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FIG. 3C
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FIG. 8E

p=0.0032
Sl
]
hy'/mB

=0.0015
g
hv'lma

1 | I T

m w N -—

vNMW uigo|b asnow jnpe 0}
VNYW uiqo|6-6 uewny o

FIG. 9A

e HDAd-short-LCR
® HDAd-long-LCR

ol

"y o "

Lo} —
SONW g ul
S|192 ,6T 1421/, u1qO|8-4 9




% y-globin* cells

17157

FIG. 9B
100 P=0-125 p=0.00005
: . ® HDAd-short-LCR
80- m HDAd-long-LCR
@ *
60- "
[ X
o0
40- —_— =
—-
204 * n
0 xl ’I xl 'I
N D N N>
«0{\ «0{\ «0,\\ «0«'\
FIG. 9C
] n.s.
|
_ 4 s
8 .
> .
23 —
o o W
%
& o]
2_.
o
0 @




18/57

N\
¥07-Bu0I-pyaH HOT-HOYs-pyaH o N
// O m 1 1 1 1 1 ONl
/ 05 3 e e §% ®8 [0 _
oL N ° - 0 3
L = Q
0G1 m o2
I © T © 09§
- o %l ®
V/Ll 0 2 ¥01-Buo-PYaH © % 08
Losz & Y¥O7-Hoys-pyaH © -001
S >
SR &
O N N )
RO ARG DG AN L O\vv O@ ,_n/ \vv¢ O&
Yk = ST R TR TR 00
e -0Z 60 %S
o 5 70 o
o o
P -0 F0') m
O —
%HQO -09 -Gl M/
4O T1-BUo-pYagH E HOT-buol-pyaH &I =
¥O7-Hoys-pyaH o Log HOT-Hoys-pyaH [ Loz

dol 9old

VOl Old



19/57

FIG. 11A
DAY 0 DAY 1 DAY 3 DAY 18
°2 . *, > Enrythroid Diff —> 9-globinflow
HPLC
human HDAd Transduction i
CD34+cells (MOI 4000) DAY 5
(24h) in vitro selection
50nM Q®BG + 35nM BCNU
FIG. 11B
301 *1
n 2 ' '
3 8 =
©
-~ @
.-g y 20-
S
52 —
X ¢ 10- {_
0 | 1 ]
Untrd HDAd-short  HDAd-long
LCR LCR
FIG. 11C
6_
‘_‘I“ : : i_ Z :gt;c:j short-LCR
= + » HDAd-long-LCR
C
o S
| - =
% 2
(@)]
< Dt ®
O T T
o o



20/57

gS-PYQH +
(By/6woL) NNOg  (0L) NNOG (§°2) NNDgG  (S) NNOY i
(Bx/6wog) ©9,0 mé 98,0 (0€) 9850 (08) Oge0 PHOW/UIGOIB-+-PYAH
v v v v N
12/0Z %2aMm S)eeMm g SeamM g S)eem g B SHooM R a &
S 1900/€W 99H
00LEANY/4SD-9

5 DI gLL R
il ‘_
3w ﬁcimgsaﬁeme vdovas] vsHo | wine+ [uiqop-A| serowoid-g [ 1shllzsulesnHllvsHl _mv Yy a—
dll _|v «—> : A|_ < : > A YLl
Al L2 P EY
Jwbw/uiqo|B-A4D7-Hoys-pyaH
) Dl v°2E R
b >
H_.\\w E-Am_ | SHEHLN.EH{uqoiB-A f woid-g il (LSH-GSH) HOT [ PSHO Vd | youWBW fD1L13| _mv W ﬁ
gl P OE Ble oMol PISIZ < ALl

nbwy/uiqo|6-A-y49o1-6uol-pyaH

Vel Ol



21/57

v-3d

O 0L Ol

SH0°0 . owor

€0 Mo E O
- (01
- 0L

0 of

4 058# JoF <0t

v-3d

O 0L Ol

¥Z'0

€0

€-361°C €-361°2

Z0 L )

