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Forward-Looking Statements

Safe Harbor: Certain statements contained in this presentation, other than present and 
historical facts and conditions independently verifiable at the date hereof, may constitute 
forward-looking statements. Examples of such forward-looking statements include those 
regarding our investigational product candidates and preclinical studies and clinical trials, and 
the status the safety, tolerability and efficacy of efgartigimod and the results of the ADAPT 
trial; the timing of presentation of detailed results from the ADAPT trial, planned regulatory 
submissions with the FDA and PSMA and, if approved, launch in the U.S.; and the therapeutic 
and commercial potential of efgartigimod, as well as those regarding , plans, timing of 
expected data readouts and related presentations and related results thereof, including the 
design of our trials and the availability of data from them, the timing and achievement of our 
product candidate development activities, our ability to obtain regulatory approval of our 
product candidates, the expected size of the markets for our product candidates, future results 
of operations and financial positions, including potential milestones, business strategy, plans 
and our objectives for future operations. When used in this presentation, the words 
“anticipate,” “believe,” “can,” “could,” “estimate,” “expect,” “intend,” “is designed to,” “may,” 
“might,” “will,” “plan,” “potential,” “predict,” “objective,” “should,” or the negative of these 
and similar expressions identify forward-looking statements. Such statements, based as they 
are on the current analysis and expectations of management, inherently involve numerous 
risks and uncertainties, known and unknown, many of which are beyond the Company’s 
control. Such risks include, but are not limited to: the impact of COVID-19 pandemic on our 
business, the impact of general economic conditions, general conditions in the 
biopharmaceutical industries, changes in the global and regional regulatory environments in 
the jurisdictions in which the Company does or plans to do business, market volatility, 

fluctuations in costs and changes to the competitive environment. Consequently, actual future 
results may differ materially from the anticipated results expressed in the forward-looking 
statements. In the case of forward-looking statements regarding investigational product 
candidates and continuing further development efforts, specific risks which could cause actual 
results to differ materially from the Company’s current analysis and expectations include: 
failure to demonstrate the safety, tolerability and efficacy of our product candidates; final and 
quality controlled verification of data and the related analyses; the expense and uncertainty of 
obtaining regulatory approval, including from the U.S. Food and Drug Administration and 
European Medicines Agency; the possibility of having to conduct additional clinical trials; our 
ability to obtain and maintain intellectual property protection for our product candidates; and 
our reliance on third parties such as our licensors and collaboration partners regarding our 
suite of technologies and product candidates. Further, even if regulatory approval is obtained, 
biopharmaceutical products are generally subject to stringent on-going governmental 
regulation, challenges in gaining market acceptance and competition. These statements are 
also subject to a number of material risks and uncertainties that are described in the 
Company’s filings with the U.S. Securities and Exchange Commission (“SEC”), including in 
argenx’s most recent annual report on Form 20-F filed with the SEC as well as subsequent 
filings and reports filed by argenx with the SEC. The reader should not place undue reliance on 
any forward-looking statements included in this presentation. These statements speak only as 
of the date made and the Company is under no obligation and disavows any obligation to 
update or revise such statements as a result of any event, circumstances or otherwise, unless 
required by applicable legislation.

This presentation has been prepared by argenx se (“argenx” or the “company”) for informational purposes only and not for any other purpose. Nothing contained in this presentation is, or
should be construed as, a recommendation, promise or representation by the presenter or the company or any director, employee, agent, or adviser of the company. This presentation does not 
purport to be all-inclusive or to contain all of the information you may desire. This presentation also contains estimates and other statistical data made by independent parties and by us relating 
to market size and growth and other data about our industry. This data involves a number of assumptions and limitations, and you are cautioned not to give undue weight to such estimates.
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Immunology Innovation Program

Commercial franchises

FcRn leadership

Global expansion

Advancing Towards ‘argenx 2021’ Vision

MG CIDP ITP PV

argenx 2021: Reaching patients

Late-stage pipeline

Immunology breakthroughs

Strong balance sheet Pro-forma cash position of $1.8B

Positive Phase 3 ADAPT data 

Cusatuzumab strategic alliance
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ARGX-117

