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[0192]

[0193]

[0194]

[0195]

[0196]

[0197]

¥ 2. A¥HA Sy

s==4

ZY s Adg

33 g (5'94 3") A
H3

huMSTN F.A GAAMAAAGATTATATTGATTTTAAAATCATGCAAAAACTGCAACTCTGTGTT 1
mulSTN25-104 CATACATTTGCAGTTTTTGCATCAT 2
mulSTN25-183 TCATTTTTAAAAATCAGCACAATCTT 3
mulSTN25-194 CAGTTTTTGCATCATTTTTAAAAATC 4
Exond4-A GATCTGTCAAATCGCCTGCAGGTAA 5
Exond4-B AAACTGTTCAGCTTCTGTTAGCCAC 6
Exondd-C TTGIGTCTTTCTGAGAAACTGTTCA 7
Exond5-A CTGACAACAGTTTGCCGCTGCCCAA 8
Exond5-B CCAATGCCATCCTGGAGTTCCTGTAA 9
Exond5-C CATTCAATGTTCTGACAACAGTTTGCCGCT 10
Fxon50-A CTTACAGGCTCCAATAGTGGTCAGT 11
Exon50-B CCACTCAGAGCTCAGATCTTCTAACTTCC 12
Fxon50-C GGGATCCAGTATACTTACAGGCTCC 13
ExonS1-A ACATCAAGGAAGATGGCATTTCTAGTTTGG 14
Fxon51-B CTCCAACATCAAGGAAGATGGCATTTCTAG 15
Exon51-C GAGCAGGTACCTCCAACATCAAGGAA 16
Fxon53-A CTGAAGGTGTTCTTGTACTTCATCC 17
Exon53-B TGTTCTTGTACTTCATCCCACTGATTCTGA 18
SUN2-A CTTTCATAATGCTGGCAG 19
SUN2-B CATAATGCTGGCAG 20
SIN2-C GCTGGCAG 21
CAG 9mer CAG CAG CAG 22
CAG 12mer CAG CAG CAG CAG 22
CAG 15mer CAG CAG CAG CAG CAG 24
CAG 18mer CAG CAG CAG CAG CAG CAG 2%
AGC 9mer AGC AGC AGC %
AGC 12mer AGC AGC AGC AGC 27
AGC 15mer AGC AGC AGC AGC AGC 28
AGC 18mer AGC AGC AGC AGC AGC AGC 29
GCA 9mer GCA GCA GCA 30
GCA 12mer GCA GCA GCA GCA 31
GCA 15mer GCA GCA GCA GCA GCA 22
GCA 18mer GCA GCA GCA GCA GCA GCA 33

| AGC 25mer AGC AGC AGC AGC AGC AGC AGC AGC A 34
CAG 25mer CAG CAG CAG CAG CAG CAG CAG CAG C 35
CAGG 9mer CAG GCA GGC 36
CAGG 12mer CAG GCA GGC AGG 37
CAGG 24mer CAG GCA GGC AGG CAG GCA GGC AGG 38
23D GGCCAAACCTCGGCTTACCTGAAAT 39

A) }\‘I g{ﬂ
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A E(500 mL) Foll &3fstey. 2 Ao W] Lennarz and HR Snyder, Journal of the American Chemical
Society (1960), 82, 21729 HIHo] oJ&l A =% EDC (4 mg, 24 mmol) Z N-SA|H-5-olu| =B 2T Eglo] =
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L) 2 FTh AAEQ R 28 B (6ul) F 45% otAMEVEZ=R £ gt PMO-BA FES A=
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392 3 (3'-REl7], 30 mg, 4.8 mmol)E W=FR A2012/0065169% 0] 7] wpe} o] Azslar Ao A
E-(500 mL)ell g3f3tt}. ¥ WMo W Lennarz and HR Snyder, Journal of the American Chemical Society
(1960), 82, 2172¢] el ols A|z=¥ EDC (4 mg, 24 mmol) ¥ N-HA|d-5-oln| =B 2T Eelo]|= (6 ng,
24 mmol)E 718ty Whg EFES A20A 18 AIZF FoF wWHAIZIY, WES S LC-MS (ESDHE ZYH
Ela=
SuAlel, =(1.5 m)& Whe EgEol H7ksta o A& SPE ZH (2 em) ol Fahdh. S =(3
2 Ak, APEQ] SFFEAE = (6 nL)F] 45% PHEUELZ &t PNO-BA SFES

