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Pre-coupling Treatment Coupling Cycle Post-Coupling
Cycle Treatment
No.: 1 2 3. . 4 . 1 2
Subunit 30% CYTFA Neutrah:zatlon DCM | Quantity RT- DCM 30%
(SU) TFE/DCM | Solution? Solution Wash SU (g) Coupling | Wash | TFE/DCM
Wash NEM (L) Time Wash
DMI (L) (Hrs.)
1:C 5.5L a) 5,5L 3x5.5L 5.5L | 584g; 195 5 5.5L 2x5.5L
b) 5.5L, ml NEM;
122ml 3.2L DMI
2:A 7.0L a) 7L 3x7L 2X'7TL 592.2¢ 4.25 7L 2x7L
b) 7L, and 195ml
158ml NEM
3.2L DMI
3:A 8L a) 8L 3x8L 2X8L. 592.2¢g; 425 SL 2x8L
b) 8L, 195ml
182ml NEM,;
3.4L DMI
4:T oL a) 9L 3x9L 2X9L. 514.2g; 4.25 oL 2xX9L
b) 9L, 195ml
206ml NEM;
3.6L DMI
5:G 9.5L a) 9.5L 3x9.5L 2x9.5L | 755.5g; 4.25 9.5L 2x9.5L
b) 9.5L, 195ml
220ml NEM;
3.4L DMI
6:C 10L a) 10L 3x10L 2x10L | 584.4g; 4.25 10L 2x10L
b) 10L, 195ml
232ml NEM;
3.45L
DMI
7.C 11L a) 11L 3x11L 2x11L | 584.5g; 4.25 11L 2x11L
b) 11L, 195ml
256ml NEM;
3.57L
DMI
8:A 11L a)11L 3x11L 2x11L | 592.5g; 4,25 11L 2x11L
b) 11L, 195ml
256ml NEM;
3.64L
DMI
O:T 11.5L a) 11.5L 3x11.5L 2X 514.5g; 4.25 11.5L | 2x11.5L
b) 11.5L 11.5L 195ml
268ml NEM;
Figure 17

' ml indicates the amount of 1:1 NEM/DCM
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Pre-coupling Treatment Coupling Cycle Post-Coupling
Cyel Treatment
No.- 1 p) 3 4 1 2
Subunit 30% CYTFA Neutrali:.zation DCM | Quantity RT' DCM 30%
(SU) TFE/DCM | Solution’ Solution Wash SU(g) | Coupling | Wash | TFE/DCM
Wash NEM (L) Time Wash
DMI (L) (Hrs.)
3.72L
DMI
10:C 121 a) 12L 3x12L 2x12L. | 338.5g; 4.25 121 2x12L
b) 12L, 195ml
280ml NEM;
3.96L.
DMI
11:C 13.5L a) 13.5L 3x13.5L 2X 770.4¢g; 425 13.5L | 2x13.5L
b) 13.5L, 13.5L 253ml
204ml NEM;
4.02L
DMI
12:T 13.5L a) 13.5L 3x13.5L 2X 668.7¢; 425 13.5L | 2x13.5L
b) 13.5L, 13.5L 253ml
204ml NEM;
4.02L
DMI
13:DPG 14L a) 14L 3x14L 2x14L | 982.3g; 4.25 14L 2x14L
b) 14L, 253ml
216ml NEM;
4.02L
DMI
14:DPG 14.5L a) 14.5L 3x14.5L 2X 082.3g; 4.25 14.5L | 2x14.5L
b) 14.5L. 14.5L 2533ml
228ml NEM;
4. 1L DMI
15:A 15.5L a) 15.5L 3x15.5L 2X 770.1g; 4.25 15.5L | 2x15.5L
b) 15.5L, 15.5L 253ml
254ml NEM;
4.26L
DMI
16:DPG 15.5L a) 15.5L 3x15.5L 2X 982.4¢; 4.25 15.5L | 2x15.5L
b) 15.5L, 15.5L 253ml
254ml NEM;
4.26L
DMI
17:T 16L a) 16L 3x16L 2x16L | 549.6g; 4.75 16L 2x16L
b) 16L, 253ml
366ml NEM;

