


Disclaimer

This presentation is not and under no circumstances to be construed as a solicitation, offer, or recommendation, to buy or sell securities issued by Santhera Pharmaceuticals Holding
AG. Santhera Pharmaceuticals Holding AG makes no representation (either express or implied) that the information and opinions expressed in this presentation are accurate, complete
or up to date. Santhera Pharmaceuticals Holding AG disclaims, without limitation, all liability for any loss or damage of any kind, including any direct, indirect or consequential
damages, which might be incurred in connection with the information contained in this presentation.

This presentation expressly or implicitly contains certain forward-looking statements concerning Santhera Pharmaceuticals Holding AG and its business. Certain of these forward-
looking statements can be identified by the use of forward-looking terminology or by discussions of strategy, plans or intentions. Such statements involve certain known and unknown
risks, uncertainties and other factors, which could cause the actual results, financial condition, performance or achievements of Santhera Pharmaceuticals Holding AG to be materially
different from any expected results, performance or achievements expressed or implied by such forward-looking statements. There can be no guarantee that any of the research
and/or development projects described will succeed or that any new products or indications will be brought to market. Similarly, there can be no guarantee that Santhera
Pharmaceuticals Holding AG or any future product or indication will achieve any particular level of revenue. In particular, management’s expectations could be affected by, among
other things, uncertainties involved in the development of new pharmaceutical products, including unexpected preclinical and clinical trial results; unexpected regulatory actions or
delays or government regulation generally; the Santhera Pharmaceuticals Holding AG's ability to obtain or maintain patent or other proprietary intellectual property protection;
competition in general; government, industry, and general public pricing and other political pressures. Santhera Pharmaceuticals Holding AG is providing the information in this
presentation as of the date of the publication, and does not undertake any obligation to update any forward-looking statements contained herein as a result of new information,
future events or otherwise.
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Vamorolone
48-week topline results from pivotal VISION-DMD study



Corticosteroids are a standard of care for the
treatment of DMD

5 Years 9 Years 14 Years 20 Yea

Prior to treatment 1960s

1970 —1990 Spinal sirgery and ventilation V

Contemporary: With ﬁ;:‘.Cs and improveh cardiac managelénent

GCs affect disease progression in DMD over the entire course of the diseas‘;e
prolonging clinically meaningful functions {ime to loss of milestones)

If started early and continued, they delay
time to loss of functional milestones by ~2
to 3 years across all stages of the condition

1. Bushby K and Connor E. Clin Investig (Lond). 2011 Sep;1(9):1217-1235; 2. McDonald C, et al. Muscle Nerve.
2013;48(1):32-54; 3. Cowen L, et al. BMC Neurol. 2019;19:84; 4. Wong B, et al. Treatment Pediatr. 2017;182:296—-303; 5.
Bello L, et al. Neurology. 2015;85:1048-1055; McDonald CM et al., Lancet 2018, 3;391 (10119):451-461
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... up to 65% of patient discontinue treatment
due to adverse events3~

The most common are:

37% o Growth failure/delay*>
37% @ Behavioral changes®
30% @ Bone changes or fractures*>
55% @‘% Cushingoid appearance®
65% O Weight gain®
31% % Excessive hair growth*>
19% &) \  Cataracts*

e



VISION-DMD: Study Design

Randomized, double-blind, placebo and active control trial in 121 steroid-naive patients, aged 4 - 7 yrs old

