Gly

CrpaHuua 9
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165 170 175
Tyr Leu Thr Leu Asn Asp Gly Ser Gln Ala Val Gly Arg Ser Ser Phe
180 185 190
Tyr Cys Leu Glu Tyr Phe Pro Ser Gln Met Leu Arg Thr Gly Asn Asn
195 200 205
Phe Gln Phe Ser Tyr Glu Phe Glu Asn Val Pro Phe His Ser Ser Tyr
210 215 220
Ala His Ser Gln Ser Leu Asp Arg Leu Met Asn Pro Leu Ile Asp Gln
225 230 235 240
Tyr Leu Tyr Tyr Leu Ser Lys Thr Ile Asn Gly Ser Gly Gln Asn Gln
245 250 255
Gln Thr Leu Lys Phe Ser Val Ala Gly Pro Ser Asn Met Ala Val Gln
260 265 270
Gly Arg Asn Tyr Ile Pro Gly Pro Ser Tyr Arg Gln Gln Arg Val Ser
275 280 285
Thr Thr Val Thr Gln Asn Asn Asn Ser Glu Phe Ala Trp Pro Gly Ala
290 295 300
Ser Ser Trp Ala Leu Asn Gly Arg Asn Ser Leu Met Asn Pro Gly Pro
305 310 315 320
Ala Met Ala Ser His Lys Glu Gly Glu Asp Arg Phe Phe Pro Leu Ser
325 330 335
Gly Ser Leu Ile Phe Gly Lys Gln Gly Thr Gly Arg Asp Asn Val Asp
340 345 350
Ala Asp Lys Val Met Ile Thr Asn Glu Glu Glu Ile Lys Thr Thr Asn
355 360 365
Pro val Ala Thr Glu Ser Tyr Gly Gln Val Ala Thr Asn His Gln Ser
370 375 380
Ala Gln Ala Gln Ala Gln Thr Gly Trp Val Gln Asn Gln Gly Ile Leu
385 390 395 400
Pro Gly Met Val Trp Gln Asp Arg Asp Val Tyr Leu Gln Gly Pro Ile
405 410 415
Trp Ala Lys Ile Pro His Thr Asp Gly Asn Phe His Pro Ser Pro Leu
420 425 430
Met Gly Gly Phe Gly Met Lys His Pro Pro Pro Gln Ile Leu Ile Lys
435 440 445
Asn Thr Pro Val Pro Ala Asp Pro Pro Thr Ala Phe Asn Lys Asp Lys
450 455 460
Leu Asn Ser Phe Ile Thr Gln Tyr Ser Thr Gly Gln Val Ser Val Glu
465 470 475 480
Ile Glu Trp Glu Leu Gin Lys Glu Asn Ser Lys Arg Trp Asn Pro Glu
485 490 4385
Ile Gln Tyr Thr Ser Asn Tyr Tyr Lys Ser Asn Asn Val Glu Phe Ala
500 505 510
Val Asn Thr Glu Gly Val Tyr Ser Glu Pro Arg Pro Ile Gly Thr Arg
515 520 525
Tyr Leu Thr Arg Asn Leu
530

<210> 8

<211> 130

<212> DNA

<213> MNpupoaHas nocnenoBaTeNnbLHOCTh

CrtpaHuua 10



PCTRU 2021/000238

<220>
<223> Nesuit (nepsbit) ITR (MHBEPTUPOBAHHbLIE KOHLIEBblE MOBTOpbHI)

<400> 8
cctgecaggeca getgegeget cgetegetca ctgaggeecge cecgggegtecg ggegaccttt 60

ggtcgececgg cctcagtgag cgagcgageg cgcagagagg gagtggccaa ctccatcact 120
aggggttcct 130
<210> 9

