WO 2024/163444 PCT/US2024/013505

fsteral veniricle
. . apandym
iateral veniricie ependyma and choroid plexus

isters! dorsal oadial dorssd wantrsi riar isteral
thalamus thatamus thatarmus

FIG.1



PCT/US2024/013505

WO 2024/163444

207

W

3

2

FIG



WO 2024/163444 PCT/US2024/013505
3/7

Fluorsscance it aifu hybridization (FISH)

cenvica

FIG. 3



WO 2024/163444 PCT/US2024/013505
477

ep-AAV 1.85E+13 total vg

Liver

Heart

FIG. 4



WO 2024/163444 PCT/US2024/013505

5/7
100
ey .
§ 80— E\\\: ¢:__> Cin2+
o— N :
% 3\\“\\“\\“\\§ : s Clnot
) 60 - &\\\\:.. .
= N L Cin2” + 5.0E+10 vg epAAV
c \E— .
§ 40 - N * p<0.05 by Mantel-Cox test
[} N
o
20— \ .....
N
§ .....
N :
0 T T T -
10 15 20 25 30
Age (weeks)
FIG. 5
12 weeks old 13 weeks old
4 4
g g
k'S P4
10 ;
g ¥ ¥ 1 g L] T T
& 2 Py &0 G 20 &3 58
Frag {Ha} Frzn Mz}
16 woeks old
86 e 04
£ % o
2 3
& o
o o
£ z
§ g § 203
~ ¥ ¥ L) L] L] T
3 2 % 80 & b 45 85
Freg {HZ) Frag {Hz}

FIG. 6



WO 2024/163444 PCT/US2024/013505

6/7

TPP1 expression

Striatum Carebellum Prefrontal Cortex

TN Q00 e
A 3
- ; 1000 R,
AN e
S tA & WG .
a = .

% TPPT activity

Tin2Y G

+80EM0 W@ gpRaAY

Spieen

1.8 xe e
&
Q
1.6 G%@ LEA
)

A&
08 alive.

Cugt Cin2t CiR2Y Qwet T2 Qi

+EOE10 vz epARY

~
C#r

FIG. 7



PCT/US2024/013505

WO 2024/163444

77

I \%&\\%\\%

\\&%ﬁ\\&%\\\\%\&&\\
T \%Q
I
BB %\\

\.ﬂ

"

\\\\\\\\\\

\\w\\\\\\\

I
M\\\ w:«\&\{\

Ereey: \«v;\:.wm me

D

8A

FIGS.