FDA & EMA: Primary analysis vs placebo at 24 weeks 5 weeks 24 weeks 4 weeks 20 weeks 4 weeks
EMA : maintenance of treatment effect including | Screening | _ | Transition | _ Expanded Access
) . ; iod | Treatment Period 1 ' Period | Treatment Period 2 P
external comparison to prednisone, long term safety perio ero rogram
_______________ 25% - 2.0 mg/kg vamorolone ;_4.“"“"“ 50% - 2.0 mg/kg vamorolone i Q:::::::::.::::::_“"“"“"“"_
Safety and tolerability of switching from prednisone to T o e | —] SO-oomg/iguamonlone || TR
25% - placebo —
vamorolone e
114/121 subjects continued into Period 2 (mITT-2) W-5 WO W 24 W 28 W 48
Primary efficacy outcome measure: TTSTAND velocity
Outcome measures
at week 24 Key secondary outcome measures: 6MWT, TTRW, TTCLIMB, NSAA, safety and tolerability
Time to Stand (TTSTAND), 6 Minute Walk Test (6MWT), Time to Run/Walk 10m (TTRW), Time to Climb 4 Stairs (TTCLIMB), North Star Ambulatory Assessment (NSAA). All doses daily (
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THEIR FUTURE - OUR FOCUS

6 Investor Call — Looking ahead to 2022



Objective of the 48-week analysis

Pre-NDA meeting with FDA
* Confirmed efficacy and safety vs placebo from 24-week data is sufficient to file

 Agreed on proposal to integrate 48-week and phase 2b open label data into the package

In addition, the 48-week analysis will provide further information on
* On the proposed dosing regime
e Persistence of the treatment effect beyond 24 weeks
e Safety and effectiveness of switching from prednisone to vamorolone

* Longer term safety profile and differentiation of vamorolone

For EMA the submission will be driven by the 48-week dataset
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Improvements in timed function
tests were maintained to week 48
with vamorolone 6mg/kg

TTSTAND velocity (rises/sec)

Change from Baseline (SEM)

All doses daily. MMRM estimates from mlIT-2 population
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Boys who switched treatment from prednisone to
vamorolone 6mg/kg maintained efficacy until week 48

Change from Baseline (SEM)

0.080 TTSTAND velocity (rises/s)
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= PDN-VAM 6mg/kg (N=15) =\/AM 6mg/kg (N=28) e PCB (28)

PDN — Prednisone 0.75 mg/kg, All doses daily. MMRM estimates from mlIT-2 population
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Number of AEs/patient/year

No increase in adverse events reported Vamorolone was generally safe & well tolerated

With prolonged Vam0r0|0ne dosing *  93% of subjects completed the entire 48-week study
* 3 SAEs unrelated to study drug

* 2 subjects discontinued treatment (1 withdrawal consent, 1 AE)

. Most common AEs reported were upper respiratory tract infection,
vomiting, cushingoid

9
. Fewer adverse events were reported in patients
switching from prednisone to vamorolone
/ 10
6 9
2 -20%
> ;
v 7
4 5
:,3 5 m PDN 0.75 mg/kg
3 § \ 0% B VAM 2+6 mgfkg
2 E 3 |
2
1
1
0 0

Period 1 Period 2 All AES AESls

PLA @ VAM 2mg/kg ®mVAM 6mg/kg mPDN 0.75mg/kg
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Physician's reported fewer AESI switching from prednisone to vamorolone

Comparison of Adverse Events of Special Interest (AESI)

25

—

-23%

—

-60%
m Prednisone 0.75 mg/kg
m Vamorolone 2 & 6 mg/kg

Hypertension

Cushingoid  Skinfhair changes Diabetes-related  Weight gain
labs

Behaviour Gastrointestinal

Infections
problems sym ptoms features
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Boys continuously treated with vamorolone did not
experience growth inhibition...

0.5 Height z-score (continuous vamorolone)
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L
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Summary

Efficacy of vamorolone demonstrated at 24 weeks was maintained at 48 weeks with the 6mg/kg
dose showing a more durable response compared to the 2mg/kg

No increase in adverse events reported with prolonged use of vamorolone for either dose

Switching from prednisone to vamorolone
* Did not result in a loss of efficacy over time with the 6mg/kg dose

* Allowed boys to resume normal growth, experience fewer behavioral problems in addition to
other side effects typically associated with steroid use

Vamorolone has demonstrated efficacy with a differentiated safety profile that could allow
physicians to optimally treat patients for longer
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Q&A session

moderated by Laura Pfeifer-Rossi



Closing
We thank you for
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