< UV 38t dx Zﬂgi TR, AHES FAAF o BTt ¢ 2 FUAdS MALDI-MS, LC-MS
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(500 mL) ZFol g3t & Ué‘ﬂ*ﬁoﬂ WJ Lennarz and HR Snyder, Journal of the American Chemical Society
(1960), 82, 2172/] Who] ols] A|Z% EDC (4 mg, 24 mmol) E N-HA|d-5-oln| =B 2 - T EFg}o] = (6 mg, 24
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2 gk AHEQ 3FEE 62 =6 nl) Tol 45% otHMEYEZZ &3}, PMO-BAE 3Histes 28-S W %
st WE Sgow FHdY. AYES FEAAEXR FEdt. &= ¥ 5YAd-2 MALDI-MS, LC-MS (ESI) ¥ HPLC
(C-18 2/EE AR 574

\_/

3 -REEFE 3 -k HEA HiEo] Qoo AXgE AFS vl Qe naE 4 g (dE £,
Egd).

2012 3€ 2097 9% vH7IESHEY A61/613,3855 2] 7e&o] B WAAMA 1 AiEe] Fuw g
=

710 Zlsd g AAFE e ddstel 3o AAFEHE Al F Ak B WA d8Ha g/Ee
=9 dolg AEC UdE na5s, nIEEYTR, vI5EY, 95535, I5sEY 2 5 ¥
HiE o]5e] Hio] & WAAA Faux xgtech AAFEH e SHES Fdad ud tgdd 53, =9 4
THES o]&3te] MFFoRN Frto] thE HAAPHE AT 5 vk e S Fxste] AP



10-2079284

s==4

AlM 7l 54 AANGH=

opu =,

SRR

3

= Row

A 8+E

5H4TUNE

5547y

=t}
=

rg Al A

i

4 3tel

3

nl

]2 et

3]

HOoZ A

T

. webd SsATEAE 2

t:i_]_—

of

_40_



EH2
x
x B
b\[ﬂ/
l'/ \\
o -
& }—; 3
\i o
LS (=] =3
. D I e
e\—} g 4-«?«0
o
& ':?h*\"zuéé-o 5y
), o) /...L.../ 5 %/
5 Z-a-0 P
Qe i zz
E mea-O :
S dle o
/N 2
o Q
/
= -
/\/ A i
o s
ko) u—-—\:u:://—m\
— 5 k3
o \
)
&
8.°
7N
a -
~ }'"\
= )’\ g~ w
o < /z~<Twa
}.._. O et
5-} zw%’»o PN
. o QRO 3
e] W\zmg*cﬁ /J\
/
= G{O Ny
/’Z\
2 oz
LN
7N
& -
A b
z g ;-{Fd
. P g
EN Q oo
oy B gt |
S o eded &
o a1 (
f  =-i-0 AN \rj
N § o] a

EEE

<110> Sarepta Therapeutics, Inc.

<120> BORONIC ACID CONJUGATES OF OLIGONUCLEOTIDE ANALOGUES
<130> IPA141007-US

<150> US 61/613,385

<151> 2012-03-20

<160> 40

<170> KopatentIn 2.0

<210> 1

_41_

SS90l 10-2079284



<211> 52

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 1

gaaaaaagat tatattgatt ttaaaatcat gcaaaaactg caactctgtg tt
<210> 2

<211> 25

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide

<400> 2

catacatttg cagtttttgc atcat

<210> 3

<211> 26

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 3

tcatttttaa aaatcagcac aatctt

<210> 4

<211> 26

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 4

cagtttttgc atcattttta aaaatc

<210> 5

<211> 25

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide

<400> 5
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gatctgtcaa atcgcctgeca ggtaa
<210> 6

