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AAT promoter ATP7B-T2 AAV2/8-AAT-ATP7B(d57-486)
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Figure 5



WO 2016/097219 PCT/EP2015/080357

WD AAV-ATP7B

WD AAV-T1

WD AAV-T2




WO 2016/097219 PCT/EP2015/080357

6/12




WO 2016/097219 PCT/EP2015/080357

7/12

]*]%]z

1000+

ALT (1U/L)

Weeks

3 WT
3 WD

BB \wD+AAV-T2 1x10™°
WD+AAV-T2 3x10"°
WD+AAV-T2 1x10""

Figure 8



WO 2016/097219 PCT/EP2015/080357

8/12

6000- —
mM

Urinary Cu Concentration

Weeks

CJ wrt
1 WD

B \wD+AAV-T2 1x10™°
B \\D+AAV-T2 3x10™°
WD+AAV-T2 1x10"*

Figure 9



WO 2016/097219 PCT/EP2015/080357

9/12

A Experimental group 1
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A Experimental group 1
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Figure 14



