WO 2017/096039 PCT/US2016/064414

1/6
PE140KDa PEI 25KDa
DNA
pg/mL H,0 TrisHCl H.0 TrisHCl
2.8
5.6

FIG. 1



WO 2017/096039 PCT/US2016/064414

216

PEI/DNA 4:1

No free PEI

Add free PEI

FIG. 2A

9.00E+09
% No free PEI

8.00E+09

7.00E+09

6.00E+09

5.00E+09 -

4.00E+09

.
&\\

FIG. 2B

3.00E+09 -

Vector titer (VG/mL)

2.00E+09 -

RIS —

0.00E+00 s




WO 2017/096039 PCT/US2016/064414

36

No free PEI Add 1/2 free PEI

Add 1/3 free PEI

.

3.00E+10

&PELDNA 2:1

2.50E+10

2.00E+10

L50E+10

1.00E+10

rAAV titer (vg/mL)

5.00E+09 -

0.00E+00 ; :
No free PEl  Add 1/2free PEl Add 1/3 free PEI

FIG. 3B



WO 2017/096039

4/6

PCT/US2016/064414

100
- 90
- 80
70
- 60
....................................... - 40
ettt eh bbbt b bbb et et b bbb bbb s s n e 10

; - _ s ; s 0

48 72 96 120 144 168 192 216

Hours

viability %

swawlnit 1 N
~wUnit 2 N
sawwlUnit 3 N
sshww(nit 1V
~wwUpit 2V

sstiwslUnit 3 V

FIG. 4



PCT/US2016/064414

WO 2017/096039

5/6

D3 TF

D4 TF

-
2.
»

=

Exp 2

FIG. 5A

70

. 5B

FIG



6/6

s £

.........

&..bw

111111
+++++++++
EEEEEEEEE
000000000
& F 4 3 & @ o =2 9

111111111

FIG. 6A

_
_

=
=
o
=~
A

& \_\__"_\\ .

. .
\ .
. \n“\\\ \ \
“““\““‘m\\ .
- 7
7



