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

(19) World Intellectual Property Organization 
International Bureau 

(43) International Publication Date 
1 September 2011 (01.09.2011) 

11111111111011010101111101110111011010111111111101111111110111011110111111 
(10) International Publication Number 

WO 2011/104169 Al 
PCT 

(51) International Patent Classification: 
C12N 15/11 (2006.01) 
	

A61K 48/00 (2006.01) 
A61K 31/713 (2006.01) 
	

C12N 15/87 (2006.01) 
A61K 47/18 (2006.01) 

(21) International Application Number: 
PCT/EP2011/052393 

(22) International Filing Date: 
18 February 2011 (18.02.2011) 

(25) Filing Language: 
	

English 

(26) Publication Language: 
	

English 

(30) Priority Data: 
61/307,490 	24 February 2010 (24.02.2010) 	US 

(71) Applicant (for all designated States except US): F. 
HOFFMANN-LA ROCHE AG [CH/CH]; Grenzacher-
strasse 124, CH-4070 Basel (CH). 

(72) Inventors; and 
(75) Inventors/Applicants (for US only): HADWIGER, 

Philipp [AT/DE]; Rotsteinweg 16A, 95326 Kulmbach 
(DE). HOFFMANN, Torsten [DE/DE]; Kleinhueninger-
strasse 15, 79576 Weil am Rhein (DE). KITAS, Eric A. 
[AU/CH]; Eichbergweg 4, CH-4147 Aesch BL (CH). 
LEWIS, David L. [US/US]; 505 Maple Avenue, Madi-
son, Wisconsin 53704 (US). MOHR, Peter [CH/CH]; 
Benkenstrasse 26, CH-4054 Basel (CH). ROZEMA, 
David B. [US/US]; 9418 Whippoorwill Way, Middleton, 
Wisconsin 53562 (US). THUER, Wilma [DE/DE]; 
Waaggasse 3, 95326 Kulmbach (DE). VALIS, Linda 
Christine [AT/DE]; Abtsberg 83, 96049 Bamberg (DE).  

WAKEFIELD, Darren H. [US/US]; 2790 Lyman Lane, 
Fitchburg, Wisconsin 53711 (US). 

(74) Agent: SALUD, Carlos; Grenzacherstrasse 124, 
CH-4070 Basel (CH). 

(81) Designated States (unless otherwise indicated, for every 
kind of national protection available): AE, AG, AL, AM, 
AO, AT, AU, AZ, BA, BB, BG, BH, BR, BW, BY, BZ, 
CA, CH, CL, CN, CO, CR, CU, CZ, DE, DK, DM, DO, 
DZ, EC, EE, EG, ES, FI, GB, GD, GE, GH, GM, GT, 
HN, 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, MG, MK, MN, MW, MX, MY, MZ, NA, NG, NI, 
NO, NZ, OM, PE, PG, PH, PL, PT, RO, RS, RU, SC, SD, 
SE, SG, SK, SL, SM, ST, SV, SY, TH, TJ, TM, TN, TR, 
TT, TZ, UA, UG, US, UZ, VC, VN, ZA, ZM, ZW. 

(84) Designated States (unless otherwise indicated, for every 
kind of regional protection available): ARIPO (BW, GH, 
GM, KE, LR, LS, MW, MZ, NA, SD, SL, SZ, TZ, UG, 
ZM, ZW), Eurasian (AM, AZ, BY, KG, KZ, MD, RU, TJ, 
TM), European (AL, AT, BE, BG, CH, CY, CZ, DE, DK, 
EE, ES, FI, FR, GB, GR, HR, HU, IE, IS, IT, LT, LU, 
LV, MC, MK, MT, NL, NO, PL, PT, RO, RS, SE, SI, SK, 
SM, TR), OAPI (BF, BJ, CF, CG, CI, CM, GA, GN, GQ, 
GW, ML, MR, NE, SN, TD, TG). 

Published: 

with international search report (Art. 21(3)) 

with sequence listing part of description (Rule 5.2(a)) 

W
O

 20
11

/ 1
04

16
9  

A
l 

(54) Title: COMPOSITIONS FOR TARGETED DELIVERY OF SIRNA 

(57) Abstract: The present invention is directed compositions for targeted delivery of RNA interference (RNAi) polynucleotides 
to hepatocytes in vivo. Targeted RNAi polynucleotides are administered together with co-targeted delivery polymers. Delivery 
polymers provide membrane penetration function for movement of the RNAi polynucleotides from outside the cell to inside the 
cell. Reversible modification provides physiological responsiveness to the delivery polymers. 


