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1 :AVIXY LAF FHEENE LT FREHEK
24 ML BAES 5 (5 —3 ") RS

DS06-0004 SEQ ID NO: 476 | AGACGAGGCCUAAGCAACATT 21 nt
SEQ ID NO: 477 | UGUUGCUUAGGCCUCGUCUTT 21 nt
DS06-0031 SEQ ID NO: 478 | UUGUACACUUGGUCAACAUTT 21 nt
SEQ ID NO: 479 | AUGUUGACCAAGUGUACAATT 21 nt
DS06-0067 SEQ ID NO: 480 | CACUGGAGUUCGAGACGAGTT 21 nt
SEQ ID NO: 481 | CUCGUCUCGAAGUCCAGUGTT , 21 nt
DS06-337 SEQ ID NO: 482 | GGUGACAUUUGUGAAACULTT 21 nt
SEQ ID NO: 483 | AAGUUUCACAAAUGUCACCTT 21 nt
dsCon? SEQ ID NO: 484 | ACUACUGAGUGACAGUAGATT 21 nt
SEQ ID NO: 485 | UCUAGCUGUCACUCAGUAGUTT 21 nt

SEQ ID NO: 486
ASO-10-27 Y meUxmeC*meA+meCxmel*meUsmeU+meCrmeA+xmel*me 18 nt

AxmeAsmeU+meGrxmeCrmeUsmeGxmeG
i mGxTA*mCTGmATGmGTCTCTUTATAMGTCmATA*mCxfA
LNP-Re-04M1 | Seu 1D NO-A88 e GamUTUNGFCnUFUNATGRGFCMCFUsmCxFamU | 1 M
SEQ ID NO:496 20 nt
*#fCxmU*fC
. meUxmeC*meA+meC*mel+meUxmeU*meCkmeA+meU+me

LNP-AS0-10-27 | SEQ ID NO:486 AmeAsmelsmeCGomeCmeUme GemeG 18 nt
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TS5A4<7—
DEA ML

Be5 &S

EE5l (5 —3 ")

EPHa X

SMN2FL F
SMN2FL R

SEQ
SEQ

ID NO:
ID NO:

487
489

TCATACTGGCTATTATATGGGTTTT
TGCTCTATGGCAGCATTTCTC

95 bp

SMINAT F
SMINAT7 R

SEQ
SEQ

ID NO:
ID NO:

490
491

GCTATTATATGGAAATGCTGGCATAG
TTGCAGATCTGTCTGATCGTTTCT

73 bp

TBP F
TBP R

SEQ
SEQ

ID NO:
ID NO:

492
493

TGGTCACCCACCAACAATTTAG
TCTGCTCTGACTTTAGCACCTG

139 bp

Thp F
Thp R

SEQ
SEQ

ID NO:
ID NO:

497
498

GCTGTGGAATTGTACCGCAG
CTGCAGCAAATCGCTTGGGA

126 bp
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RTRE—1 (4h5%, RR0O47

w8\ W)

5XxgDNA Eraser/\vy7J7

gDNA Eraser

2RNA (1
J—MDdH20

tg) +tRNase?

a5t
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42°C 5%9MH. 4°CTHRE

7 A)

HE—-2 (475%. RRO 4

|\ )

5 X

PrimeScri

ptiINvIyF—2

PrimeScript

TEREAY I

R

RT 7514 —R&W

RNaseZJlY—MDdH2O0

4

RTRit—1

10

aft

20

37°C

1545, 85°CT5#E. 4°CTRE

gooooaon

10

20

30

40

50



(41)

JP 2023-535832 A 2023.8.21

Ooooad
£4  RT—gPCRREIG
HE(AHS5H,. RR820A) RHE (1)
SYBR Premix E 5
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%5 %8 RT—PCR 7vytA/4HBTS5A4<T—E%
T34R—054 ML | BBIIES g5l (5 ' —3 ") EYT4 X
. . 507 bp
SMN-I4Yv 6 F SEQ ID NO: 494 | CCCCCACCACCTCCCATATG .
SMN-14%v 8 R SEQ ID NO: 495 | CCCTTCTCACAGCTCATAAAATTAC 453 bp
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CL2N L5/113(2010.01)i; A61K 48/00(2006.013i; A61P 2LA0(2006.01)
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Further documents are listed in the continmation of Box C. See patent famnily annex.
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«g= earlier application ot patent but published on or after the international  «%* decument of particular relevance; the claimed invention cannot be
filing date considered novel or cannot be considered to involve an inventive step
“L” document which may throw doubts on priority claim(s) or which is when the document is taken alone
cited o establish the publication date of another citation or other «y» document of partieuler relevance; the claimed invention cannot be
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“Q” document referring to an oral disclosure, use, exhibition or other combined with one or mere other such decuments, such combination
means being obvious to a person skilled in the art
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ihe priority date claimed & decument member of the same patent family
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DANGOULOFF, T.etal. "Clinical Evidence Supporting Early Treatment Of Patients With
Spinal Muscular Atrophy: Current Perspectives.”
Ther Clin Risk Manug., Vol. 15, 02 October 2019 (2019-10-02),

pages 1153-1161

4-5, 18

LI, I.etal. "Clinical research advance of therapeutic strategies for spinal muscular atrophy.”
Chin J Contemp Neurol Neurosurg., Vol. 19, No. 6, 30 May 2019 (2019-05-30),
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(2019-10-17)
the whole document
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the whole document

CN 109475625 A (ANEXON, INC.) 15 March 2019 (201%-03-15}
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1. With repard to any nncleotide and/or amino acid sequence disclosed in the intemational application, the international search was
carried out on the basis of a sequence listing:
a. forming part of the international application as filed:

in the form of an Annex C/8T.25 text file.

D on paper or in the form of an image file.

b. D furnished together with the intemational application under PCT Rule 13zer.1(a} for the purposes of intemnational search
ouly in the form of an Annex C/ST.25 text file,

C. D furnished subsequent to the international filing date for the purposes of international search only:
D in the form of an Annex C/ST.25 text file (Rule 13ter.1(a)).
D on paper or in the form of an image file (Rule 13zer.1(b) and Administrative lnstructions, Section 713).

2. D In addition, in the case that more than one version or copy of a sequence listing has been filed or furnished, the required
staternents that the information in the subsequent or additional copies is identical to that forming part of the application as
filed or does not go beyond the application as filed, as appropriate, were furnished.
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L. Claims Nos.: 1625

composition in preparing of medicines is searched.
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because they relate to subject matter not required to be searched by this Authority, namely:

[1] The inventions set forth in claims 16-25 pertain to methods for treatment of the animal body by
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