Neuro-
muscular

SC

Hem/Onc

LAUNCHES IN YEARS

Severe autoimmune 
conditions

Kidney

GOAL OF 

Skin 

Kidney

5 5

MG

CIDP

ITP

AML

PV

Kidney

MDS
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Growing Franchises With Multiple Late-Stage Programs



BLA filing by end of 2020  +  J-MAA filing expected in 1H21

• Commercial leads hired

• Field force of MRLs, TLLs, payor teams

• Salesforce hiring to start by YE2020

• Global manufacturing scale/flexibility

• Building inventory, 3PL selection

• Specialty pharmacy distribution

Supply Chain Readiness The Right Team in Place

Reaching patients, physicians, payors in COVID-19 environment

Preparing to Bring Efgartigimod to Patients in 2021

5
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Program Target Indication Preclinical Phase 1 Phase 2 Phase 3 Registration Partner Next Milestone

IV

FcRn

MG BLA to be filed 4Q20 

SC MG* Meet with FDA in 4Q20

IV ITP Trial ongoing

SC ITP* Planning new SC trial

SC PV* Ph3 to start in 4Q20

SC CIDP* GO/NO GO in 1H21

SC Fifth Indication TBA Ph2  to start in mid-2021

+ AZA

CD70

Newly diag. AML(unfit) CULMINATE Topline data early 2021

+ AZA + VEN Newly diag. AML(unfit) ELEVATE Trial ongoing

+ AZA Higher-risk MDS BEACON Trial not yet started

ARGX-117 C2 Autoimmune (MMN) * Trial ongoing

ARGX-117 C2 COVID-19 Trial open

ARGX-118 Galectin 10 Airway Inflammation Lead optimization

ARGX-119 TBD TBD To be announced in 4Q20

Deep Antibody Pipeline Of Differentiated Candidates

Ef
ga
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od
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sa
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zu

m
ab

 

*SC efgartigimod is enabled with ENHANZE® drug delivery technology
MG: Myasthenia Gravis  ITP: Immune Thrombocytopenia   PV: Pemphigus Vulgaris   CIDP: Chronic Inflammatory Demyelinating Polyneuropathy  AML: Acute Myeloid Leukemia
MDS: Myelodysplastic Syndromes  MMN: Multifocal Motor Neuropathy

Bridging

Neuro-
muscular Hem-Onc Skin

BLA

Color Key
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Epidermolysis 
Bullosa Acquisita

Immune 
Thrombocytopenia 

Pemphigus

Lupus
Rheumatoid Arthritis

Scleroderma
Myasthenia Gravis

Bullous PemphigoidMultiple Sclerosis Anca Vasculitis

Landscape of IgG-mediated severe autoimmune diseases (sampling) 

Myasthenia Gravis

Neuromuscular Diseases Hematology Disorders Blistering Diseases

Proof-of 
Concept:

Therapeutic Area 
Beachheads with 
Expansion Possibilities
into Adjacent Indications

Solid Biology Rationale 
Disease proven to be predominantly mediated by pathogenic IgGs

Feasible for Biotech
Orphan potential, economically viable, efficient clinical & regulatory pathway

Chronic Inflammatory 
Demyelinating

Polyneuropathy (CIDP)

Immune 
Thrombocytopenia Pemphigus Vulgaris

Efgartigimod: Pipeline-in-a-Product Opportunity
Clinical proof-of-concept achieved for neuromuscular, hematology and skin indications

5th

indication
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Molecule Design:
Immunology Innovation 

Program

Building Innovation At Every Step

Clinical Development:
Thoughtful Clinical

Trial Designs

Commercial Approach:
Real-World Evidence 

Study

My Real
World™ MGAdaptMolecule 

Image
MyReal

World™MG

Clinical CommercialPreclinical / Discovery
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Augmenting Intrinsic Therapeutic Properties of Antibodies

Antibody

• Extends half-life / PD effect
• Enhances tissue penetration

• Clears disease target
• Clears autoantibodies

• Boosts cell killing

• Llama immune system delivers V-regions with 
high human homology

• Highly diverse antibody output covers a 
multitude of target epitopes

SIMPLE Antibody™ Platform

Suite of TechnologiesTechnology Role

NHance®

ABDEG™ 

POTELLIGENT®

Unlock novel and 
complex targets

Modulate 
immune response

V-region

Fc region

Unique suite of technologies enables development of
differentiated product candidates against novel targets

Klarenbeek et al. 2015, mAbs
Basilico et al. 2014, J Clin Inv.

