
Rare focus, real impact.

THX Pharma is a commercial brand fromSEPT 30, 2025 – EUROPEAN MIDCAP EVENT 2025



Building on Theranexus' medical 
achievements, THX Pharma* serves 
rare disease patients with innovative 
treatments, while creating shareholder
value through a strategy designed to 
optimize ROI within 3 years.

Our D.N.A

Break even2028

€ 50 M turnover 2031

2032 € 250 M turnover 
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Roadmap:

1st 
commercial sales2027
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TX01: taking on 2 Inherited disorders in children
Niemann-Pick C (NPC) and Gaucher Disease (GD)

!"#$%&& ' (")*+, -./#+0+1%2)3#4

!"#$#%&'(%'()*+,(&-(
)*+.( /0'01 !"#$#%&'(%'(234,(/0'0

56%77%8"9#%01(%'(0:0 ;&<0;0'#
56%77%8"9#%01(%'(8&&-=%'$#%&'($'=(;&#&- 1>%991%'89"=%'/

1?$99&?%'/
5+&/'%#%<0(@(9$'/"$/0 %;A$%-;0'#1

.BCBBB(A$#%0'#1(%'(;$D&-(;$->0#1

)244#&5++
53#4%/"#6

5E'F:;0(-0A9$80;0'#(
#G0-$A%01HEIJK

5L"M1#-$#0-0="8#%&'
#G0-$A%01HLIJK

J-0$#;0'# ?%#GN$<018$O(
H;%/9"1#$#K(%'(1&9%=7&-;

L"AA90;0'#0= ?%#G
5!%A9:77$O(H$-%;&89&;&9K(
54P'0"-1$O(

H90<$80#:990"8%'0K

!"#$%&'(")&(%*"+)#",((%" )--./0(1 2/." ,/*+
1$#()#(# )%1"1(0('/--(1 $%"#/'$1 2/.3 ,4"
/*+(. -+).3)#5"

6$*+ 7"3)8/."1.)6,)9:#;"

no formulation is suitable for 
dysphagic and/or pediatric patients

no formulation is offered in a format 
that allows for dynamic dosages



TX01: Solution
An new formulation designed to be more convenient to GD and NPC patients
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TX01: 
Towards 50 Mn€ in revenue by 2032
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<=./-(5">!?!@5"@<A!;" Our product
has been licensed to Exeltis, a pharma 
company ($2Bn revenue) with global 
sales in 50+ countries, *+./=&+ )%"
(B9'=#$0(" '$9(%#( (2024), with
significant development milestones
and royalties

C%"/*+(. *(..$*/.$(# 5"THX will file for 
approvals (2026) and commercialize
TX01 through distribution agreements
(2027).
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Batten-1: Tackling a rare fatal 
disorder with no approved therapy
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Juvenile Batten disease (CLN3) 
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Batten-1: The first drug to tackle juvenile Batten disease
An oral solution adapted to CLN3 patient needs

Batten’s API (miglustat) is
)'.()14 )--./0(1 in other
indications in all major 
markets

N=$*),'( for both pediatric and 
dysphagic patients, with 
dynamic dosage to suit all ages 
and needs

Targets toxic glycosphingolipid
accumulation, #$&%$2$9)%*'4
#'/6$%& 3/#* #43-*/3#

Batten-1 can be the 2$.#*"1.=&"
)--./0(1 in the indication



Batten-1: Clinical findings
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Batten-1: What does it mean for patients? 
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After treatment with miglustat :
• Improvement in visual 

behavior
• Identifying friends, color, 

objects
• Interactions with complex 

games
• More legible handwriting 
• Improvement of school 

performance
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Writing before treatment Same patient, 
Writing after 12 months