V-OdVv

¥01 6uo
v-3d




22/57

¥OT Hoys ¥O7 Hoys
V-3d V-3d
B o O A A WY
6100 oo_mw“ 81°0 SOk
€0 ) ~F O o) "0
e 0L - 0l
” o X
>
- 40t - 40t
0 £-368°S 0 €-3vE’L
= L8L# oF O |20 9G.# \of ¢0}
¥y buon
V-3d
oL s
1O
o) Lt
0 €-38¢€°1
z0 vG.L#

(penunuoo) ¢ 9|4




23/57

<Ol

[AFA>
€0

40l

"

v-3d
<0l

“§'/9
yO

¥0

v

o

401 buon
v-3ad
,0b

oL 0

€-306'G
48]

KL #

vl Ol

GS/#

V-3d

€-3.9¢
[4e)

LS#




24/57

¥ Hoys ¥D1 Hoys
V-3d

Q0L L0 Ol 0
LR vw%”o
g0 ]
- 0L%
L @
>
- 0L
€-3EL'Y ow
s 9G/# ol 0
"0 Buon
v-3d
Ob 0L (O 0
€0 .uo
- 0%
0
3 >
- ,01
. €3yl E
eyl :
B VG L# _ LOf 0}

(penunuoo) | 9|4



25/57

FIG. 15

OlLong LCR
B Short LCR

m % i
i
ol o
[
()
]
()
L B
()
o o o o o
10 = 10 '

Dgy buissaidxa uiqo|b-iy Jo 9,

o 2
ﬁ1u
&P
4
2,
,bmx m
2,
<4+ 0
%y
2,
Z
4
2,

FIG. 16

OlLong LCR
8 Short LCR

o

0
5
10~
5

vgH @snow 0} uiqo|b A uewny aAlje|oy



26/57

Ll Ol

SOINUIN
v 2¢v Oy 8 9¢ ¥& 2€ 0¢ 8 92 ¥Z 22 0Z 8 9L ¥L 2L Ol 9 9
s 00 )
© F
% .
.. L | L _ “ _ WWF/\WO
< 2 Q £ S 3 & 001
o SN (0¢] (00] % % -
(&)]
) 1002
(o]
/— -
4
[00€
Ay L
00V
w -
3 [00S
o L
S
dw ow 1009
%9z = 800S/E61/$92601S = g-asnowy/A-uewny 1002
%L 'Ll = 9¥62/.862/¥9.601G = p-8snow/A-uewny ]
. woow
Jepiawre ASNUON OV dNY 3
Jow'e AONUOW OV dN-OLMLSHY — 006
wuQzez-1Yo AV0L-ads ( 2
F0001

s)loAW



27157

O
&

I
o
©

%%%%% - 001

¥O1-Buol-pyaH

HO7-Hoys-pydH O - 0G1

d8lL 9Old

sOgy ,uIqo|b-4 9,

4S-PVaH +
¥21-10ys/8uo|-pyaH

(8%/3woT) NNDY (0T) NNDY (°£) NNDG (S) NNDE

(8%/8wo€g) 0850 (0€) 9850 (0€) 98,0 (0€) 9850
_ + v v v v
| oM SHOIM T S CELW4 SHIOM

TZ3o9M

V8l Ol

._. \D—~ 81,907/, qqH

00TEAWV/4SD-9



28/57

seINuIl
8€ ¥€ 06 9222 8 ¥k OF 9

IIIIIIIIIIIIIIIIIIIIIIIIIIIIIIIIIII L

¢c06cece

7~

£V 1EEE |

9199961¢ :

Z 986£2/9 <
00240}
982892

%802 = bwy/Ay

oY
S
[}
S

LSHM

00}
00¢
00¢
0ov
009
009
004
008

SHOAW

dst Old

81 Ol



29/57

¥ Buo-juswiesy) 1sye gL o9 Juswijesl} aiojeg (901w [ewloON) 9719260

0¢ Ol

Juswieal) Jaye 0l YoM Juawiesy) aioeg

61 Ol



30/57

FIG. 21A
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21B

FIG.
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FIG. 21C
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FIG. 23A
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FIG. 23B (cont'd)
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