Subcutaneous Delivery Technology

• Exclusive access for targeting FcRn and C2

• Exclusive access for four additional target

• Industry-validated approach - demonstrated

across 5 FDA-approved products

ENHANZE® technology for efgartigimod

• Facilitates standalone sc product with
well-established development path

• Recycling/sweeping & extending half-life
Chugai SMART-Ig® & ACT-Ig® NEW!

• Extending half-life
Clayton Foundation DHS mutations NEW!
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Academic Institutions & Biotechsargenx

Accessing First-in-Class Targets by Collaborating with Leading Research Biologists

Disease Biology ExpertiseAntibody Expertise

Co-creating immunology solutions: building beyond each individual contribution

ARGX-116
ARGX-114

8 assets from Immunology Innovation Program have delivered value to argenx

ARGX-112
Up to 

€120M and
royalties 

ARGX-115
Up to 

$625M and 
royalties

ARGX-114
Profit share

ARGX-116
Profit share

ARGX-118
Novel 
airway 

inflammation
target

Cusatuzumab

50% U.S.
Efgartigimod
Pipeline-in-
a-product

ARGX-117
Pipeline-in-
a-product
potential

Immunology Innovation Program
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IgG antibodies recycle
through FcRn…

Leading to
IgG elimination

efgartigimod potently
blocks FcRn… 

HN

MST

ABDEGTM

Efgartigimod: IgG1 Fc Fragment With ABDEGTM Mutations

IgG Antibody FcRn EfgartigimodIgG Antibody FcRn

Lysosome

Endosome

Endothelial Cell

Efgartigimod is an investigational compound, not approved in any country.
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Beachhead Strategy Based On Unifying Biologic Rationale

• Block acetylcholine 
receptors

• Cross-link + internalize 
acetylcholine receptors

• Recruit complement 

• Enhance platelet 
clearance

• Kill platelets
• Inhibit platelet production
• Reduce platelet function

• Acantholysis
• Steric hindrance
• Deplete desmoglein

• Block nerve conduction
• Recruit macrophages
• Activate complement

Basement membrane

Skin and mucous membraneMacrophage

Complement

Myelinated Nerve

Auto-antibodies

Role of the autoantibody is specific to each indication

Neuromuscular Hem/Onc Skin

Myasthenia Gravis Immune Thrombocytopenia Pemphigus VulgarisChronic Inflammatory 
Demyelinating Polyneuropathy



Myasthenia Gravis: Chronic, Debilitating Autoimmune Disease

“Severe & generalized 
muscle weakness”  

Symptoms of Generalized Myasthenia Gravis

Diplopia 

Difficulty
speaking

Ptosis 

Difficulty
swallowing

Respiratory 
impairment

Loss of 
motor skills

Impaired 
mobility

Extreme 
fatigue

High need for safe & 
efficacious medication

Up to 20% of patients experience a 
life-threatening myasthenic crisis 
(severe respiratory failure)

85% of people with MG progress* to 
generalized MG within 18 months

*Progression to gMG may be less with early immunosuppressive treatment
1. Grob et al. Muscle Nerve 2008;37:141-9; 2. Jacob. Eur Neurol Rev 2018;13:18−20; 3. Wendell. Neurohospitalist 2011;1:16–22, 4. Gilhus. N Engl J Med 2016;375:2570-81 13



Efgartigimod Showed Robust Benefit For Patients With gMG

• Statistically significant and clinically meaningful 
improvement in MG-ADL

• Fast and deep responses 

• Potential for individualized dosing

• Safety & tolerability profile 
comparable to placebo

Primary endpoint met

Meaningful patient 
benefit observed 

Favorable tolerability 
observed 

14
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14.1%

QMG responders 
(AChR-Ab+ patients, cycle 1)