Figure 17 (continued)
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Pre-coupling Treatment Coupling Cycle Post-Coupling
Cyel Treatment
No.- 1 p) 3 4 1 2
Subunit 30% CYTFA Neutrali:.zation DCM | Quantity RT' DCM 30%
(SU) TFE/DCM | Solution’ Solution Wash SU(g) | Coupling | Wash | TFE/DCM
Wash NEM (L) Time Wash
DMI (L) (Hrs.)
4 4L DMI
18:T 16.5L a) 16.5L 3x16.5L 2X 630.7g; 4.25 16.5L | 2x16.5L
b) 16.5L., 16.5L 253ml
378ml NEM;
4 4L DMI
19:C 16.5L a) 16.5L 3x16.5L 2X 770.4¢; 4.25 16.5L | 2x16.5L
b) 16.5L, 16.5L 253ml
378ml NEM;
4.57L
DMI
20:C 17L a) 17L 3x17L 2x17L | 770.4g; 4.75 17L 2x17L
b) 17L, 253ml
390ml NEM;
4.57L
DMI
21:T 17L a) 17L 3x17L 2x17L | 776.4¢g; 4.25 17L 2x17L
b) 17L, 311ml
390ml NEM;
4.72L
DMI
22:DPG 17.5L a) 17.5L 3x17.5L 2X 1208.7g; 4.75 17.5L | 2x17.5L
b) 17.5L, 17.5L 311ml
402ml NEM;
4.72L
DMI

Figure 17 (continued)




WO 2018/118627 PCT/US2017/066351

A
H

l--ll"
5
A

v

+

i
=gt g

ot Pl
Pl o o iy

..‘f F -
‘.*l'"":;l:!’;'
o~
7

-

+
-

e
A
f K

']
[

' o
o

T T
1+ 45 A

L P L Ll
Tttt T ww ot
r 1 P

LR | oo
+ .t T r T

[ L N B
¥ v+ Frroroa
r -

inin

L] T
L R N N L
- T
= 2 4 v 1 + 4
L
T+ T 4 + 1

-
= u ¥+ bk

Heart

LR |
r r AT rww
+ + + ¥+ + +
LA B I I B |
T 11 1T T 1+ 01 -
v + v r + ¥ L]
LR N -
= T 4 T
Ll

Dystrophin

L |
IFI LI N

' E A

Figure 18

inin

Diaphragm
Lami

L .,I-"-f'i Fa
+ .

Dystrophin




PCT/US2017/066351

WO 2018/118627

24/25

[ L L L N
* F FFFEET
+ F F FFEFF
L L L N
+ ¥ + F F 5 ¥
* F ¥ FEFEFT
L N
* F FFFEET

+ FFFEEF
L L N N N

+ FFFEEF
* F ¥ FEFEFT

L N
* F FFFEET

+ FFFEEF
L L N N N

+ FFFEEF
* F ¥ FEFEFT

L N
* F FFFEET
+ ¥ + F F 5P
L L L N
+ FFFEEF
* F ¥ FEFEFT
L N
* F FFFEET

L L N
£ F F F 4P
* F ¥ FEFEFT
L N
+ F PP EPEF
* F £ F 4L
L L N

+ FFFEEF
L N
* F FFFEET

* F £ F 4L
L L N
+ F F 5 ¥
* F ¥ FEFEFT
L N
* F FFFEET
+ FFFEEF
L L N N N
+ FFFEEF
* F ¥ FEFEFT
L N
* F FFFEET
+ FFFEEF
L L N N N
+ FFFEEF
* F ¥ FEFEFT
L N
+ F PP EPEF