Batten-1: An optimized road toward market approval in 2028

<).'4 !99(##"D./&.)3
Q$"'8G(Z,(.B.X

'WRB(+Q)U(A$#%0'#1(?%#G;0$1"-$M90 <%1"$9
7&'8#%&'(907#$#(#-0$#;0'# %'%#%$#%&'[

I2&B"&J+K"99+9%4J#9.+):$#+D4:$+"&624%&)#+
4#"$8246#$#&5+D:4+/%5"#&5+)%4#L

! +)#("R"#$%&'(G).3"/-(%"'),('"
#*=14 U6$*+ (B*(.%)' 9/3-).$#/% X
Q$"'8G(Z,(.B.X

'W.B(+Q)U(A$#%0'#1(?%#G;0$1"-$M90 <%1"$9
7&'8#%&'(907#$#(M$109%'0[(,.( ;&'#G1 &7(#-0$#;0'#[

!%"/-*$3$T(1 9'$%$9)'-./&.)3

*$-#'0-1G%A(?%#G#G0(\L]M$10=30:&'=(
3$##0' 6%10$10̂ &"'=$#%&'C(#G0(?&-9=_1
9$-/01#$=<&8$8: /-&"A(7&-(+Q)U(3$##0'
=%10$10A$#%0'#1

*-%;$-: 0'=A&%'#$9-0$=: 0'=&-10= M:(#G0(
^64($'=(#G0(E!4

+&;;0-8%$9%F$#%&'A9$''0= 7&-(.B.`C(?%#G
;&=0-$#0 8$A%#$9('00=1 HaT(;bK(8&;A$-0=
#&(A-0<%&"11#-$#0/: Ha,B(;bK

4<&%=%'/#G0(M"-=0' &7(#G0(A9$80M&($-;(
A-0<%&"19:8&'1%=0-0=

4(A$#G?$:7-0P"0'#9:$AA9%0=%'(-$-0(
=%10$101c ,RY(>'&?' A-080=0'#1[



Batten-1: 
Towards 200 Mn€ in revenue by 2033
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(EMA, FDA) together with two 
families of patents, grant 
exclusivity up to 2047.

THX pharma plans to file for 
approvals in all major markets for 
Batten disease in 2028 and join
forces with partners for 
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Our R&D platform 
dedicated to antisense oligonucleotides (ASO) in rare diseases
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Commercial sales

2026 2027 2028

TX01

Batten - 1

R&D 
platform

2026-2028, a pivotal period for Theranexus
Towards our break-even point

Commercial sales

Early access program (EAP)

Open label pivotal clinical trial

G!*!,E"
!"#$%&'()

G!*!,E"
!*+,)

H!"9)!+29!&,$
%&,9)#%9

I#)J(9
#::)&K#*

I#)J(9
#::)&K#*

!"#$#%&"'()*+

/&:*!,($
)("2*9" &,$

K!"2#* #%2!9L

I#)J(9
#::)&K#*

#::*!%#9!&,

I#)J(9
#::)&K#*

/67;4M>N$
O,9)L$!,$,&,;%*!,!%#*

-(K(*&:'(,9

/67;4M>N
O,9()!,E %*!,!%#*

-(K(*&:'(,9 !,$#$,(P$
=<M$!,-!%#9!&,

/67;4M>Q$
R)("(,9#9!&, &.$#$,(P$
4M>$!,$E*!&+*#"9&'#"

S!#,,2#* )(:&)9!,E &.$"#*("$P!90 O1(*9!"



Who is THX Pharma?
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CEO & Chairman

• 20+y in neuroscience 
and drug dev.

• Ecole Polytechnique, 
PhD, Mines Paris Tech

Y29"#&+ZP[;
COO

• 20+y in drug dev. 

• MBA HEC Paris

• Former CBO of Trophos
(sold to Roche - 470 M€)

,34"65"&#+(<M,P-
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• 30+y in drug dev. 

• Former CEO of 
Trophos & Horama
(now Coave)
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Financial projections & funds management  

Our resources are fully dedicated to 
the development of our assets 

Cash position: 2,1 m€ (June 30,  2025)

Our current cash runway extends
,(4/%1 \7"7K7F



THX Pharma is strongly commited to both patients & 
shareholders

Key take-aways
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@)*+$(="Q+).0].$)* 5"CEO
mathieu.charveriat@thxpharma.com

Q+.$#*$%("D')9(*5"CFO
christine.placet@thxpharma.com

thxpharma.com

Contact us: 

THX Pharma
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