P < 0.0001

MG-ADL responders 
(AChR-Ab+ patients, cycle 1)

Significantly more efgartigimod treated patients had clinically meaningful improvement in function and strength

Primary Secondary 
MG-ADL responder: 
≥2-point improvement 
for at least four 
consecutive weeks 
during the first cycle* 

QMG responder: 
≥3-point improvement 
for at least four 
consecutive weeks 
during the first cycle*

29.7%

N=44/65 N=19/64
N=41/65

Efgartigimod

63.1%67.7%

84.1% 
of patients who 
were MG-ADL 

responders 
(37/44) had 

onset of effect 
in the first 
two weeks

* The first reduction had to occur no later than 1 week after the last infusion MG-ADL, Myasthenia Gravis Activities of Daily Living; QMG, Quantitative Myasthenia Gravis Score

Efgartigimod Provided Statistically Significant Clinical Benefit

P < 0.0001

N=9/64

Placebo Efgartigimod Placebo



N=7/63

N=26/65
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Responder by Definition is at Least 4 Consecutive Weeks

Duration of response
(AChR Ab+ Efgartigimod responders, first cycle) 

100.0%

88.6%

56.8%

34.1%

0% 50% 100%

4 weeks or more

6 weeks or more

8 weeks or more

12 weeks or more
max response: 

25 weeks

Minimal Symptom Expression
(AChR Ab+ patients, first cycle) 

11.1%

0%

10%

20%

30%

40%

50%

60%

70%

80%

Efgartigimod Placebo

40.0%

P < 0.0001

Minimal Symptom Expression: MG-ADL = 0 (no symptoms) or 1

%
 p

at
ie

nt
s w

ith
 M

SE
40% 
of Efgartigimod 
Patients Achieved 
Minimal Symptom 
Expression 
Compared to 11% 
in Placebo

Potential for 
Individualized 

Dosing

Minimal Symptom Expression Durable Clinical Benefit

ADAPT Data Showed Fast, Deep and Durable Responses

N=7/63

N=26/65
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Proportion of patients 
with increasing thresholds 
of MG-ADL and QMG 
improvement at week 4*

74.2%

64.5%

59.7%

50.0%

45.2%

37.1%

33.9%

25.8%

25.9%

15.5%

12.1%

5.2%

1.7%

1.7%

QMG

Efgartigimod

Placebo

0.0%

0.0%

9

8

7

6

5

4

3

2

10
9

8

7
6

5
4

3

Efgartigimod Demonstrated Significant Magnitude Of Benefit 

77.8%

73.0%

63.5%

55.6%

39.7%

27.0%

20.6%

14.3%

48.3%

36.7%

23.3%

11.7%

8.3%

3.3%

1.7%

0.0%

MG-ADL

Efgartigimod

Placebo

*One Week After Last Infusion Cycle

AChr-AB+ Patients, Cycle 1



18

Repeatability of Clinical Benefit in Second Treatment Cycle 
Observed

36.8% (7/19) efgartigimod patients who were not MG-ADL 
responders in cycle 1 and were retreated achieved MG-ADL 

responder for the first time in cycle 2
Across cycles 1 and 2 78.5% (51/65) efgartigimod 

patients were MG-ADL responders

67.7%

29.7%

70.6%

25.6%

0

20

40

60

80

100

%
 M

G-
AD

L 
re

sp
on

de
rs

MG-ADL responders Total MG-ADL: Mean change from cycle baseline

M
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n 
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 f(
+/

-S
E)

-6

1 2 3 4 5 6 7 8 10
Week 

-5
-4
-3
-2
-1
0

0
60 62 61 60 58 60 60 59 5664
65 65 64 63 61 63 62 63 5465

-6

1 2 3 4 5 6 7 8 10
Week 

-5
-4
-3
-2
-1
0

0
42 43 42 42 42 42 42 41 3943
51 51 50 47 49 47 48 46 4351

Efgartigimod Placebo

P < 0.0001 P < 0.0001

Cycle 1
Cycle 2Cycle 1

Efgartigimod Placebo

n=44/65 n=19/64 n=36/51 n=11/43 

Cycle 2

M
ea

n 
ch

an
ge

  (
+/

-S
E)