* F ¥ FEFEFT
L N
* F FFFEET
+ F F 5P

L L N

+ FFFEEF
+ FFFEEF
L N
* F ¥ FEFEFT
+ F F L FFP
+ 4+ FFFFrT
+ FFFEEF
* F ¥ FEFEFT
L N
+ F PP EPEF
+ FFFEEF
L L N

+ F F 5 ¥

* F ¥ FEFEFT
L N
+ F PP EPEF
* F £ F 4L
LR

+ ¥ #

-
-

-
-

-
-

-

-
-

-

-

-

-

-

-

-

-

-

-

-
-

-

-

-

-

-

-

-

-

L
+ ¥ 5

T 24n3I4

LI B A

uid

Oe

%S

®

ot UO




O 2018/118627

Figure 20

P

ok kb

25/25

ok kb

[ [

[

+ o & F F F F F F
L
*
[

(I T T T T T T S T O T T RO R R O R R T R RO I T RO T I T T T TR RO S T R R R R R B I B B | o [
LB BE N L BE BE B R D DR R DR DR DR BE DR DR DR DR B DR B DR DR B B UE B B R BE N R BE B R BN N NN B B R B B N B B N B B BN
Ll

LI I | LR IR I DR DR DL DR DR DR DR DR O DR DR DR DR DR D DR DR BN BN LI IR I IR IR DL IR L DR IR D DR D DR DR DR DR D DR D DN B BN
Ll

LI I I I I I I I I RN R RN
1

L BE B B B BE DR BE D DR DR DR DR DR BE DR DR DE B RE DR DR DE DR B B U DL D DR B B NE BE B UE B N U B I BE B B B B B R B B B
LU UL UL B B B B IR BN LI IR LR UL B B BRI LI IR
- - - - - -

LOE L UE BE BE BE U JE UE BN ) iii LU B BE B B BN iii - iii LU B IR B B BN iii - iii LR L UL B DR DR B B BN iii
LI R B BE BE BE D BE DE DR DR L B DR DR BE DR BE DR DR DR B BE DR B DR DR B DR UE BE B R BE B NE BE B N BE B B BE B B B B B
- - - - - -

- - - - - -

-
-
-
-
-
-
-
-
-
-
-
-
-

*
*
[ B B
o+ o+ & &
*

- -
- -
L] L]

[ B B

-
-
L]

[ B B
o+ o+ & &

-
-
L]

[ B B
* o F

- -
- -
L] L]

[
L
L
o b
* o F
* o F
o
* o+ &
* o+ &
* o+ &
o b
* o F
* o F
L B
* o+ &

[ B B
* o+ &

[ B B

*
[
*
[
[
*
= o+ o+ & &
*
[

= o+ o+ & &
*
[

o+ o+ & &
o+ o+ & &
= o+ o+ & &
o+ o+ & &
o+ o+ & &

L
*

LI I
4 4 4

[

L
[ ]

= o+ F
[

= o+ F
(B B
= o+ F
(B B

LR IR I DR DR DL DR DR DR DR DR O DR DR DR DR DR D DR DR BN BN LI IR I IR IR DL IR L DR IR D DR D DR DR DR DR D DR D DN B BN
+ F F FF ok FF o F A FFFEFFEFEF R FEE R FE R+

& o o F F F
o o F F F F
[ B B N N N
& o o F F F
o o F F F F
o o
& o o F F F
o o F F F F

[

*
& o o F F F
o o F F F F
[ B B N N N
& o o F F F
o o F F F F

[

*

*

*

L B B
*
*

L

L B
*
L B B
L B
+
L B B
*
L I
*
L I
*
*

L

L B
*
L B
*
L B B
L B
*
L B B
*
L I
L B B
*
L I

LI - = . = " T " "ETRT WA - = UL UL DL B B B B B BN L B B B BN - = - = LR UL B B B BN - = - = L B B B BN = = 4
[ I B T IO B BOE IO UL IO DL B B B D N B B B I DO B DL DO B L DL O DL B N B L B B DL N B B N B DL B DL B B L B T DL DO DAL IOE B AL IO DO DL IO AL DO DOE DO AL B B B DL B N B B B 1

L L BE BE BN )
(R I DL DR DL DR D DL DR DR DR DR O DR BN I |
- 4 4 4 4 ok 4 4 4 o4

LI I I NN RN RN EREEEREREEEREEREEREENEEEREEEEENRIEEENEIEINENESE SRR
4 4 4 4 d hhd o h o dh o h o hh A 4 4 b oh A oA LI I B RO I IO B IO DO BN DR BN ) 4 & 4 & 4 4 b h Ao - 4