<211> 304

<212> DNA
<213> NpupofHan nocnefoBaTeNbHOCTH

<220>
<223> CMV (L{MTOMEranoBUPYCHLIA) 3HXaHCep

<400> 9
cgttacataa cttacggtaa atggcccgec tggectgaccg cccaacgacc cccgeccatt 60

gacgtcaata atgacgtatg ttcccatagt aacgccaata gggactttcc attgacgtca 120
atgggtggag tatttacggt aaactgccca cttggcagta catcaagtgt atcatatgcc 180
aagtacgccc cctattgacg tcaatgacgg taaatggccc gcctggcatt atgcccagta 240
catgacctta tgggactttc ctacttggca gtacatctac gtattagtca tcgctattac 300
catg 304
<210> 10

<211> 204

<212> DNA
<213> MpupoaHasa nNocnefoBaTenbHOCTb

<220>
<223> CMV (UuTomeranoBupycCHblii) npomoTep

<400> 10
gtgatgcggt tttggcagta catcaatggg cgtggatagc ggtttgactc acggggattt 60

ccaagtctcc accccattga cgtcaatggg agtttgtttt ggcaccaaaa tcaacgggac 120
tttccaaaat gtcgtaacaa ctccgecccca ttgacgcaaa tgggeggtag gegtgtacgg 180

tgggaggtct atataagcag agct 204

CTpaHuua 11



210>
<211>
<212>
<213>

11
493
DNA

<220>

[lpupoaHaa nocnenoBaTeNbHOCTE

PCTRU 2021/000238

<223> WHTpoH reHa hBGl (Cyb6beanHuua remornobuHa ramma-1)

<400> 11
cgaatcccgg

gtaccgecta
tgtttatctt
tgtatcatgc
atagcaatat
tcatattgct
taaggctgga
atcttectec
aaagaattgg
<216> 12

<211> 479

<212> DNA
<213>

<220>
<223>

cCcgggaacgsg

tagagtctat
atttctaata
ctctttgcac
ttctgecatat
aatagcagct
ttattctgag
cacagctcct

gat

tgcattggaa
aggcccacaa
ctttccctaa
cattctaaag
aaatatttct
acaatccagc

tccaagctag

gegcaacgtg

cgeggattcc
aaaatgcttt
tctetttett
aataacagtg
gcatataaat
taccattctg
gceettttge

ctggtctgtg

MpupoaHaA nocnefoBaTeNbHOCTb

(nonn(A)) ropmoHa pocTa yenoseka)

<400> 12
acgggtggca

cagtgcccac
ccttctataa
caacctgtag
ggctcactge

tgttgggatt

tccctgtgac
cagcettgtc
tattatgggs
ggcetgeges
aatctccgcece

ccaggcatgc

ccctccccag
ctaataaaat
tggagessss
gtctattggg
tcctgggttc

atgaccaggc

tgcectetect
taagttgcat
tggtatggag
aaccaagctg
aagcgattct

tcagctaatt

CTpaHuua

ccgtgeccaag
cttcttttaa
tcagggcaat
ataatttctg
tgtaactgat
cttttatttt
taatcatgtt

tgctggcecca

ggccctggaa
cattttgtct
caaggggcaa
gagtgcagtsg
cctgectcag

tttgtttttt

12

agtgacgtaa
tatacttttt
aatgatacaa
ggttaaggca
gtaagaggtt
atggttggga
catacctctt

tcactttggce

CurHan nonuvagdesunupoBanus hGH1 (curHan nonnMaaeHMNUpPoBaHUA

gttgccactc
gactaggtgt
gttgggaaga
gcacaatctt
cctcccgagt

tggtagagac

60

120

180

240

300

360

420

480

493

69

120

180

240

300

360
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ggggtttcac catattggcc aggetggtct ccaactccta atctcaggtg atctacccac 420
cttggecctec caaattgetg ggattacagg cgtgaaccac tgctccctte cctgtectt 479
<210> 13

<211> 141

<212> DNA

<213> MpupogHaA nocnefoBaTeNbHOCTb
<220>
<223> Mpasbit (8TOopon) ITR

<400> 13
aggaacccct agtgatggag ttggccactec cctctctgeg cgetegetcg ctcactgagg 60

ccgggegacc aaaggtcgec cgacgeccgg getttgeeccg ggeggectca gtgagegage 120

gagcgegeag ctgectgeag g 141

CTpaHuua 13