*
***

**

*    p<0.05  **   p<0.01   *** p <0.001

27% of Efgartigimod 
patients who 

responded in the 1st 
treatment cycle and 
never required a 2nd 

treatment cycle

The number of patients in cycle 2 is smaller as some patients only required one treatment cycle during the study
The numbers below trend lines indicate the number of patient measurements for each data set
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Overall Population and AChR-Ab Seronegative
Treatment Effect (First Cycle)

*AChR-Ab+ and AChR-Ab negative **Post-hoc analysis

37.3%

N=57/84 N=31/83

Efgartigimod

67.9%

P < 0.0001

Placebo

MG-ADL responders
Overall population*
Similar results to AChR-Ab+ patients

AChR-Ab- patients
Patient responder analyses

Efgartigimod  (N = 19) Placebo ( N = 19)

MG-ADL 
responders 13 (68.4%) 12 (63.2%) 

QMG responders 10 (52.6%) 7 (36.8%) 

MG-ADL 
responder 
AND QMG 

responder** 

9 (47.4%) 4 (21.1%) 



20

• Fast-acting steroids and slow-acting 
immunosuppressants

• Balancing symptom suppression and 
side effects

ADAPT Data Support Individualized Dosing 

(1) Subject to regulatory approval
(2) Based on topline data from Adapt trial

Individualized dosing

Toward minimal 
symptom 
expression

MG Symptoms

Chronic dosing

TAPER

MG Symptoms

Fast onset of response

Deep response, 40% MSE

Well tolerated

Envisioned Treatment Paradigm Current Standard of Care
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Addressable MG Market: Patients Who Need Therapy Beyond 
Steroids

85%
of people with MG progress* to 
generalized MG within 18 months

36%
of patients require treatment
beyond steroids and ACIs

Estimated Efgartigimod Addressable Market

65,000 adult myasthenia gravis patients in 
U.S.

55,000 patients have generalized 
form of myasthenia gravis

20,000 patients require 
more aggressive 

treatment

20,000

*Progression to gMG may be less with early immunosuppressive treatment
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MG Documentary Series

Partnering With MG Community In Unique Ways
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ITP Phase 2: Improvement Of Platelet Counts Across Doses

25%

46% 46%

0%

20%

40%

60%

80%

100%

N=6

N=3

efgartigimod
10 mg/kg + SOC 

N=12

efgartigimod
5 mg/kg + SOC

N=13 

efgartigimod
10 mg/kg  + SOC

N=13

Placebo + SOC
N=12

N=6

OLE (1st treatment cycle) Main Study 
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46-67% of patients achieving platelet counts of ≥ 50×109/L 
at least two times  

67%

N=N=8

• OLE acts as fourth cohort 
since patients’ platelets 
had to fall below 30x109/L 
to be eligible for a 
treatment cycle; patients 
still in response from 
primary study were not 
eligible

• Responses seen across 
newly diagnosed (in 
5mg/kg arm), persistent 
and chronic ITP patients 
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Phase 2 Data In PV Support Advancement To Phase 3

90% disease control (28/31 patients) – majority after 1-2 infusions

Median time to DC: 15 to 22 days (mono/combo therapy)

Fast onset of action

70% complete clinical remission (7/10 patients) on optimized dosing*

Time to CR: 2-13 weeks

Deep responses

11/15 patients in Cohort 4 achieved EoC

Steroid sparing potential demonstrated

Durable responses observed and 11 patients still on study

Determined by independent monitoring committeeFavorable tolerability

Efgartigimod clears a-Dsg antibodies/Steroids stimulate Dsg synthesisPotential synergy

* At least biweekly efgartigimod + corticosteroids @ 0.25-0.5mg/kg
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ITP & PV Phase 2 Data Support Registrational Plan
M
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n 

pl
at

el
et
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nt
 (x

10
9 /

L)
 