<211> 25

<212> DNA

<213> Artificial Sequence
<220><223> Morpholino Sequence
<400> 6

aaactgttca gcttctgtta geccac
<210> 7

<211> 25

<212> DNA

<213> Artificial Sequence
<220><223> Morpholino Oligonucleotide
<400> 7

ttgtgtcttt ctgagaaact gttca
<210

> 8

<211> 25

<212> DNA

<213> Artificial Sequence
<220><223> Morpholino Oligonucleotide
<400> 8

ctgacaacag tttgccgcetg cccaa
<210> 9

<211> 26

<212> DNA

<213> Artificial Sequence
<220><223> Morpholino Oligonucleotide
<400> 9

ccaatgccat cctggagttc ctgtaa
<210> 10

<211> 30

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide

on
Ju
Ji
Qi

25

25

25

25

26
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<400> 10

cattcaatgt tctgacaaca gtttgccgct

<210> 11

<211> 25

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 11

cttacaggct ccaatagtgg tcagt

<210> 12

<211> 29

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Olignucleotide

<400> 12

ccactcagag ctcagatctt ctaacttcc

<210> 13

<211> 25

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 13

gggatccagt atacttacag gctcc

<210> 14

<211> 30

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 14

acatcaagga agatggcatt tctagtttgg
<210> 15

<211> 30

<212> DNA

oin
1]
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30
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<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 15

ctccaacatc aaggaagatg gcatttctag
<210> 16

<211> 26

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 16

gagcaggtac ctccaacatc aaggaa

<210> 17

<211> 25

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 17

ctgaaggtgt tcttgtactt catcc

<210> 18

<211> 30

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 18

tgttcttgta cttcatccca ctgattctga
<210> 19

<211> 18

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 19

ctttcataat gctggcag

<210> 20

oin
1]
Jm
el

30

26

25

30

18
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<211> 14

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 20

cataatgctg gcag

<210> 21

<211> 8

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 21

gctggeag

<210> 22

<211> 9

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 22

cagcagcag

<210> 23

<211> 12

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 23

cagcagcagc ag

<210> 24

<211> 15

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 24

cagcagcagc agcag

on
Ju
Jin
Qi

14

12

15
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<210> 25

<211> 18

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 25

cagcagcagc agcagcag

<210> 26

<211> 9

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 26

agcagcagc

<210> 27

<211> 12

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 27

agcagcagca gc

<210> 28

<211> 15

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 28

agcagcagca gcagc

<210> 29

<211> 18

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide

on
Ju
Jin
Qi

18

12

15
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<400> 29

agcagcagca gcageage

<210> 30

<211> 9

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 30

gcagcagca

<210> 31

<211> 12

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 31

gcagcageag ca

<210> 32

<211> 15

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 32

gcagcagcag cagca

<210> 33

<211> 18

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 33

gcagcagcag cagcagea

<210> 34

<211> 25

<212> DNA

<213> Artificial Sequence

on
Ju
Jin
Qi

18

12

15

18

_48_

10-2079284



<220><223> Morpholino Oligonucleotide
<400> 34

agcagcagca gcagcagcag cagca

<210> 35

<211> 25

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 35

cagcagcagc agcagcagca gcage

<210> 36

<211> 9

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 36

caggcaggc

<210> 37

<211> 12

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 37

caggcaggca g8

<210> 38

<211> 24

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 38

Caggcaggca ggcaggeagg cagg

<210> 39

<211> 25

_49_

on
Ju
Jin
Qi

25

25

12

24

10-2079284



<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 39

ggccaaacct cggcttacct gaaat

<210> 40

<211> 18

<212> DNA

<213> Artificial Sequence

<220><223> Morpholino Oligonucleotide
<400> 40

gctattacct taacccag

_50_
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