wO 2012/114090 A 1[I I NP0 00O 0 O

(43) International Publication Date

(12) INTERNATIONAL APPLICATION PUBLISHED UNDER THE PATENT COOPERATION TREATY (PCT)

(19) World Intellectual Property Ny
Organization é
International Bureau -,

=

\

(10) International Publication Number

WO 2012/114090 A1

30 August 2012 (30.08.2012) WIPOIPCT
(51) International Patent Classification: (74) Agent: JA KEMP & CO; 14 South Square, Gray's Inn,
CI2N 15/864 (2006.01) CI2N 9/10(2006.01) London WCIR 5JJ (GB).
(21) International Application Number: (81) Designated States (uniess otherwise indicated, for every
PCT/GB2012/050376 kind of national protection available). AE, AG, AL, AM,
(22) International Filing Date: AO, AT, AU, AZ, BA, BB, BG, BH, BR, BW, BY, BZ,
g ’ CA, CH, CL, CN, CO, CR, CU, CZ, DE, DK, DM, DO,
21 February 2012 (21.02.2012) DZ, EC, EE, EG, ES, FI, GB, GD, GE, GH, GM, GT, HN,
(25) Filing Language: English HR, HU, ID, IL, IN, IS, JP, KE, KG, KM, KN, KP, KR,
) KZ, LA, LC, LK, LR, LS, LT, LU, LY, MA, MD, ME,
(26) Publication Language: English MG, MK, MN, MW, MX, MY, MZ, NA, NG, NI, NO, NZ,
(30) Priority Data: OM, PE, PG, PH, PL, PT, QA, RO, RS, RU, RW, SC, SD,
1103062.4 22 February 2011 (22.02.2011) GB SE, 8G, SK, SL, SM, ST, SV, 8Y, TH, TJ, TM, TN, TR,
TT, TZ, UA, UG, US, UZ, VC, VN, ZA, ZM, ZW.
(71) Applicant (for all designated States except US): ISIS IN-
NOVATION LIMITED [GB/GB], Ewert House, Ewert (84) Designated States (unless otherwise indl'cated, fO}" every
Place, Summertown, Oxford, Oxfordshire OX2 7SG (GB). kind of regional protection available). ARIPO (BW, GH,
GM, KE, LR, LS, MW, MZ, NA, RW, SD, SL, SZ, TZ,
(72) Inventors; and UG, ZM, ZW), Eurasian (AM, AZ, BY, KG, KZ, MD, RU,
(75) Inventors/Applicants (for US only): MACLAREN, TJ, TM), European (AL, AT, BE, BG, CH, CY, CZ, DE,
Robert [GB/GB]; University of Oxford, Nuffield Laborat- DK, EE, ES, FI, FR, GB, GR, HR, HU, IE, IS, IT, LT, LU,
ory of Opthalmology (Department), Levels 5 & 6, West LV, MC, MK, MT, NL, NO, PL, PT, RO, RS, SE, SI, SK,
Wing, John Radclifte Hospital, Headington Oxford Ox- SM, TR), OAPI (BF, BI, CF, CG, CIL, CM, GA, GN, GQ,
fordshire OX3 9DU (GB). SEABRA, Miguel [PT/GB]; GW, ML, MR, NE, SN, TD, TG).
Imperial College London, South Kensington Campus, Lon- Published:

don SW7 2AZ (GB). DURING, Matthew John [NZ/US];
Ohio State University Medical Center, 912 Biomedical Re-
search Tower, 460 W 12th Ave, Columbus, Ohio 43210

(US).

with international search report (Art. 21(3))
with sequence listing part of description (Rule 5.2(a))

(54) Title: AAV -VECTORS FOR USE IN GENE THERAPY OF CHOROIDEREMIA

Figure 1

WT fibroblasts
Chm AAV-CAG-REP1

Chm

40 4

Amount of cell lysate, ng:

hREP1

a-tubulin

Chm AAV-CAG-GFP

" hREP1

i
o
i
o

GFP

a-tubulin

(57) Abstract: The present invention relates to gene therapy for treatment or prevention of choroideremia.