ITP 10 mg/kg efgartigimod American Journal 
of  Hematology

• Reduction of total and pathogenic IgGs led to clinically meaningful improvements in disease scores
(Platelet count and bleeding events for ITP; PDAI score improvements for PV )

• Favorable tolerability profile with adverse events balanced between active and placebo arms

PV maintenance dosing at variable frequency

Data show efgartigimod treatment phases with at least biweekly dosing; excludes IgG4 for one patient (outlier)
Data cut off 25 Mar 2020 / 7 Nov 2019 for IgG4

Excludes mild pemphigus according to Shimizu definition
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*SC efgartigimod (ENHANZE®-enabled) 

Durable response: 
sustained platelet count 

(≥50×109/L)

ITP Phase 3 ADVANCE: 2 Trials Going Forward

Trial

* 24 weeks 10mg/kg IV (potential to adjust frequency upon response)

Primary objective

Durable response: 
sustained platelet count 

(≥50×109/L)

Patients with primary 
ITP with platelet 

counts ≤30x109/L

* randomization

N=156

N=156

* randomization
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Chronic Inflammatory Demyelinating Polyneuropathy: Phase 2 
ADHERE Trial

Treatment period
Open-label Placebo-controlled

Identify patients with active CIDP

Confirm IgG 
autoantibody 
involvement

Document 
efficacy & safety

efgartigimod vs placebo

Run-in period Stage A Stage B 
(Stage A responders only)

Screening

Efficacy analysis 
based on relapse 
(adjusted INCAT)

Study endpoint
with 88 relapse 

events in stage B 

N=sample size 
estimation 
~120-130

Followed by 
Open Label 

Extension study

Go/No Go N=30

≤13weeks

• Worsening of disease 
within 12 weeks after 
drug withdrawal (INCAT, I-
RODS, grip strength)

• Newly diagnosed/ 
treatment naïve skip run-
in period

• Confirmation 
of diagnosis by 
independent 
committee

≤4weeks

Efgartigimod weekly SC

Placebo weekly SC

Efgartigimod weekly SC
Up to 12 weeks, until 
clinical improvement 

(ECI)
Up to 48 weeks
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Efgartigimod Phase 3 Trial in Pemphigus - Focus on Potential to 
Drive Fast-Onset and Steroid Sparing

1-3 weeks

Screening

Efgartigimod weekly SC

Placebo weekly SC

Pemphigus vulgaris
(PV) and foliaceus

(PF)

Moderate-to-Severe
Disease

(PDAI activity score
≥ 15)

Newly Diagnosed
and Relapsing

• Prednisone starting 
dose 

0.5 mg/kg/day with 
ability to adjust

• Active tapering to 
start from sustained 

CR or EoC

Concomitant 
prednisone Randomization (2x1)

30 weeks

Primary endpoint is 
proportion of PV patients 

achieving CRmin* within 30 
weeks

N=sample size estimation 
≤150 patients (PV and PF) 
with PF patients capped

Followed by 
Open Label Extension study

CR=complete clinical remission; CRmin=complete remission on minimal therapy; EoC=end of consolidation; SC=subcutaneous.
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Cusatuzumab Strategy

20 mg/kg10 mg/kg

Part 1: Dose selection

> 100 patients enrolled in dose selection

Trial to stop enrolling new patients

Phase 2 CULMINATE Trial
Cusatuzumab + Azacitidine

Phase 1b in Triple Combination

Cusatuzumab
+ 

azacitidine
+

venetoclax

Newly diagnosed elderly patients with AML unfit for intensive chemotherapy

Topline data in early 2021

Development plan strategy to 
align with evolving AML 

treatment landscape

Trial in Japan 
continues to enroll

Higher-risk MDS 
trial remains on 

hold
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ARGX-117: Sweeping Antibody Targeting C2

Sweeping Antibody

MMN

GBS CIDP

Lupus Nephritis

CAD

IgANAMR

Ischemia 
reperfusion 

MGUS anti-MAG

MN

C4GN

Option 
exercised 

for C2

C5

C5-C9
(MAC)

