wo 20247256458 A1 | 000 KOO O

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

A

=

(19) World Intellectual Property
Organization
International Bureau
(43) International Publication Date
19 December 2024 (19.12.2024)

O 01 T 0O
(10) International Publication Number

WO 2024/256458 A1

WIPO I PCT

(51) International Patent Classification:

C07C 229/12 (2006.01) AG61K 97127 (2006.01)
C07C 279/14 (2006.01) AGIK 9/00 (2006.01)
CO7D 295/15 (2006.01)

(21) International Application Number:
PCT/EP2024/066219

(22) International Filing Date:
12 June 2024 (12.06.2024)

(25) Filing Language: English
(26) Publication Language: English
(30) Priority Data:
23305930.2 12 June 2023 (12.06.2023) EP
23306900.4 02 November 2023 (02.11.2023) EP
23306902.0 02 November 2023 (02.11.2023) EP

(71) Applicant: SANOFI [FR/FR]; 46 avenue de la Grande Ar-
mée, 75017 Paris (FR).

(72) Inventors: DASARI, Ramesh; c/o Sanofi, Patent De-
partment, 450 Water Street, Cambridge, ma 02141 (US).

DENG, Hongfeng; c/o Sanofi, Patent Department, 450 Wa-
ter Street, Cambridge, ma 02141 (US). DEROSA, Frank;
c/o Sanofi, Patent Department, 450 Water Street, Cam-
bridge, ma 02141 (US). KARMAKAR, Saswata; c/o
Sanofi, Patent Department, 450 Water Street, Cambridge,
ma 02141 (US). KARVE, Shrirang; c/o Sanofi, Patent De-
partment, 450 Water Street, Cambridge, ma 02141 (US).
KAUSHAL, Neha; c/o Sanofi, Patent Department, 450
Water Street, Cambridge, ma 02141 (US). MIKOCHIK,
Peter Justin; c/o Sanofi, Patent Department, 450 Wa-
ter Street, Cambridge, ma 02141 (US). WANGWEERA-
WONG, Apiwat; c/o Sanofi, Patent Department, 450 Wa-
ter Street, Cambridge, ma 02141 (US).

Agent: DEMETRIADES, Emma Jayne et al.; Carpmaels
& Ransford LLP, One Southampton Row, London WCIB
SHA (GB).

(74)

(81) Designated States (unless otherwise indicated, for every
kind of national protection available). AE, AG, AL, AM,
AQ, AT, AU, AZ, BA, BB, BG, BH, BN, BR, BW, BY, BZ,
CA, CH, CL, CN, CO, CR, CU, CV, CZ, DE, DJ, DK, DM,
DO, DZ, EC, EE, EG, ES, FI, GB, GD, GE, GH, GM, GT,

(54) Title: TRICINE AND CITRIC ACID-BASED CATIONIC LIPIDS

O -Opt
szwjm"w

o] X (o]
/
A (A)
Figure 1
100~ e e s o o v e v ] =F= Compound 84 IN {10 ug)
%0 ; @ OF-02 IN {10 ug)
B ! cae OF-02 1M control (1 ug)
£ 6o :
g * e PBS control )/(
a &
401 s )
28~ i ?
| i
0 : b
E o " -, i
] 5 10 W} W;%EM W
Days Post Challenge «E
-
Compuund 64

(57) Abstract: The present invention provides, in part, tricine and citric acid lipids, or a pharmaceutically acceptable salt thereof.
Compounds provided herein include Compounds of Formula (A) and can be useful for delivery and expression of mRNA and encoded
protein, e.g., as a component of liposomal delivery vehicle, and accordingly can be useful for treating various diseases, disorders and
conditions, such as those associated with deficiency of one or more proteins.
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