-
[ I B I I I I I I I I I N RN R EREE RN I

LI

[ L B T IO O O I BOL B L B B I D B N B B I B B I B B B B N B B N N N N N L N N B N N B B N B B N B I N B N I B N I DA L IO DAL DAL IO DO O B DL B B B B B B B 1

- LI B N B B N - h h koA
liiiiiiiiiiiiiiiii

L B N N N N N N N N N N N N N N N N N N N N N B N N N B L B N N B N R N UL N N N N N N N B N N N N B B B
LI I I NN RN RN EREEEREREEEREEREEREENEEEREEEEENRIEEENEIEINENESE SRR

- LI T B I B B I I N B B N B N B N B N B B B L B N N I N N N B N N B N N B N N N N B B B LI I T B IO RO B IO DL B Db DL BOL IR DAL BN IOR DO BN BOL DO RO BN 1
[ I B I I I I I I I I I N RN R EREE RN I
LI IR IR DL IR L R L DR I B IR DR DR DR DR D DR D D O B O LR IR I DR DR DL DR DR DR DR DR O DR DR DR DR DR D DR DR BN BN LI IR I IR IR DL IR L DR IR D DR D DR DR DR DR D DR D DN B BN
[ I B T IO B BOE IO UL IO DL B B B D N B B B I DO B DL DO B L DL O DL B N B L B B DL N B B N B DL B DL B B L B T DL DO DAL IOE B AL IO DO DL IO AL DO DOE DO AL B B B DL B N B B B 1

LI I - LI LI IR LI I
(R I DL DR DL DR D DL DR DR DR DR O DR BN I |

LI I LU UL B B BE BRI - L B UK BE BN ) - L L UL BE B BE BRI L B UK BE BN ) - L B UK BE BN ) - LI IR
LI I I NN RN RN EREEEREREEEREEREEREENEEEREEEEENRIEEENEIEINENESE SRR

L B B B B N N N B B A B N R N I B A B N B A B B N R N N R N N N N N N N N N R B ]

LI I N N N R R R R R R R EREEREEEEEEENEEEEEENREIENREIEINRIENEENRENREE N
L DR B B R BE B DR DR B DR DR DR D BE DR DR DR BE B R B DR DR BN B DR DR D NE BE B DR NN B R BE N N BE B R BE B B |
L U B N L B U B ) - - - - - - "
LI IR B DL B D DR DL DL DR I D D D DR D IR DR R IR | LI IR I IR IR DL IR L DR IR D DR D DR DR DR DR D DR D DN B BN
L N N N N N N N N N N U N B N N N N N N N N N N N B N I N N N N N N N N N N N N N N N B N
LI I I I I I I I N R R R R RN
LI I N N N R R R R R R R EREEREEEEEEENEEEEEENREIENREIEINRIENEENRENREE N
L DR B B R BE B DR DR B DR DR DR D BE DR DR DR BE B R B DR DR BN B DR DR D NE BE B DR NN B R BE N N BE B R BE B B |
LI I N I I I R R R R RN
LI I I I N RN E R R EREREEREEREREERENEENREENRENEEEEIEIEIENENEEINEEENSE N
L N N N N N N N N N N U N B N N N N N N N N N N N B N I N N N N N N N N N N N N N N N B N
LI I I I I I I I N R R R R RN
LI I N N N R R R R R R R EREEREEEEEEENEEEEEENREIENREIEINRIENEENRENREE N
L DR B B R BE B DR DR B DR DR DR D BE DR DR DR BE B R B DR DR BN B DR DR D NE BE B DR NN B R BE N N BE B R BE B B |
LI I N I I I R R R R RN
LI I I I N RN E R R EREREEREEREREERENEENREENRENEEEEIEIEIENENEEINEEENSE N
LI T T IEE TN TE IO TE DL TNL DL DL TN TNE BN TN BN DL BEE BN DL TN DL BAL DNE BN DL IEE BNL BNE BNE BNE BNE DN DL BNE BEE BEL BN BEE BEE BN TEE BN BN

PCT/US2017/066351

n

10

rat

nt