C1
qrs

C4
C2

C3a C3b

C5a

C3 convertase

C5 convertase

C3

Mannose sugar

MBLMASPs

IgG IgM

Pipeline-in-a-Product 
Potential

Showcase of Antibody 
Engineering Capabilities

Unique Intervention in 
Complement Cascade

HSCTLectinLectin

Classical
Endosome

Lysosome

Cell
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Our Key Priorities

File BLA by end of year

Execute pipeline

Expand through Immunology 
Innovation Program 

1

2

3

4

Commercial preparedness



Thank You

visit argenx.com



Innovative ADAPT Trial Designed With The Patient In Mind

Primary endpoint: % MG-ADL responders (≥ 2-point improvement for at least four consecutive weeks during the first cycle in AChR-Ab+ patients) 

Retreatment criteria were protocol defined based on loss of clinically meaningful improvement

151 patients (90%) rolled over to the Open Label Extension Study  

Patient population Individualized treatment over 26 weeks 

167
gMG patients (MG-ADL≥5) 

Stratification 

• ethnicity
• background therapy
• auto-antibody type

Efgartigimod
10mg/kg IV 

or placebo

……..

1st cycle 
(8 weeks) 

……..

Primary endpoint analysis

Continuation or retreatment 
(up to 2 additional cycles)  

33
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Phase 3 ADAPT Trial: Baseline Characteristics

Total patients AChR Ab+ patients
Efgartigimod (N=84) Placebo (N=83) Efgartigimod (N=65) Placebo (N=64)

Age Mean years (SD) 45.9 (14.4) 48.2 (15.0) 44.7 (15.0) 49.2 (15.5)

Females n (%) 63 (75.0) 55 (66.3) 46 (70.8) 40 (62.5)

Time since diagnosis Mean years (SD) 10.13 (9.0) 8.83 (7.6) 9.68 (8.3) 8.93 (8.2)

MG-ADL score Mean (SD) 9.2 (2.6) 8.8 (2.3) 9.0 (2.5) 8.6 (2.1)

QMG score Mean (SD) 16.2 (5.0) 15.5 (4.6) 16.0 (5.1) 15.2 (4.4)

MGFA class at screening n (%)

Class II 34 (40.5) 31 (37.3) 28 (43.1) 25 (39.1)
Class III 47 (56.0) 49 (59.0) 35 (53.8) 36 (56.3)
Class IV 3 (3.6) 3 (3.6) 2 (3.1) 3 (4.7)

MG therapies at baseline* n (%)
Any NSID 51 (60.7) 51 (61.4) 40 (61.5) 37 (57.8)

No NSID 33 (39.3) 32 (38.6) 25 (38.5) 27 (42.2)

AChR Ab status (n AChR Ab+ / n AChR Ab-) 65 / 19 64 / 19 65 / 0 64 / 0

*Any Non-Steroidal Immunosuppressive Drug (NSID): Azathioprine, Cyclosporin, Cyclophosphamide, Methotrexate, Mycophenolate, Tacrolimus (in mono- or combination therapy); 
No NSID: any acetylcholinesterase (AChE) inhibitor and/or steroid (in mono- or combination therapy) 



35

Phase 3 ADAPT Trial: Favorable Tolerability Profile 

Efgartigimod (N=84) Placebo (N=83)

Number of patients with an Adverse Event (AE) n (%) 65 (77.4) 70 (84.3)

Number of patients with an AE grade ≥3 n (%) 9 (10.7) 8 (9.6)

Most frequent AEs n (%)

Headache 24 (28.6) 23 (27.7)
Nasopharyngitis 10 (11.9) 15 (18.1)
Nausea 7 (8.3) 9 (10.8)
Diarrhea 6 (7.1) 9 (10.8)
Upper respiratory tract infection 9 (10.7) 4 (4.8)

Number of patients who discontinued due to AEs n (%) 3 (3.6) 3 (3.6)

Number of patients with a Serious Adverse Event (SAE) n (%) 4 (4.8) 7 (8.4)

Number of patients with AEs deemed related by investigator n (%) 26 (31.0) 22 (26.5)

