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Mutations in USH2A:91% of type II Usher (80/88)
59% of all Usher (82/138)

Fig. 2

2/10



Nonsense

Fig. 3

3/10



TAC

mChe rry USH2A gene sequence GFP

Site-specific editing of A to I

T

mCherry USH2A gene sequence GEP

Fig. 4

4/10



; i Average fluorescence intensity:
%GFP: Ratio of GFP positive Intensity of GFP fluorescence signal

Low %GFP High %GFP High %GFP Reporting system mRNA
= High average

* . . /. 2 ;\f\\%\/\: fluorescence intensity
® 90 ': / ® %% .: // 7
o ‘ ':'.: ::30 < < i ::30 ."'ﬂ/\ Reporting system mRNA
. seles, oo \ %% e / A= Lowaverage
cos® ‘\f:w:’ / fluorescence intensity
Fig. 5
100 > 5x108-
g T
80- ] E 4x10°
:
60+ 2 3x10°-
&
40- £ 2x10%-
=]
-y
20+ § 1%106-
: B
0- . 0- .
Control 11int 9int 7ini 5int Control 1iint 9Int T7int bini

Fig. 6

5/10



SSC-A (107

200

EGFP* cells (%)

S

Control

NC/E1/P2

Q3-1
[0.02%

400 5215

300

Q3-2

~ Few false
- positives

0.00% 7

29.2 100

3

8

108
FITC-A

103

@~ Reporter-1
~#&—~ Reporter-2

111nt

T1A/E1/P2

Q31 | Q32
0.00% —001%]

521.5

400

300

SSC-A (107

200

29.2 100

Fig. 8

6/10



B Truncated 3’end

B3 Truncated 5’end

=50 Control

-10 -20 -30 -40

111nt

8x106=

AJISuMUI 29UIISIION]] ITFRIAY

6x106=

n

-40

4x1065+

2x108+
0-

Control

T
-30

T
-20

T
-10

- =
| : |I

1
111nt

100+

80+

0
0=

Fig. 9

Ansuayur 2oudssaronpj oFeIdAY

- . %%

T
P
»

o
¥
¥

(J,

" ﬁeb
&

,
B %

S

100+

0
0
20—
0
o

Fig. 10

7/10



%
R

ﬂ N

<I<°

of
; I

'||'T T"|{1"

NP\

~

i

|

=
(f\(o
R
| :
/‘rb(ﬁ /nJQ
p
&

=
T

)
L

) o n) S
-

S
& anf & &
Tmlm
G ol o oo
A2 AR AR AR AP AR )
NN K
B aB oF oS P

Ansudqul 9ouddsaton(y aFeIdoAy

6x106 =
4x105=
2%x106=
* T 0=
Q0
660 cféa I
() e
¢ Ry
Fig. 11
p—
T«lﬂlﬂﬂ»
R R R AP A T
2 Y A aY Y W
ST
G TS
==
T
cb‘o

i

[j|
ﬂj
X
AP
/(" aal
& &
=
T
%

ﬂ
K
&
P
I T
o
G
&

q Y
I . Foo
% 2%
% f N
| o % RN
2 - .
,u/Q .mﬂu/a@..
T- =
- . ~ g
2, SRVY
_._ = o, % ,mw
i BRONE]
<, )
4, L % %
- . 2,0 %
%9 - \AV &0 I
% D, D \.ub %
_.— B4 © I.Nﬁb\&u_.m_ &44“@0_9
b ; (*]
. % v

W
/(J/ s
<
100=
80—
60+
40+
20-
0
o
&
&
@QQ‘;&
b&a
33
6%106+
4%106=
2x106+
0-

Asuajur 20u0ns210N]] ATRIAAY

8/10

Fig. 12



1
=

1
o
~

1 1 1 L] 1 1
o o o o o o
© W I M N v

(%) Aduamonyyd Junips VNY

Fig. 13

A AAV2
e AAV5
¢ PBS

L] 1 L 1 L]
-+ o~

(%) Aouaroryyo Sunipe VNY

Week 2

Week 1

Fig. 14

9/10



RNA editing efficiency (%)
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