There were two occurrences of malignancies during the study: a rectal adenocarcinoma in Efgartigimod group and a basal cell carcinoma in placebo group

Most adverse events were considered mild or moderate; safety profile of Efgartigimod group was comparable to placebo
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Phase 3 ADAPT Trial: Secondary Endpoints

Other 
secondary 
Endpoints

Measure Population Time Efgartigimod Placebo P-value

Response QMG responder AChR Ab + First cycle 63.1% (41/65) 14.1% (9/64) <0.0001

Response MG-ADL responder AChR Ab + & 
AChR Ab -

First cycle 67.9% (57/84) 37.3% (31/83) <0.0001

Duration % of study duration ≥ 
2-point improvement 
in MG-ADL 

AChR Ab + Until day 126* 48.7% 26.6% 0.0001

Duration Days until qualification for 
retreatment, measured from 
one week after the last 
infusion

AChR Ab + Full study Median 35 days Median 8 days 0.2604

Onset MG-ADL responder onset 
within first 2 weeks 

AChR Ab + First cycle 56.9% (37/65) 25.0% (16/64) 0.0004

*Day 126 was the last day it was possible to start a retreatment cycle and complete within the study
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Vision: Efgartigimod positioned to be used early and more broadly in 
gMG patients

Positioning 

Current MG Treatment Paradigm 

Steroids most common 
add-on

ISTs used for steroid 
sparing

Later agents used for 
severe/refractory/crisis

ACIs (mestinon) 
at diagnosis 

Steroids

ISTs

IVIg

SolirisRitux

efgartigimod

Taper

Delay or
Eliminate

ACIs
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MyRealWorld™ MG: Understanding Potential Value 
Proposition Of Efgartigimod

Global prospective –
longitudinal -
observational

Voice of ≥ 2000 
patients - digitally

Patient perspective on 
diagnosis, treatment, 

symptom, economic and 
humanistic burden

First of its kind in MG
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PV Phase 2: IgG Reductions Drive Fast and Deep PDAI Improvements

Data show efgartigimod treatment phases with at least biweekly dosing; excludes IgG4 for one patient (outlier)
Data cut off 25 Mar 2020 / 7 Nov 2019 for IgG4
Excludes mild pemphigus according to Shimizu definition

IgG Reduction and PDAI Score Improvements in Responders

Weekly or biweekly maintenance dosing at variable frequency

Shimizu et al. 2014, J Dermatol; Murrell et al. 2020, J Am Acad Dermatol
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PV Phase 2: Adaptive Design Yields Optimal Dosing Schedule

CRs and ability to taper 

Cohort 1 (N = 4)*

DC 4

Cohort 4 (N = 15)

DC 14

EoC 11

CR 7

Cohort 3 (N = 7)

DC 7

CR 3

Cohort 2 (N = 5)*

DC 3

IgG/PDAI correlation  Maintenance control

CRs emerge 

*CR not evaluated in Cohorts 1-2 : Represents drug administration
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IVIg

PLEX

Immuno
adsorption

Selectivity for IgG

50-70%

80-100% 

33-80%

Comparable to PLEX

Response rate 

Removal of humoral serum factors

IA with protein A: IgG depletion

Several/undefined MoA, including
increased catabolism of IgGs

Immunoadsorption (IA) with 
tryptophan matrix: IgG, IgM, 
immune complex depletion

MoA

Oaklander et al (2017), Cochrane Database Syst Rev Lieker et al (2017), J Clin Apher, 32(6):486-493 Zinman et al (2005) Transfus Apher Sci. 2005 Nov;33(3):317-24.

Clinical evidence for the role of pathogenic autoantibodies in CIDP

CIDP: Therapeutic Activity Shown With Increasing Selectivity 
For IgG Reductions
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ARGX-117: Potential Dosing Optionality

C2 levels cynomolgus monkey = 4x humanCynomolgus monkey data

Option exercised for C2

Pharmacokinetics Pharmacodynamics

Half-life ARGX-117: 2-3 weeks Blocking for 2 months after repeat dosing 
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